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PART I. FINANCIAL INFORMATION

Item 1. Financial Statements.

Editas Medicine, Inc.

Condensed Consolidated Balance Sheets

(amounts in thousands, except share and per share data)

ASSETS
Current assets:
Cash and cash equivalents
Marketable securities
Accounts receivable
Prepaid expenses and other current assets
Total current assets
Marketable securities
Property and equipment, net
Right-of-use assets
Restricted cash and other non-current assets
Total assets
LIABILITIES AND STOCKHOLDERS’ EQUITY
Current liabilities:
Accounts payable
Accrued expenses
Deferred revenue, current
Operating lease liabilities
Other current liabilities
Total current liabilities
Operating lease liabilities, net of current portion
Deferred revenue, net of current portion
Other non-current liabilities
Total liabilities
Stockholders’ equity

Preferred stock, $0.0001 par value per share: 5,000,000 shares authorized; no shares

issued or outstanding

Common stock, $0.0001 par value per share: 195,000,000 shares authorized; 62,331,700
and 54,533,798 shares issued, and 62,187,700 and 54,355,798 shares outstanding at
September 30, 2020 and December 31, 2019, respectively

Additional paid-in capital
Accumulated other comprehensive (loss) income
Accumulated deficit

Total stockholders’ equity

Total liabilities and stockholders’ equity

September 30, December 31,
2020 2019
279,576 $ 238,183
215,729 218,957
1,055 418
10,467 6,286
506,827 463,844
45,986 —
14,069 10,887
26,398 28,761
3,877 5,393
597,157 $ 508,885
5,158 $ 5,843
20,307 22,120
19,874 23,514
6,342 5,804
3,135 2,682
54,816 59,963
20,368 23,277
80,821 163,207
— 1
156,005 246,448
6 5
1,043,892 811,546
(48) 107
(602,698) (549,221)
441,152 262,437
597,157 $ 508,885

The accompanying notes are an integral part of the condensed consolidated financial statements.
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Editas Medicine, Inc.
Condensed Consolidated Statements of Operations
(unaudited)
(amounts in thousands, except per share and share data)

Three Months Ended Nine Months Ended
September 30, September 30,
2020 2019 2020 2019

Collaboration and other research and development revenues $ 62,841 $ 3,848 $ 79313 $ 8,247
Operating expenses:

Research and development 33,916 22,702 96,492 62,109

General and administrative 19,936 15,734 51,789 47,638

Total operating expenses 53,852 38,436 148,281 109,747
Operating income (loss) 8,989 (34,588) (68,968) (101,500)
Other (expense) income, net:

Other (expense) income, net (1,396) (33) 13,114 (144)

Interest income, net 226 1,680 2,377 5,668

Total other (expense) income, net (1,170) 1,647 15,491 5,524
Net income (loss) $ 7,819 § (32,941) $ (53,.477) $ (95,976)
Net income (loss) per share, basic $ 0.13 § (0.66) $ (0.93) $ (1.95)
Net income (loss) per share, diluted $ 012 § (0.66) $ (0.93) $ (1.95)
Weighted-average common shares outstanding, basic 62,144,118 49,820,455 57,377,581 49,246,684
Weighted-average common shares outstanding, diluted 62,697,173 49,820,455 57,377,581 49,246,684

The accompanying notes are an integral part of the condensed consolidated financial statements.
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Editas Medicine, Inc.
Condensed Consolidated Statements of Comprehensive Income (Loss)
(unaudited)
(amounts in thousands)

Three Months Ended Nine Months Ended
September 30, September 30,
2020 2019 2020 2019
Net income (loss) $ 7819 $§ (32,941) § (53,477) $ (95,976)
Other comprehensive income (loss):
Unrealized (loss) gain on marketable debt securities (231) (6) (155) 68
Comprehensive income (loss) $ 7,588 §  (32947) § (53,632) $  (95,908)

The accompanying notes are an integral part of the condensed consolidated financial statements.
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Balance at December 31, 2019

Exercise of stock options

Vesting of restricted common stock awards
Stock-based compensation expense

Editas Medicine, Inc.

(unaudited)

(amounts in thousands, except share data)

Condensed Consolidated Statements of Stockholders’ Equity

Accumulated

Unrealized gain on marketable debt securities —

Net loss

Balance at March 31, 2020

Exercise of stock options

Issuance of common stock for public offering
Stock-based compensation expense

Vesting of restricted common stock awards
Purchase of common stock under benefit plans

Unrealized loss on marketable debt securities —

Net loss
Balance at June 30, 2020
Exercise of stock options

Stock-based compensation expense
Vesting of restricted common stock awards

Unrealized loss on marketable debt securities —

Net income

Balance at September 30, 2020

Additional Other Other Total
Common Stock Paid-In Comprehensive  Accumulated  Stockholders’

Shares Amount Capital Income (Loss) Deficit Equity
54355798 $ 5 $ 811,546 $ 107 $ (549221) $ 262437
233,208 — 3,047 — — 3,047
213,393 — = — — =
— — 6,220 — — 6,220
— — 587 — 587
— — — — (37,724) (37,724)
54,802399 $§ 5 $ 820,813 § 694 $ (586,945) $ 234,567
355,812 — 6,839 — — 6,839
6,900,000 1 203,681 — — 203,682
— — 5,417 — — 5,417
30,194 — — — — —
15,244 350 — — 350
— — (511) — (511)
— _ — — (23,572) (23,572)
62,103,649 $ 6 $1,037,100 $§ 183 § (610,517) § 426,772
48,312 947 — — 947
— — 5,845 — — 5,845
35,739 — — — — —
— — (231) — (231)
— — — — 7,819 7,819
62,187,700 $ 6 $1,043892 § (48) $ (602,698) $ 441,152
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Balance at December 31, 2018

Cumulative effect adjustment for adoption of
new accounting guidance

Exercise of stock options

Vesting of restricted common stock awards
Stock-based compensation expense
Unrealized gain on marketable debt securities
Net loss

Balance at March 31, 2019

Exercise of stock options

Vesting of restricted common stock awards
Purchase of common stock under benefit plan
Stock-based compensation expense
Unrealized gain on marketable debt securities
Net loss

Balance at June 30, 2019

Exercise of stock options

Vesting of restricted common stock awards
Stock-based compensation expense

Issuance of common stock from public offering,

net of issuance costs of $0.1 million
Unrealized loss on marketable debt securities
Net loss

Balance at September 30, 2019

Accumulated

Additional Other Other Total
Common Stock Paid-In Comprehensive  Accumulated  Stockholders’

Shares Amount Capital Income Deficit Equity
48758951 $ 5 $652464 $ (29) $ (416,278) $ 236,162
— — — — 803 803
146,171 — 1,533 — — 1,533
18,000 — — — —
— — 7,855 — — 7,855
— — — 58 — 58
— — — — (29,249) (29,249)
48,923,122  § 5 $661,852 § 29 $ (444,724) $ 217,162
277,259 — 2,894 — — 2,894
24,486 — 410 — — 410
16,226 — 283 — — 283
— — 6,083 — — 6,083
— — — 16 — 16
— — — — (33,786) (33,786)
49,241,093 $§ 5 $671,522 § 45 $ (478,510) $ 193,062
78,804 — 1,329 — — 1,329
34,566 = — — — —
— — 6,559 — — 6,559
1,721,735 41,987 — — 41,987
— — — (6 — (6)
— — — — (32,941) (32,941)
51,076,198 § 5 $721,397 $ 39 $ (511,451 $ 209,990

The accompanying notes are an integral part of the condensed consolidated financial statements.
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Editas Medicine, Inc.
Condensed Consolidated Statements of Cash Flows
(unaudited)
(amounts in thousands)

Nine Months Ended
September 30,
2020 2019
Cash flow from operating activities
Net loss $ (53,477) $ (95,976)
Adjustments to reconcile net loss to net cash used in operating activities:
Stock-based compensation expense 17,483 20,907
Depreciation 2,776 2,048
Unrealized gain on corporate equity securities (13,109) —
Other non-cash items, net (285) (2,427)
Changes in operating assets and liabilities:
Accounts receivable (637) (281)
Prepaid expenses and other current assets (4,181) 263
Right-of-use assets 2,363 1,780
Other non-current assets 106 (14)
Accounts payable (447) 1,005
Accrued expenses (2,391) (4,491)
Deferred revenue (86,026) (2,928)
Operating lease liabilities 2,371) (2,107)
Other current and non-current liabilities 453 528
Net cash used in operating activities (139,743) (81,693)
Cash flow from investing activities
Purchases of property and equipment (5,786) (4,476)
Proceeds from the sale of equipment 21 36
Purchases of marketable securities (300,363) (305,126)
Proceeds from maturities of marketable securities 274,500 314,000
Net cash (used in) provided by investing activities (31,628) 4,434
Cash flow from financing activities
Proceeds from offering of common stock, net of issuance costs 203,839 41,216
Proceeds from exercise of stock options 10,833 5,756
Issuance of common stock under benefit plans 350 283
Net cash provided by financing activities 215,022 47,255
Net increase (decrease) in cash, cash equivalents, and restricted cash 43,651 (30,004)
Cash, cash equivalents, and restricted cash, beginning of period 239,802 136,395
Cash, cash equivalents, and restricted cash, end of period $ 283,453 $ 106,391
Supplemental disclosure of cash and non-cash activities:
Fixed asset additions included in accounts payable and accrued expenses $ 910 $ 772
Receivable of proceeds from offering of common stock — 756
Cash paid in connection with operating lease liabilities 7,757 4,604
Offering costs included in accounts payable and accrued expenses 158 15
Right-of-use assets obtained in exchange of operating lease obligations — 19,461

The accompanying notes are an integral part of the condensed consolidated financial statements.
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Editas Medicine, Inc.
Notes to Condensed Consolidated Financial Statements
(unaudited)

1. Nature of Business

Editas Medicine, Inc. (the “Company”) is a leading, clinical stage genome editing company dedicated to
developing potentially transformative genomic medicines to treat a broad range of serious diseases. The Company was
incorporated in the state of Delaware in September 2013. Its principal offices are in Cambridge, Massachusetts.

Since its inception, the Company has devoted substantially all of its efforts to business planning, research and
development, recruiting management and technical staff, and raising capital. The Company has primarily financed its
operations through various equity financings, payments received under a research collaboration with Juno Therapeutics,
Inc., a wholly-owned subsidiary of the Bristol-Myers Squibb Company (“Juno Therapeutics”), and payments received
under a strategic alliance with Allergan Pharmaceuticals International Limited (which was acquired by AbbVie, Inc. in
May 2020 and is referred to together with its affiliates as “Allergan”). In August 2020, the collaboration with Allergan was
terminated.

The Company is subject to risks common to companies in the biotechnology industry, including but not limited to,
risks of failure of preclinical studies and clinical trials, the need to obtain marketing approval for any drug product
candidate that it may identify and develop, the need to successfully commercialize and gain market acceptance of its
product candidates, dependence on key personnel, protection of proprietary technology, compliance with government
regulations, development by competitors of technological innovations and ability to transition from pilot-scale
manufacturing to large-scale production of products.

Liquidity

In May 2020, the Company entered into a sales agreement with Cowen and Company, LLC (“Cowen”), under
which the Company from time to time can issue and sell shares of its common stock through Cowen in at-the-market
offerings for aggregate gross sale proceeds of up to $150.0 million ( the “ATM Facility”). As of September 30, 2020, the
Company has not sold any shares of its common stock under the ATM Facility. In June 2020, the Company completed a
public offering whereby the Company sold 6,900,000 shares of its common stock, inclusive of 900,000 shares of common
stock sold by the Company pursuant to the full exercise of an option granted to the underwriters in connection with the
offering and received net proceeds of approximately $203.7 million. As of September 30, 2020, the Company has raised an
aggregate of $648.7 million in net proceeds through the sale of shares of its common stock in public offerings and at-the-
market offerings.

The Company has incurred annual net operating losses in every year since its inception. The Company expects
that its existing cash, cash equivalents and marketable securities at September 30, 2020 and anticipated interest income will
enable it to fund its operating expenses and capital expenditure requirements into 2023. The Company had an accumulated
deficit of $602.7 million at September 30, 2020, and will require substantial additional capital to fund its operations. The
Company has never generated any product revenue. There can be no assurance that the Company will be able to obtain
additional debt or equity financing or generate product revenue or revenues from collaborative partners, on terms
acceptable to the Company, on a timely basis or at all. The failure of the Company to obtain sufficient funds on acceptable
terms when needed could have a material adverse effect on the Company’s business, results of operations, and financial
condition.
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2. Summary of Significant Accounting Policies
Unaudited Interim Financial Information

The condensed consolidated financial statements of the Company included herein have been prepared, without
audit, pursuant to the rules and regulations of the Securities and Exchange Commission (the “SEC”). Certain information
and footnote disclosures normally included in financial statements prepared in accordance with generally accepted
accounting principles in the United States of America (“GAAP”) have been condensed or omitted from this report, as is
permitted by such rules and regulations. Accordingly, these condensed consolidated financial statements should be read in
conjunction with the financial statements and notes thereto included in the Company’s Annual Report on Form 10-K for
the fiscal year ended December 31, 2019 (the “Annual Report™).

The unaudited condensed consolidated financial statements include the accounts of the Company and its wholly
owned subsidiary, Editas Securities Corporation. All intercompany transactions and balances of the subsidiary have been
eliminated in consolidation. In the opinion of management, the information furnished reflects all adjustments, all of which
are of a normal and recurring nature, necessary for a fair presentation of the results for the reported interim periods. The
Company considers events or transactions that occur after the balance sheet date but before the financial statements are
issued to provide additional evidence relative to certain estimates or to identify matters that require additional disclosure.
The three months ended September 30, 2020 and 2019 are referred to as the third quarter of 2020 and 2019, respectively.
The results of operations for interim periods are not necessarily indicative of results to be expected for the full year or any
other interim period.

Summary of Significant Accounting Policies

The Company’s significant accounting policies are described in Note 2, “Summary of significant accounting
policies,” to the consolidated financial statements included in the Annual Report. There have been no material changes to
the significant accounting policies previously disclosed in the Annual Report, other than as noted below.

Corporate Equity Securities

The Company classifies investments in equity securities that have a readily determinable fair value as marketable
securities in the Company’s condensed consolidated balance sheets. The Company’s marketable securities are stated at fair
value. Typically, the fair value of these securities is based on a quoted price for an identical equity security. If the equity
security has a restriction that is determined to be an attribute of the security that would transfer to a market participant, the
fair value of the security is measured based on the quoted price for an otherwise identical unrestricted equity security,
adjusted for the effect of the restriction. The adjustment reflects the discount that a market participant would demand for
the risk relating to the inability to dispose of the security for a specified period of time. That adjustment is based on the
nature and duration of the restriction and the limitations imposed by the restriction to a buyer. The Company records
changes in the fair value of its equity securities in “Other Income (Expense), net” in the Company’s condensed
consolidated statement of operations.

Recent Accounting Pronouncements — Recently Adopted

In June 2016, the Financial Accounting Standards Board (“FASB”) issued Accounting Statement Update (“ASU”)
2016-13, Financial Instruments-Credit Losses (“ASU 2016-13") which was clarified and amended by the issuances of
ASUs 2018-19, 2019-04, 2019-05 and 2019-11 in November 2018, April 2019, May 2019 and November 2019,
respectively. The new standard requires that expected credit losses relating to financial assets measured on an amortized
cost basis to be measured using an expected-loss model, replacing the current incurred-loss model, and recorded through an
allowance for credit losses which is a valuation account that is deducted from the amortized cost basis of the financial
asset. ASU 2016-13 requires evaluation of credit loss based on historical experience, current conditions and reasonable and
supportable forecasts. The Company’s estimate of expected credit losses includes a measure of the expected risk of credit
loss even if the risk is remote. When assessing financial assets for credit losses, the Company pools financial assets with
similar risk characteristics and performs a collective evaluation. However, the Company is not required to measure
expected credit losses in which historical credit loss information adjusted for

10
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current conditions and reasonable and supportable forecasts results in an expectation that nonpayment of the amortized cost
basis is zero. At each reporting date, the Company will record an allowance for credit losses and reports it as credit loss
expense which is included in “Other income (expense), net” in the Company’s condensed consolidated statement of
operations. However subsequent increases or decreases in the fair value of available-for-sale securities that do not result in
recognition or reversal of an allowance for credit loss or write-down will continue to be recorded in other comprehensive
loss. The Company adopted the new standard and the related amendments on January 1, 2020 using a modified
retrospective approach. The modified retrospective approach requires the Company to record a one-time adjustment to
opening accumulated deficit as of the effective date. At adoption, the Company concluded that there are no indicators of
credit loss with respect to its available-for-sale debt securities which consist of U.S Treasury securities and government-
agency bonds. The Company therefore did not record an allowance for credit losses or doubtful accounts upon adoption or
during the first quarter of 2020. The adoption of ASU 2016-13 had no impact on the Company’s condensed consolidated
financial statements.

In August 2018, the FASB issued ASU 2018-15, Intangibles-Goodwill and Other-Internal Use Software:
Customer s Accounting for Implementation Costs Incurred in a Cloud Computing Arrangement That Is a Service
Contract (“ASU 2018-15”). ASU 2018-15 aligns the requirements for capitalizing implementation costs incurred in a cloud
computing arrangement that is a service contract with the requirements for capitalizing implementation costs incurred to
develop or obtain internal-use software. ASU 2018-15 was effective on January 1, 2020. The Company adopted ASU
2018-15 using the prospective transition approach, which allows the Company to change the accounting method without
restating prior periods or recording cumulative adjustments. The adoption of ASU 2018-15 did not have a material impact
on the Company’s condensed consolidated financial statements.

In 2018, the FASB issued ASU 2018-13, Fair Value Measurement (Topic 820): Disclosure Framework-Changes
to the Disclosure Requirements for Fair Value Measurement (“ASU 2018-13”), which eliminates, adds, and modifies the
disclosure requirements for fair value measurements. ASU 2018-13 was effective on January 1, 2020. The adoption of
ASU 2018-13 results in additional disclosures related to the Company’s assets and liabilities that are valued based on Level
3 inputs and transfers between Level 1 and Level 2 fair value measurements. The adoption of ASU 2018-13 did not have a
material impact on the Company’s financial statement footnote disclosures.

3. Cash Equivalents and Marketable Securities

Cash equivalents and marketable securities consisted of the following at September 30, 2020 (in thousands):

Allowance Gross Gross
Amortized for Credit Unrealized Unrealized Fair
September 30, 2020 Cost Losses Gains Losses Value
Cash equivalents and marketable securities:

Money market funds $ 259,081 $ — 3 — 3 — 3 259,081
U.S. Treasuries 165,518 — 20 6) 165,532
Government agency securities 49,214 — — (20) 49,194
Corporate equity securities 3,667 — 13,109 — 16,776
Commercial paper 25,928 — — “) 25,924
Corporate notes/bonds 24,823 — — (39) 24,784
Total $ 528231 8§ — $13,129 § (69 $ 541,291

11
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Cash equivalents and marketable securities consisted of the following at December 31, 2019 (in thousands):

Gross Gross
Amortized Unrealized Unrealized Fair
December 31, 2019 Cost Gains Losses Value
Cash equivalents and marketable securities:
Money market funds $ 230,201 $ — 3 — $ 230,201
U.S. Treasuries 71,348 20 — 71,368
Government agency securities 155,484 87 — 155,571
Equity securities included in other non-current assets:
Corporate equity securities 3,667 — — 3,667
Total $ 460,700 $ 107 $ — $ 460,807

As of September 30, 2020, the Company did not hold any marketable securities that had been in an unrealized loss
position for more than twelve months. Furthermore, the Company has determined that there were no material changes in
the credit risk of the debt securities. As of September 30, 2020, the Company holds 21 securities with an aggregate fair

value of $46.0 million that had remaining maturities between one and two years.

There were no realized gains or losses on available-for-sale securities during the nine months ended September

30, 2020 or 2019.

4. Fair Value Measurements

Assets measured at fair value on a recurring basis as of September 30, 2020 were as follows (in thousands):

Quoted Prices  Significant
in Active Other Significant
Markets for Observable Unobservable
September 30, Identical Assets Inputs Inputs

Financial Assets 2020 (Level 1) (Level 2) (Level 3)
Cash equivalents:

Money market funds $ 259,081 $§ 259,081 $ — S —
Marketable securities:

U.S. Treasuries 165,532 165,532 — —

Government agency securities 49,194 — 49,194 —

Commercial paper 25,924 — 25,924 —

Corporate equity securities 16,776 16,776 — —

Corporate bonds 24,784 — 24,784 —
Restricted cash and other non-current assets:

Money market funds 3,877 3,877 — —

Total financial assets $ 545,168 $ 445266 $ 99,902 $ —

12
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Assets measured at fair value on a recurring basis as of December 31, 2019 were as follows (in thousands):

Quoted Prices  Significant

in Active Other Significant
Markets for Observable Unobservable
December 31, Identical Assets Inputs Inputs

Financial Assets 2019 (Level 1) (Level 2) (Level 3)
Cash equivalents:

Money market funds $ 230,201 $§ 230,201 $ — 3 —

U.S. Treasuries 7,982 7,982 — —
Marketable securities:

U.S. Treasuries 63,386 63,386 — —

Government agency securities 155,571 155,571 — —
Restricted cash and other non-current assets:

Corporate equity securities 3,667 — 3,667 —

Money market funds 1,619 1,619 — —

Total financial assets $ 462426 $ 458,759 $ 3,667 $ —

At September 30, 2020, the Company held an investment in Beam Therapeutics Inc. (“Beam Therapeutics™)
consisting of shares of Beam Therapeutics’ common stock. Prior to Beam Therapeutics’ initial public offering in February
2020, the Company valued such investment based on the cost of the equity securities adjusted for any observable market
transactions. Following the initial public offering, the equity securities have a readily determinable fair value, and are
included in marketable securities on the condensed consolidated balance sheet. During the three and nine months ended
September 30, 2020, the Company recorded unrealized losses of $1.4 million and unrealized gains of $16.8 million,
respectively in other income (expense), net on the consolidated statements of operations. The Company sold this
investment in October 2020, resulting in a realized gain of $16.3 million.

5. Accrued Expenses

Accrued expenses consisted of the following (in thousands):

Employee related expenses
Professional service expenses
Process and platform development expenses
Intellectual property and patent related fees
Other expenses
Sublicensing expenses

Total accrued expenses

13

As of
September 30, December 31,
2020 2019

$ 6,634 $ 4,971
5,037 674

5,019 735

2,653 3,725

964 599

— 11,416
$ 20307 $ 22,120
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6. Property and Equipment, net

Property and equipment, net consisted of the following (in thousands):

As of
September 30, December 31,
2020 2019
Laboratory equipment $ 17,483 § 14,571
Leasehold improvements 4,990 1,042
Computer equipment 858 858
Construction-in-progress 300 1,336
Furniture and office equipment 239 166
Software 118 118
Total property and equipment 23,988 18,091
Less: accumulated depreciation (9,919) (7,204)
Property and equipment, net $ 14,069 $ 10,887

7. Commitments and Contingencies

The Company is a party to a number of license agreements under which the Company licenses patents, patent
applications and other intellectual property from third parties. As such, the Company is obligated to pay licensors for
various costs including upfront licenses fees, annual license fees, certain licensor expense reimbursements, success
payments, research funding payments, and milestones triggerable upon certain development, regulatory, and commercial
events as well as royalties on future products. These contracts are generally cancellable, with notice, at the Company’s
option and do not have significant cancellation penalties. The terms and conditions as well as the accounting analysis for
the Company’s significant commitments and contingencies are described in Note 8, “Commitments and Contingencies” to
the consolidated financial statements included in the Annual Report. There have been no material changes to the terms and
conditions, or the accounting conclusions previously disclosed in the Annual Report.

Licensor Expense Reimbursement

The Company is obligated to reimburse The Broad Institute, Inc. (“Broad”) and the President and Fellows of
Harvard College (“Harvard”) for expenses incurred by each of them associated with the prosecution and maintenance of
the patent rights that the Company licenses from them pursuant to the license agreement by and among the Company,
Broad and Harvard, including the interference and opposition proceedings involving patents licensed to the Company
under the license agreement, and other license agreements between the Company and Broad. As such, the Company
anticipates that it has a substantial commitment in connection with these proceedings until such time as these proceedings
have been resolved, but the amount of such commitment is not determinable. The Company incurred an aggregate of $2.6
million and $9.3 million in expense during the three and nine months ended September 30, 2020, respectively, for such
reimbursement. The Company incurred an aggregate of $3.1 million and $10.1 million in expense during the three and nine
months ended September 30, 2019, respectively, for such reimbursement.

8. Collaboration and Profit-Sharing Agreements

The Company has entered into multiple collaborations, out-licenses and strategic alliances with third parties that
typically involve payments to or from the Company, including up-front payments, payments for research and development
services, option payments, milestone payments and royalty payments to or from the Company. The terms and conditions as
well as the accounting analysis for the Company’s significant collaborations, out-licenses and strategic alliances are
described in Note 9, “Collaboration and Profit-Sharing Agreements” to the consolidated financial statements included in
the Annual Report. There have been no material changes to the terms and conditions, or the accounting conclusions
previously disclosed in the Annual Report, other than as noted below.

Allergan Pharmaceuticals Strategic Alliance and Profit-Sharing Agreement

14
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Termination Agreements

On August 5, 2020, the Company and Allergan agreed to terminate the strategic alliance and option agreement
(the “Collaboration Agreement”) that was entered into in May 2017 and the profit-sharing arrangement (together with the
Collaboration Agreement, the “Initial Agreements”) to equally split U.S profit and losses of EDIT-101, an experimental
medicine for Leber congenital amaurosis 10 (“LCA10”) that was originally licensed to Allergan under the Collaboration
Agreement (the “Termination Agreement”). In addition, in connection with the termination, the Company entered into a
transition services agreement with Allergan (together with the Termination Agreement, the “Termination Agreements”),
primarily to facilitate the transfer of EDIT-101 back to the Company.

Pursuant to the Termination Agreements, the Company has regained full global rights to research, develop,
manufacture, and commercialize its ocular medicines, including EDIT-101. Allergan has no further obligations pursuant to
the initial agreements, all unexercised options and contingent payments contemplated under the initial agreements have
terminated, which includes Allergan’s worldwide developmental and commercialization rights to EDIT-101. Under the
Termination Agreements, Allergan granted the Company a non-exclusive license to certain know-how that is necessary to
develop, manufacture and commercialize EDIT-101 and will transfer to the Company certain materials produced under the
Collaboration Agreement. The Company will use commercially reasonable efforts to develop and commercialize products
directed at four collaboration targets, one of which is LCA10.

In connection with the Termination Agreements, the Company agreed to make a $20.0 million payment to
Allergan, $17.5 million of which was paid as of September 30, 2020. In addition, the Company will make certain payments
on achievements of clinical and regulatory milestones up to $20.0 million for each target program and aggregated sales
milestones for all products covered by the Termination Agreement up to $90.0 million. Allergan is also entitled to royalties
in a low-single digit percentage, subject to reduction under specified circumstances, on net sales of specified products. The
Company’s obligation to pay royalties will expire on a country-by-country and product-by-product basis upon the later of
the expiration of regulatory-based exclusivity with respect to such product in such country and the tenth anniversary of the
first commercial sale of such product. Lastly, the Company is obligated to pay for a portion of the transition services.

Accounting Assessment

The Company evaluated the Termination Agreements in accordance with the provisions of Accounting Standards
Codification (“ASC”) 606 and concluded that they resulted in a modification followed by a termination of the Initial
Agreements. Upon execution of the Termination Agreements, the Company is no longer obligated to transfer control of any
goods or services to Allergan, and therefore there are no remaining performance obligations. As part of this assessment, the
Company considered that Allergan relinquished its right to the remaining exclusive license options under the Collaboration
Agreement and the Company reacquired the development and commercialization rights to EDIT-101. Allergan no longer
has any involvement in the development activities of the collaboration targets. Since there are no remaining performance
obligations, the Company accounted for the modification as part of the existing contract with a cumulative catch-up
adjustment. The Company applied the vendor consideration to a customer guidance pursuant to ASC 606 in accounting for
the $20 million payment due to Allergan and concluded that the worldwide rights to EDIT-101 represent a distinct good or
service. The Company therefore recorded the fair value of the rights to EDIT-101 of $5 million as in-process Research and
Development expense in the quarter ended September 30, 2020 as the rights had no alternative future use. The remainder
of the $20 million was recorded as a reduction to the contract liability that was recognized as revenue upon termination.
The contingent payments associated with the collaboration targets not previously licensed by Allergan under the
Collaboration Agreement did not impact the amount of deferred revenue recognized upon termination because it is not
probable that a significant reversal of revenue will occur. The contingent milestone and royalty payments associated with
EDIT-101 qualify for scope exceptions from derivative accounting, and therefore there is no accounting for the contingent
payments upon termination.

On the termination date, the Company recognized $62.1 million of previously deferred revenue related to the
Collaboration Agreement. This amount consisted of $77.1 million of revenues that were previously deferred related to the
collaboration agreement, partially offset by $15.0 million of the fee paid to Allergan that was determined to exceed the fair
value of the re-acquired rights to EDIT-101.
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During the three and nine months ended September 30, 2020, the Company recognized revenue of $63.2 million
and $70.6 million, respectively, related to the Allergan arrangement, including the termination. During the three and nine
months ended September 30, 2019, the Company recognized revenue of $3.4 million and $7.7 million, respectively. At
September 30, 2020 there was no remaining revenue deferred related to Allergan.

Collaboration Revenue
As of September 30, 2020, the Company’s contract liabilities were primarily related to the Company’s

collaboration with Juno Therapeutics. The following table presents changes in the Company’s accounts receivable and
contract liabilities for the nine months ended September 30, 2020 (in thousands):

. Balance at Additions Deductions Balance at
For the nine months ended September 30, 2020 December 31,2019 September 30, 2020
Accounts receivable $ 418 $ 946 $ (309) $ 1,055
Contract liabilities:
Deferred revenue $ 186,721 $ 508 $ (86,534) $ 100,695

During the three and nine months ended September 30, 2020, the Company recognized the following
collaboration revenue (in thousands):

Three Months Ended Nine Months Ended
Revenue recognized in the period from: September 30, 2020
Amounts included in deferred revenue at the beginning of the period $ 78,651 $ 86,534
Performance obligations satisfied in previous periods $ — 3 60

9. Stock-based Compensation

Total compensation cost recognized for all stock-based compensation awards in the condensed consolidated
statements of operations was as follows (in thousands):

Three Months Ended Nine Months Ended
September 30, September 30,
2020 2019 2020 2019
Research and development $ 2,938 $ 3,619 $ 8,668 $ 10,854
General and administrative 2,908 2,940 8,815 10,053
Total stock-based compensation expense $ 5,846 § 6,559 $ 17483 § 20,907

Restricted Stock and Restricted Stock Unit Awards

The following is a summary of restricted stock and restricted stock unit awards activity for the nine months ended
September 30, 2020:

Weighted

Average
Grant Date

Fair Value

Shares Per Share
Unvested restricted stock and restricted stock unit awards as of December 31, 2019 581,408 $ 24.03
Issued 318,714 § 28.44
Vested (279,326) $  23.05
Forfeited (110,918) $ 24.16
Unvested restricted stock and restricted stock unit awards as of September, 30 2020 509,878 $ 27.38

As of September 30, 2020, total unrecognized compensation expense related to unvested restricted stock and
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restricted stock unit awards was $11.9 million, which the Company expects to recognize over a remaining weighted-
average period of 2.8 years.

Stock Options

The following is a summary of stock option activity for the nine months ended September 30, 2020:

Weighted Average Remaining Aggregate Intrinsic

Shares Exercise Price Contractual Life (years) Value (in thousands)

Outstanding at December 31, 2019 4,358,291 $ 25.40 74 $ 26,060
Granted 1,423,115 §$ 28.54
Exercised (637,332) $ 17.00
Cancelled (1,103,283) $ 30.96

Outstanding at September 30, 2020 4,040,791 $ 26.31 79 $ 12,549

Exercisable at September 30, 2020 1,545,508 § 24.04 70 $ 8,973

As of September 30, 2020, total unrecognized compensation expense related to stock options was $39.1 million,
which the Company expects to recognize over a remaining weighted-average period of 2.7 years.

10. Net Income (Loss) per Share

Basic net income (loss) per common share is calculated by dividing the net income (loss) attributable to common
stockholders by the weighted average number of shares of common stock outstanding during the period, without
consideration for potentially dilutive securities. Diluted net income (loss) per share is computed by dividing the net income
(loss) attributable to common stockholders by the weighted average number of shares of common stock and potentially
dilutive securities outstanding for the period determined using the treasury stock and if converted methods. Contingently
issuable shares are included in the calculation of basic income (loss) per share as of the beginning of the period in which all
the necessary conditions have been satisfied. Contingently issuable shares are included in diluted income (loss) per share
based on the number of shares, if any, that would be issuable under the terms of the arrangement if the end of the reporting
period was the end of the contingency period, if the results are dilutive.
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Three Months Ended

Nine Months Ended

September 30, September 30,
2020 2019 2020 2019

Net income (loss) $ 7,819 $ (32,941) $ (53,477) $ (95,976)
Weighted average common shares outstanding, basic 62,144,118 49,820,455 57,377,581 49,246,684

Dilutive effect of outstanding stock options 414,640 — — —

Dilutive effect of unvested restricted stock and restricted

stock unit awards 138,415 —
Weighted average common shares outstanding, diluted 62,697,173 49,820,455 57,377,581 49,246,684
Net income (loss) per share, basic $ 0.13 $ 0.66) $ 0.93) % (1.95)
Net income (loss) per share, diluted $ 0.12 § 0.66) $ 0.93)$ (1.95)

The following common stock equivalents were excluded from the calculation of diluted net income (loss) per
share allocable to common stockholders because their inclusion would have been anti-dilutive:

Three Months Ended Nine months Ended
September 30, September 30,
2020 2019 2020 2019
Unvested restricted stock and restricted stock unit awards 371,463 586,892 509,878 586,892
Outstanding stock options 3,626,151 5,139,652 4,040,791 5,141,255
Total 3,997,614 5,726,544 4,550,669 5,728,147
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Item 2. Management’s Discussion and Analysis of Financial Condition and Results of Operations.

The following discussion and analysis of our financial condition and results of operations should be read together
with our condensed consolidated financial statements and related notes appearing elsewhere in this Quarterly Report on
Form 10-Q and our Annual Report on Form 10-K for the year ended December 31, 2019, which was filed with the
Securities and Exchange Commission (“SEC”) on February 26, 2020 (the “Annual Report”).

This Quarterly Report on Form 10-Q contains forward-looking statements that involve substantial risks and
uncertainties. The words “anticipate,” “believe,” “estimate,” “expect,” “intend,” “may,” “plan,” “predict,” “project,”
“would” and similar expressions are intended to identify forward-looking statements, although not all forward-looking
statements contain these identifying words. All statements addressing our future operating performance and clinical
development and regulatory timelines that we expect or anticipate will occur in the future, are forward-looking statements.
There are a number of important risks and uncertainties that could cause our actual results to differ materially from those
indicated by forward-looking statements. We may not actually achieve the plans, intentions or expectations disclosed in our

forward-looking statements, and you should not place undue reliance on our forward-looking statements. Actual results or
events could differ materially from the plans, intentions and expectations disclosed in the forward-looking statements we
make. We have included important factors in the cautionary statements included in this Quarterly Report on Form 10-Q,
particularly in the section entitled “Risk Factors” in Part II, Item 14 that could cause actual results or events to differ
materially from the forward-looking statements that we make. Our forward-looking statements do not reflect the potential
impact of any future acquisitions, mergers, dispositions, joint ventures or investments that we may make.

» »

You should read this Quarterly Report on Form 10-Q and the documents that we have filed as exhibits to this
Quarterly Report on Form 10-Q completely and with the understanding that our actual future results may be materially
different from what we expect. The forward-looking statements contained in this Quarterly Report on Form 10-Q are made
as of the date of this Quarterly Report on Form 10-Q, and we do not assume any obligation to update any forward-looking
statements, whether as a result of new information, future events or otherwise, except as required by applicable law.

Overview

We are a leading, clinical stage genome editing company dedicated to developing potentially transformative
genomic medicines to treat a broad range of serious diseases. We have developed a proprietary genome editing platform
based on CRISPR technology and we continue to expand its capabilities. Our product development strategy is to target
diseases of high unmet need where we aim to make differentiated, transformational medicines using our gene editing
platform. We are advancing both in vivo CRISPR medicines, in which the medicine is injected or infused into the patient to
edit the cells inside their body, and engineered cell medicines, in which cells are edited with our technology and then
administered to the patient. While our discovery efforts have ranged across several diseases and therapeutic areas, the two
areas where our programs are more mature are ocular diseases and engineered cell medicines to treat hemoglobinopathies
and cancer.

In ocular diseases, our most advanced program is designed to address a specific genetic form of retinal
degeneration called Leber congenital amaurosis 10 (“LCA10”), a disease for which we are not aware of any available
therapies and only one other potential treatment in clinical trials in the United States and Europe. In mid-2019, we initiated
a Phase 1/2 clinical trial for EDIT-101, an experimental medicine to treat LCA10. The first patient was dosed in the first
quarter of 2020 and we plan to enroll approximately 18 patients in the United States and Europe in up to five cohorts. We
have completed dosing of the adult low-dose cohort. This trial remains active and open for enrollment. We continue to
enroll patients, but enrollment has been slowed due to the ongoing impact of the coronavirus disease of 2019 (“COVID-
19”) pandemic. For our engineered cell medicines, our lead program is EDIT-301, an experimental medicine to treat sickle
cell disease and beta-thalassemia. We have initiated IND-enabling studies for EDIT-301 and aim to submit to the U.S. Food
and Drug Administration an investigational new drug application (“IND”) for EDIT-301 for the treatment of sickle cell
disease by the end of 2020. In addition, EDIT-201 is our experimental allogeneic healthy-donor NK cell medicine for the
treatment of solid tumors.
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In May 2015, we entered into a collaboration with Juno Therapeutics, Inc., a wholly-owned subsidiary of Bristol-
Myers Squibb Company (“Juno Therapeutics”), a leader in the emerging field of immuno-oncology, to develop novel
engineered alpha-beta T cell therapies for cancer and autoimmune diseases, which was amended and restated in each of
May 2018 and November 2019, at which time we also entered into a related license agreement with Juno Therapeutics,
which we collectively refer to as our collaboration with them.

In March 2017, we entered into a strategic alliance and option agreement with Allergan Pharmaceuticals
International Limited (which is referred to together with its affiliates as “Allergan”), a leading global pharmaceutical
company, to discover, develop, and commercialize new gene editing medicines for a range of ocular disorders. In July
2018, Allergan exercised its option to develop and commercialize EDIT-101 and we subsequently entered into a co-
development and commercialization agreement with Allergan under which we will co-develop and equally split profits and
losses for EDIT-101 in the United States. Allergan was acquired by AbbVie, Inc. in May 2020. On August 5, 2020, we
entered into a termination agreement with Allergan pursuant to which, among other things, we and Allergan terminated the
strategic alliance and option agreement and the co-development and commercialization agreement.

As a result of the termination of our collaboration with Allergan, we regained full global rights to research,
develop, manufacture, and commercialize our ocular product candidates, including EDIT-101 for the treatment of LCA10.
Under the termination agreement, Allergan granted us a non-exclusive, royalty-bearing right and license, including the
right to grant sublicenses (through multiple tiers), to certain Allergan know-how that is necessary to develop, manufacture
and commercialize EDIT-101. In addition, we are obligated to use commercially reasonable efforts to develop and
commercialize a product directed to each of four collaboration targets, one of which is LCA10. Under the termination
agreement, we agreed to make a one-time aggregate payment of $20.0 million to Allergan, of which $17.5 million had been
paid as of September 30, 2020. In addition, we will make certain payments on achievements of clinical and regulatory
milestones up to $20.0 million for each target program and aggregated sales milestones for all products covered by the
termination agreement up to $90.0 million. We are also obligated to pay royalties in a low-single digit percentage, subject
to reduction under specified circumstances, on net sales of specified products. Our obligation to pay royalties will expire on
a country-by-country and product-by-product basis upon the later of the expiration of regulatory-based exclusivity with
respect to such product in such country and the tenth anniversary of the first commercial sale of such product. We and
Allergan also entered into a transition services agreement to facilitate the transfer of the LCA10 program from Allergan to
us. As a result of the termination of the agreements with Allergan, we now have full responsibility for the Phase 1/2 clinical
trial for EDIT-101 and expect that our research and development expenses will increase significantly for the foreseeable
future as our development programs progress.

Since our inception in September 2013, our operations have focused on organizing and staffing our company,
business planning, raising capital, establishing our intellectual property portfolio, assembling our core capabilities in
genome editing, seeking to identify potential product candidates, and undertaking preclinical and clinical studies. Except
for EDIT-101, all of our research programs are still in the preclinical or research stage of development and the risk of
failure of all of our research programs is high. We have not generated any revenue from product sales. We have primarily
financed our operations through various equity financings and payments received under our research collaboration with
Juno Therapeutics and our strategic alliance with Allergan.

Since inception, we have incurred significant operating losses. Our net losses were $53.5 million and $96.0
million for the nine months ended September 30, 2020 and 2019, respectively. As of September 30, 2020, we had an
accumulated deficit of $602.7 million. We expect to continue to incur significant expenses and operating losses for the
foreseeable future. Our net losses may fluctuate significantly from quarter to quarter and from year to year. We anticipate
that our expenses will increase substantially as we continue our current research programs and our preclinical development
activities, including those related to EDIT-301 and EDIT-201; progress the clinical development of EDIT-101; seek to
identify additional research programs and additional product candidates; initiate preclinical testing and clinical trials for
other product candidates we identify and develop; maintain, expand, and protect our intellectual property portfolio,
including reimbursing our licensors for such expenses related to the intellectual property that we in-license from such
licensors; further develop our genome editing platform; hire additional clinical, quality control, and scientific personnel;
and incur additional costs associated with operating as a public company. We do not expect to be profitable for the year
ending December 31, 2020 or the foreseeable future.
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Although we did not experience any significant impact on our financial condition, results of operations or
liquidity due to the ongoing COVID-19 pandemic during the nine months ended September 30, 2020, we have recently
experienced slowed enrollment in the EDIT-101 clinical trial as a result of the COVID-19 pandemic. The ultimate impact
of the COVID-19 pandemic, particularly in light of its current resurgence, is highly uncertain and we do not yet know the
full extent of potential delays or impacts on our business, our ability to continue to raise additional capital, the EDIT-101
clinical trial, ongoing preclinical activities, including those related to EDIT-301 and EDIT-201, or the global economy as a
whole. In March, we implemented a work from home policy, and restricted on-site activities at our facilities in
Massachusetts and Colorado to certain manufacturing, laboratory and related support activities in light of the COVID-19
pandemic. Under our return to onsite work plans, we have resumed manufacturing, laboratory and related support activities
at our facilities in Massachusetts and Colorado using shifts and other capacity-limiting measures to comply with social
distancing guidelines. As such, it is uncertain as to the full magnitude that the pandemic will have directly or indirectly on
our financial condition, liquidity and future results of operations.

Financial Operations Overview
Revenue

To date, we have not generated any revenue from product sales and we do not expect to generate any revenue
from product sales for the foreseeable future. In connection with our collaboration with Juno Therapeutics, we have
received an aggregate of $120.0 million in payments, which have primarily consisted of the initial upfront and amendment
payments, development milestone payments and research funding support. We no longer receive research funding support.
As of September 30, 2020, we recorded $96.3 million of deferred revenue, of which $79.3 million is classified as long-term
on our condensed consolidated balance sheet. There was no revenue recognized under the collaboration with Juno
Therapeutics during the nine months ended September 30, 2020. Under this collaboration, we will recognize revenue upon
delivery of option packages to Juno Therapeutics. We expect that our revenue will fluctuate from quarter-to-quarter and
year-to-year as a result of the timing of when we deliver such option packages.

In connection with our strategic alliance with Allergan, we received an aggregate of $130.0 million in payments,
which consisted of the initial upfront payment, an option exercise payment and a milestone payment. Prior to the
termination of our agreements with Allergan, certain of these payments were deferred and were being recognized over the
remaining contract term using the proportional performance method. During the third quarter of 2020, as a result of the
termination of our agreements with Allergan, we recognized $63.2 million of previously deferred revenue related to
Allergan.

For additional information about our revenue recognition policy related to the Juno Therapeutics collaboration or
the Allergan strategic alliance, see “—Ceritical Accounting Policies and Estimates—Revenue Recognition” included in our
Annual Report.

For the foreseeable future we expect substantially all of our revenue will be generated from our collaboration with
Juno Therapeutics, and any other collaborations or agreements we may enter into.

Expenses
Research and Development Expenses

Research and development expenses consist primarily of costs incurred for our research and development
activities, which include:

e drug discovery efforts and preclinical and clinical studies under our research programs;
e employee-related expenses including salaries, benefits, and stock-based compensation expense;

e costs of funding research performed by third parties that conduct research and development and preclinical
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and clinical activities on our behalf;

costs of purchasing lab supplies and non-capital equipment used in our preclinical activities and in
manufacturing preclinical study materials;

consultant fees;
facility costs including rent, depreciation, and maintenance expenses; and

fees for acquiring and maintaining licenses under our third-party licensing agreements, including any
sublicensing or success payments made to our licensors.

Research and development costs are expensed as incurred. At this time, we cannot reasonably estimate or know
the nature, timing, and estimated costs of the efforts that will be necessary to complete the development of any product
candidates we may identify and develop. This is due to the numerous risks and uncertainties associated with developing
such product candidates, including the uncertainty of:

successful completion of preclinical studies, IND-enabling studies and natural history studies;
successful enrollment in, and completion of, clinical trials;
receipt of marketing approvals from applicable regulatory authorities;

establishing clinical, commercial manufacturing capabilities or making arrangements with third-party
manufacturers;

obtaining and maintaining patent and trade secret protection and non-patent exclusivity;

launching commercial sales of a product, if and when approved, whether alone or in collaboration with
others;

acceptance of a product, if and when approved, by patients, the medical community, and third-party payors;
effectively competing with other therapies and treatment options;

a continued acceptable safety profile following approval,

enforcing and defending intellectual property and proprietary rights and claims; and

achieving desirable medicinal properties for the intended indications.
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A change in the outcome of any of these variables with respect to the development of any product candidates we
develop would significantly change the costs, timing, and viability associated with the development of that product
candidate. As a result of the termination of our profit-sharing arrangement with Allergan in the United States for EDIT-101,
we are now obligated to fund all of the costs related to developing and commercializing the LCA10 program in the United
States.

We do not track research and development costs on a program-by-program basis except for reimbursable amounts
that relate to third-party arrangements.

Research and development activities are central to our business model. We expect research and development costs
to increase significantly for the foreseeable future as our development programs progress, including as we continue to
progress the clinical development of EDIT-101 as well as supporting preclinical studies for our other research programs,
including EDIT-301.

General and Administrative Expenses

General and administrative expenses consist primarily of salaries and other related costs, including stock-based
compensation for personnel in executive, finance, investor relations, business development, legal, corporate affairs,
information technology, facilities and human resource functions. Other significant costs include corporate facility costs not
otherwise included in research and development expenses, legal fees related to intellectual property and corporate matters,
and fees for accounting and consulting services.

We anticipate that our general and administrative expenses will increase in the future to support continued
research and development activities and potential commercialization of any product candidates we identify and develop.
These increases will include increased costs related to the hiring of additional personnel and fees to outside consultants. We
also anticipate increased expenses related to reimbursement of third-party patent-related expenses and expenses associated
with operating as a public company, including costs for audit, legal, regulatory, and tax-related services, director and officer
insurance premiums, and investor relations costs. With respect to reimbursement of third-party intellectual property-related
expenses specifically, given the ongoing nature of the opposition, interference and re-examination proceedings involving
the patents licensed to us under our license agreements with The Broad Institute, Inc. (“Broad”) and the President and
Fellows of Harvard College (“Harvard”), we anticipate general and administrative expenses will continue to be significant.

Other (Expense) Income, Net

For the nine months ended September 30, 2020, other (expense) income, net consisted primarily of changes in the
fair value of equity securities, interest income and accretion of discounts associated with other marketable securities.

For the nine months ended September 30, 2019, other (expense) income, net consisted primarily of interest
income and accretion of discounts associated with marketable securities, partially offset by loss on disposal of property and
equipment.

Critical Accounting Policies and Estimates

Our management’s discussion and analysis of our financial condition and results of operations is based on our
condensed consolidated financial statements, which have been prepared in accordance with United States generally
accepted accounting principles. The preparation of our condensed consolidated financial statements requires us to make
judgments and estimates that affect the reported amounts of assets, liabilities, revenues, and expenses, and the disclosure of
contingent assets and liabilities in our condensed consolidated financial statements. We base our estimates on historical
experience, known trends and events, and various other factors that we believe to be reasonable under the circumstances.
Actual results may differ from these estimates under different assumptions or conditions. On an ongoing basis, we evaluate
our judgments and estimates in light of changes in circumstances, facts, and experience. The effects of material revisions in
estimates, if any, will be reflected in the condensed consolidated financial statements prospectively from the date of change
in estimates.
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There have been no material changes to our critical accounting policies from those described in “Management’s
Discussion and Analysis of Financial Condition and Results of Operations” in our Annual Report.

Results of Operations
Comparison of the Three Months ended September 30, 2020 and 2019

The following table summarizes our results of operations for the three months ended September 30, 2020 and
2019, together with the changes in those items in dollars (in thousands) and the respective percentages of change:

Three Months Ended

September 30,
2020 2019 Dollar Change Percentage Change
Collaboration and other research and development revenues $ 62,841 $ 3,848 § 58,993 n/m %
Operating expenses:

Research and development 33,916 22,702 11,214 49 %

General and administrative 19,936 15,734 4,202 27 %

Total operating expenses 53,852 38,436 15,416 40 %
Other (expense) income, net:

Other expense, net (1,396) (33) (1,363) n/m %

Interest income, net 226 1,680 (1,454) 87)%

Total other (expense) income, net (1,170) 1,647 (2,817) n/m %

Net income (loss) $§ 7,819 § (32,941) $ 40,760 n/m %

For our results of operations, we have included the respective percentage of changes, unless greater than 100% or
less than (100)%, in which case we have denoted such changes as not meaningful (n/m).

Collaboration and other research and development revenues

Collaboration and other research and development revenues increased by $59.0 million, to $62.8 million for the
three months ended September 30, 2020 from $3.8 million for three months ended September 30, 2019. This increase was
primarily attributable to the recognition of $59.9 million of previously deferred revenue as a result of the termination of our
strategic alliance with Allergan.

Research and development expenses
Research and development expenses increased by $11.2 million, to $33.9 million for the three months ended
September 30, 2020 from $22.7 million for the three months ended September 30, 2019. The following table summarizes

our research and development expenses for the three months ended September 30, 2020 and 2019, together with the
changes in those items in dollars (in thousands) and the respective percentages of change:

Three Months Ended

September 30,

2020 2019 Dollar Change Percentage Change

Process and platform development expenses $ 18,204 $ 9334 § 8,870 95 %
Employee related expenses 8,072 6,357 1,715 27 %
Facility expenses 3,617 2,468 1,149 47 %
Stock-based compensation expenses 2,938 3,619 (681) 19 %
Other expenses 893 721 172 24 %
Sublicense and license fees 192 203 1y — %
Total research and development expenses $ 33916 $ 22,702 $§ 11,214 49 %
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The increase in research and development expenses for the three months ended September 30, 2020 compared to
the three months ended September 30, 2019 was primarily attributable to:

e approximately $8.9 million in increased process and platform development expenses related primarily to the
clinical and manufacturing development of EDIT-101 and our other programs, including a one-time in-
process research and development expense of $5.0 million for re-acquiring the rights to EDIT-101 from
Allergan;

e approximately $1.7 million in increased employee related expenses primarily due to an increase in the size of
our workforce including the expansion of our research and development organization;

e approximately $1.1 million in increased facility related expenses; and
e approximately $0.2 million in increased other expenses.

These increases were partially offset by approximately $0.7 million in decreased stock-based compensation
expenses resulting from forfeitures.

As a result of the termination of our agreements with Allergan, we expect that our research and development costs
will increase as we are now obligated to fund all of the costs related to developing and commercializing the LCA10
program in the United States. In addition, we anticipate that we will increase headcount in our clinical and development
organization as a result of the transfer from Allergan to us of the Phase 1/2 clinical trial of EDIT-101 for the treatment of
LCA10 as part of the termination of the arrangement with Allergan.

General and administrative expenses

General and administrative expenses increased by $4.2 million, to $19.9 million for the three months ended
September 30, 2020 from $15.7 million for the three months ended September 30, 2019.The following table summarizes
our general and administrative expenses for the three months ended September 30, 2020 and 2019, together with the
changes in those items in dollars (in thousands) and the respective percentages of change:

Three Months Ended
September 30,

2020 2019 Dollar Change Percentage Change
Professional service expenses $ 6314 $ 3,980 $ 2,334 59 %
Intellectual property and patent related fees 4,446 4,227 219 5%
Employee related expenses 4,164 3,311 853 26 %
Stock-based compensation expenses 2,908 2,940 (32) %
Facility and other expenses 2,104 1,276 828 65 %
Total general and administrative expenses $ 19936 § 15734 § 4,202 27 %

The increase in general and administrative expenses for the three months ended September 30, 2020 compared to
the three months ended September 30, 2019 was primarily attributable to:

e approximately $2.3 million in increased professional service expenses in connection with the termination of
the Allergan agreement;

e approximately $0.9 million in increased employee related expenses primarily due to an increase in the size of
our workforce and the timing of hiring key executives;

e approximately $0.8 million in increased facility and other expenses resulting from additional office space
leased in 2020; and
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e approximately $0.2 million in increased intellectual property and patent related fees.
Other (expense) income, net

For the three months ended September 30, 2020, other (expense) income, net was an expense of $1.2 million,
which was primarily attributable to the unrealized losses related to corporate equity securities, partially offset by interest

income.

For the three months ended September 30, 2019, other (expense) income, net was income of $1.6 million, which
was primarily attributable to interest income and accretion of discounts associated with marketable securities.

Comparison of the Nine Months ended September 30, 2020 and 2019

The following table summarizes our results of operations for the nine months ended September 30, 2020 and
2019, together with the changes in those items in dollars (in thousands) and the respective percentages of change:

Nine Months Ended

September 30,

2020 2019 Dollar Change Percentage Change

Collaboration and other research and development revenues $§ 79,313 $§ 8,247 § 71,066 n/m %
Operating expenses:

Research and development 96,492 62,109 34,383 55 %

General and administrative 51,789 47,638 4,151 9 %

Total operating expenses 148,281 109,747 38,534 35 %

Other income, net

Other income (expense), net 13,114 (144) 13,258 n/m %

Interest income, net 2,377 5,668 (3,291) (58)%

Total other income, net 15,491 5,524 9,967 n/m %

Net loss $ (53477) $ (95,976) $§ 42,499 (44)%

For our results of operations, we have included the respective percentage of changes, unless greater than 100% or
less than (100)%, in which case we have denoted such changes as not meaningful (n/m).

Collaboration and other research and development revenues

Collaboration and other research and development revenues increased by $71.1 million to $79.3 million for the
nine months ended September 30, 2020 from $8.2 million for the nine months ended September 30, 2019. This increase
was primarily attributable to the recognition of $63.0 million of previously deferred revenue as a result of the termination
of our strategic alliance with Allergan, as well as an increase of $7.7 million in revenue recognized pursuant to an out-
license agreement we entered into during the second quarter of 2020, and a $0.4 million increase in revenue recognized
pursuant to other license and collaboration arrangements during the nine months ended September 30, 2020.
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Research and development expenses

Research and development expenses increased by $34.4 million, to $96.5 million for the nine months ended
September 30, 2020 from $62.1 million for the nine months ended September 30, 2019. The following table summarizes
our research and development expenses for the nine months ended September 30, 2020 and 2019, together with the
changes in those items in dollars (in thousands) and the respective percentages of change:

Nine Months Ended
September 30,

2020 2019 Dollar Change Percentage Change
Process and platform development expenses $ 46,162 $ 24351 $§ 21,811 90 %
Employee related expenses 24,589 17,054 7,535 44 %
Facility expenses 9,909 6,338 3,571 56 %
Stock-based compensation expenses 8,668 10,854 (2,186) (20)%
Sublicense and license fees 4,132 1,036 3,096 n/m %
Other expenses 3,032 2,476 556 n/m %
Total research and development expenses $ 96492 $ 62,109 $ 34383 55 %

The increase in research and development expenses for the nine months ended September 30, 2020 compared to
the nine months ended September 30, 2019 was primarily attributable to:

e approximately $21.8 million in increased process and platform development expenses related primarily to the
clinical and manufacturing development of EDIT-101 and our other programs, including a one-time in-
process research and development expense of $5.0 million for re-acquiring the rights to EDIT-101 from
Allergan and expenses incurred under the profit-sharing arrangement with Allergan related to EDIT-101 prior
to the termination of the agreement and expenses incurred related to an in-license arrangement entered into
during the first quarter of 2020;

e approximately $7.5 million in increased employee related expenses primarily due to an increase in the size of
our workforce including the expansion of our development organization;

e approximately $3.6 million in increased facility expenses primarily due additional lab and manufacturing
space leased in 2020;

e approximately $3.1 million in increased sublicense and license fees primarily related to sublicense fees that
were owed to our licensors in connection with an out-license agreement that we entered into during the
second quarter of 2020 and additional license fees that we incurred during the quarter; and

e approximately $0.6 million in increased other expenses primarily due to increase software license fees.

These increases were partially offset by approximately $2.2 million in decreased stock-based compensation
expenses resulting primarily from forfeitures.

As a result of the termination of our agreements with Allergan, we expect that our research and development costs
will increase as we are now obligated to fund all of the costs related to developing and commercializing the LCA10
program in the United States. In addition, we anticipate that we will increase headcount in our clinical and development
organization as a result of the transfer from Allergan to us of the Phase 1/2 clinical trial of EDIT 101 for the treatment of
LCA10 as part of the termination of the agreement with Allergan.
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General and administrative expenses

General and administrative expenses increased by $4.2 million, to $51.8 million for the nine months ended
September 30, 2020 from $47.6 million for the nine months ended September 30, 2019. The following table summarizes
our general and administrative expenses for the nine months ended September 30, 2020 and 2019, together with the
changes in those items in dollars (in thousands) and the respective percentages of change:

Nine Months Ended

September 30,

2020 2019 Dollar Change Percentage Change

Intellectual property and patent related fees $ 13457 $ 13,570 § (113) (1) %
Employee related expenses 12,616 9,571 3,045 32 %
Professional service expenses 10,803 10,809 (6) 0)%
Stock-based compensation expenses 8,815 10,053 (1,238) (12)%
Facility and other expenses 6,098 3,635 2,463 68 %
Total general and administrative expenses $ 51,789 $ 47638 $ 4,151 9 9%

The increase in general and administrative expenses for the nine months ended September 30, 2020 compared to
the nine months ended September 30, 2019 was primarily attributable to:

e approximately $3.0 million in increased employee related expenses primarily due to an increase in the size of
our workforce and the timing of hiring key executives; and

e approximately $2.5 million in increased facility and other expenses resulting from additional office space
leased in 2020.

These increases were partially offset by approximately $1.2 million in decreased stock-based compensation expenses
resulting from a modification that occurred in 2019 with respect to which there was no similar activity for in 2020 and
approximately $0.1 million in decreased intellectual property and patent related expenses.

Other (expense) income, net

For the nine months ended September 30, 2020, other (expense) income, net was income of $15.5 million, which
was primarily attributable to the unrealized gains related to corporate equity securities, interest income and accretion of
discounts associated with marketable securities.

For the nine months ended September 30, 2019, other (expense) income, net was income of $5.5 million, which

was primarily attributable to interest income and accretion of discounts associated with marketable securities, partially
offset by a loss on disposal of property and equipment.
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Liquidity and Capital Resources
Sources of Liquidity

In May 2020, we entered into a sales agreement with Cowen and Company, LLC (“Cowen”) under which we are
able from time to time to issue and sell shares of our common stock through Cowen for aggregate gross sales proceeds of
up to $150.0 million (the “ATM Facility””). We have not sold any shares of our common stock under this ATM Facility as
of the date of this Quarterly Report on Form 10-Q. In June 2020, we completed a public offering whereby we sold
6,900,000 shares of our common stock, inclusive of 900,000 shares of common stock sold by us pursuant to the full
exercise of an option granted to the underwriters in connection with the offering and received net process of approximately
$203.7 million. As of September 30, 2020, we have raised an aggregate of $648.7 million in net proceeds through the sale
of shares of our common stock in public offerings and at-the-market offerings. We also have funded our business from
payments received under our research collaboration with Juno Therapeutics and our strategic alliance with Allergan, which
was terminated in August 2020. As of September 30, 2020, we had cash, cash equivalents and marketable securities of
$541.3 million.

In addition to our existing cash, cash equivalents and marketable securities we are eligible to earn milestone and
other payments under our collaboration agreement with Juno Therapeutics. Our ability to earn the milestone payments and
the timing of earning these amounts are dependent upon the timing and outcome of our development, regulatory and
commercial activities and, as such, are uncertain at this time. As of September 30, 2020, our right to contingent payments
under our collaboration agreement with Juno Therapeutics is our only significant committed potential external source of
funds.

Cash Flows

The following table provides information regarding our cash flows for the nine months ended September 30, 2020
and 2019 (in thousands):

Nine Months Ended

September 30,
2020 2019
Net cash (used in) provided by:
Operating activities $ (139,742) § (81,693)
Investing activities (31,628) 4,434
Financing activities 215,022 47,255
Net increase (decrease) in cash, cash equivalents, and restricted cash $ 43,652 $ (30,004)

Net Cash Used in Operating Activities

The use of cash in all periods resulted primarily from our net losses adjusted for non-cash charges and changes in
components of working capital.

Net cash used in operating activities was approximately $139.7 million for the nine months ended September 30,
2020, which primarily consisted of operating expenses that relate to our on-going preclinical and clinical activities, patent
costs and license fees, and increased costs as a result of staffing needs due to our expanding operations. These expenses
were partially offset by cash inflows from license fees received in the period.

Net cash used in operating activities was approximately $81.7 million for the nine months ended September 30,
2019, which primarily consisted of operating expenses that related to our strategic alliance with Allergan which decreased
deferred revenue, partially offset by an upfront payment received related to an out-license arrangement. This amount was
offset by operating expenses that related to our on-going preclinical and clinical activities, patent costs and license fees,
costs related to obtaining additional research facilities and increased costs as a result of staffing needs due to our expanding
operations.
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Net Cash Used in Investing Activities

Net cash used in investing activities was approximately $31.6 million for the nine months ended September 30,
2020, primarily related to costs used to acquire marketable securities of $300.4 million and costs to acquire property and
equipment of $5.8 million, partially offset by proceeds from maturities of marketable securities of $274.5 million.

Net cash provided by investing activities was approximately $4.4 million for the nine months ended September
30, 2019, primarily related to higher proceeds from maturities of marketable securities than purchases of marketable
securities that were partially offset by $4.5 million in equipment purchases.

Net Cash Provided by Financing Activities

Net cash provided by financing activities was approximately $215.0 million for the nine months ended September
30, 2020, and consisted of $203.8 million in net proceeds received from offering of common stock, of which $0.2 million
of expenses related to the offering were unpaid at quarter-end, and $10.8 million in proceeds received from exercises of
options for our common stock.

Net cash provided by financing activities was approximately $47.2 million for the nine months ended September
30, 2019, and consisted of $41.2 million in proceeds received from at-the-market offerings of our common stock, $5.8
million in proceeds from exercises of options for our common stock and $0.3 million from the issuance of our common
stock under our equity plans.

Funding Requirements

We expect our expenses to increase in connection with our ongoing activities, particularly as we progress the
clinical development of EDIT-101; further advance our current research programs and our preclinical development
activities, including those related to EDIT-301 and EDIT-201; seek to identify product candidates and additional research
programs; initiate preclinical testing and clinical trials for other product candidates we identify and develop; maintain,
expand, and protect our intellectual property portfolio, including reimbursing our licensors for expenses related to the
intellectual property that we in-license from such licensors; hire additional clinical, quality control, and scientific
personnel; and incur costs associated with operating as a public company. In addition, if we obtain marketing approval for
any product candidate that we identify and develop, we expect to incur significant commercialization expenses related to
product sales, marketing, manufacturing, and distribution to the extent that such sales, marketing, and distribution are not
the responsibility of a collaborator. We do not expect to generate significant recurring revenue unless and until we obtain
regulatory approval for and commercialize a product candidate. Furthermore, since 2016 we have incurred, and in future
years we expect to continue to incur, significant costs associated with operating as a public company. Accordingly, we will
need to obtain substantial additional funding in connection with our continuing operations. If we are unable to raise capital
when needed or on attractive terms, we would be forced to delay, reduce, or eliminate our research and development
programs or future commercialization efforts.

We expect that our existing cash, cash equivalents and marketable securities at September 30, 2020 and
anticipated interest income will enable us to fund our operating expenses and capital expenditure requirements into 2023.
We have based our estimates on assumptions that may prove to be wrong, and we may use our available capital resources
sooner than we currently expect. Our future capital requirements will depend on many factors, including:

e the scope, progress, results, and costs of drug discovery, preclinical development, laboratory testing, and
clinical or natural history study trials for the product candidates we develop;

e the costs of progressing the clinical development of EDIT-101 to treat LCA10;
e the costs of preparing, filing, and prosecuting patent applications, maintaining and enforcing our intellectual

property and proprietary rights, and defending intellectual property-related claims;
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e the costs, timing, and outcome of regulatory review of the product candidates we develop;

e the costs of future activities, including product sales, medical affairs, marketing, manufacturing, and
distribution, for any product candidates for which we receive regulatory approval;

e the success of our collaboration with Juno Therapeutics;

e whether Juno Therapeutics exercises any of its options to extend the research program term and/or to certain
of the research programs under our collaboration;

e our ability to establish and maintain additional collaborations on favorable terms, if at all;
e the extent to which we acquire or in-license other medicines and technologies;

e the costs of reimbursing our licensors for the prosecution and maintenance of the patent rights in-licensed by
us; and

e the costs of operating as a public company.

Identifying potential product candidates and conducting preclinical studies and clinical trials is a time-consuming,
expensive, and uncertain process that takes many years to complete, and we may never generate the necessary data or
results required to obtain marketing approval and achieve product sales. In addition, any product candidate that we identify
and develop, if approved, may not achieve commercial success. Our commercial revenues, if any, will be derived from
sales of genomic medicines that we do not expect to be commercially available for many years, if at all. Accordingly, we
will need to continue to rely on additional financing to achieve our business objectives. Adequate additional financing may
not be available to us on acceptable terms, or at all. Further, our ability to continue to raise additional capital may be
adversely impacted by potential worsening global economic conditions and the recent disruptions to, and volatility in, the
credit and financial markets in the United States and worldwide resulting from the ongoing COVID-19 pandemic.

Until such time, if ever, as we can generate substantial product revenues, we expect to finance our cash needs
through a combination of equity offerings, debt financings, collaborations, strategic alliances, and licensing arrangements.
To the extent that we raise additional capital through the sale of equity or convertible debt securities, our stockholders’
ownership interests will be diluted, and the terms of these securities may include liquidation or other preferences that
adversely affect the rights of our stockholders. Debt financing, if available, may involve agreements that include covenants
limiting or restricting our ability to take specific actions, such as incurring additional debt, making capital expenditures, or
declaring dividends.

If we raise funds through additional collaborations, strategic alliances, or licensing arrangements with third
parties, we may have to relinquish valuable rights to our technologies, future revenue streams, research programs, or
product candidates or to grant licenses on terms that may not be favorable to us. If we are unable to raise additional funds
through equity or debt financings when needed, we may be required to delay, limit, reduce, or terminate our product
development or future commercialization efforts or grant rights to develop and market product candidates that we would
otherwise prefer to develop and market ourselves.
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Contractual Obligations

During the nine months ended September 30, 2020, there were no material changes to our contractual obligations
and commitments described under Management’s Discussion and Analysis of Financial Condition and Results of
Operations in our Annual Report.

Off-Balance Sheet Arrangements

We did not have, during the periods presented, and we do not currently have, any off-balance sheet arrangements,
as defined under applicable SEC rules.

Effects of Inflation

Inflation would generally affect our business by increasing our cost of labor and clinical trial costs. We do not
believe that inflation had a material effect on our business, financial condition or results of operations during the nine
months ended September 30, 2020 or 2019.

Item 3. Quantitative and Qualitative Disclosures About Market Risk.

We are exposed to market risk related to changes in interest rates. As of September 30, 2020, we had cash and
cash equivalents of $279.6 million, primarily held in money market mutual funds consisting of U.S. government-backed
securities, and marketable securities of $215.7 million, primarily consisting of U.S. government-backed securities,
corporate equity securities and corporate debt securities. Our primary exposure to market risk is interest rate sensitivity,
which is affected by changes in the general level of U.S. interest rates, particularly because our investments, including cash
equivalents, are in the form, or may be in the form of, money market funds or marketable securities and are or may be
invested in U.S. Treasury and U.S. government agency obligations. Due to the short-term maturities and low risk profiles
of our investments, an immediate 100 basis point change in interest rates would not have a material effect on the fair
market value of our investments.

While we contract with certain vendors and institutions internationally, substantially all of our total liabilities as of
September 30, 2020 were denominated in the United States dollar and we believe that we do not have any material
exposure to foreign currency exchange rate risk.

Item 4. Controls and Procedures.
Evaluation of Disclosure Controls and Procedures

Our management, with the participation of our Chief Executive Officer and Chief Financial Officer, evaluated the
effectiveness of our disclosure controls and procedures as of September 30, 2020. The term “disclosure controls and
procedures,” as defined in Rules 13a-15(e) and 15d-15(e) under the Securities Exchange Act of 1934 (the “Exchange
Act”), means controls and other procedures of a company that are designed to ensure that information required to be
disclosed by the company in the reports that it files or submits under the Exchange Act is recorded, processed, summarized
and reported, within the time periods specified in the SEC’s rules and forms. Disclosure controls and procedures include,
without limitation, controls and procedures designed to ensure that information required to be disclosed by a company in
the reports that it files or submits under the Exchange Act is accumulated and communicated to the company’s
management, including its principal executive and principal financial officers, or persons performing similar functions, as
appropriate to allow timely decisions regarding required disclosure. Our management recognizes that any controls and
procedures, no matter how well designed and operated, can provide only reasonable assurance of achieving their objectives
and our management necessarily applies its judgment in evaluating the cost-benefit relationship of possible controls and
procedures. Based on the evaluation of our disclosure controls and procedures as of September 30, 2020, our Chief
Executive Officer and Chief Financial Officer concluded that, as of such date, our disclosure controls and procedures were
effective at the reasonable assurance level.
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Changes in Internal Control over Financial Reporting
There were no changes in our internal control over financial reporting that occurred during the period covered by

this Quarterly Report on Form 10-Q that have materially affected, or are reasonably likely to materially affect, our internal
control over financial reporting.
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PART II. OTHER INFORMATION
Item 1. Legal Proceedings.

From time to time, we may become involved in litigation or other legal proceedings relating to claims arising
from the ordinary course of business. There can be no assurance that any proceedings that result from these third-party
actions will be resolved in our favor. In addition, if they are not resolved in our favor, there can be no assurance that the
result will not have a material adverse effect on our business, financial condition, results of operations, or prospects.
Certain of our intellectual property rights, including ones licensed to us under our licensing agreements, are subject to, and
from time to time may be subject to, priority and validity disputes. For additional information regarding these matters, see
“Item 1A. Risk Factors—Risks Related to Our Intellectual Property.” Regardless of outcome, litigation or other legal
proceedings can have an adverse impact on us because of defense and settlement costs, diversion of management
resources, and other factors.

Item 1A. Risk Factors.

Our business is subject to numerous risks. The following important factors, among others, could cause our actual
results to differ materially from those expressed in forward-looking statements made by us or on our behalf in this
Quarterly Report on Form 10-Q and other filings with the Securities and Exchange Commission (the “SEC”), press
releases, communications with investors, and oral statements. Actual future results may differ materially from those
anticipated in our forward-looking statements. We undertake no obligation to update any forward-looking statements,
whether as a result of new information, future events, or otherwise.

Risks Related to Our Financial Position and Need for Additional Capital

We have incurred significant losses since inception. We expect to incur losses for the foreseeable future and may never
achieve or maintain profitability.

Since inception, we have incurred significant operating losses. Our net losses were $133.7 million, $110.0 million,
and $120.3 million for the years ended December 31, 2019, 2018 and 2017, respectively. As of September 30, 2020, we
had an accumulated deficit of $602.7 million. We have financed our operations primarily through public offerings of our
common stock, private placements of our preferred stock, our collaboration with Juno Therapeutics, Inc., a wholly-owned
subsidiary of Bristol-Myers Squibb Company (“Juno Therapeutics™), and payments under our strategic alliance with
Allergan Pharmaceuticals International Limited (which was acquired by AbbVie Inc. in May 2020 and is referred to
together with its affiliates as “Allergan”), which was terminated in August 2020. We have devoted substantially all of our
efforts to research and development. We expect to continue to incur significant expenses and increasing operating losses for
the foreseeable future. The net losses we incur may fluctuate significantly from quarter to quarter. We anticipate that our
expenses will increase substantially if and as we:

e progress the clinical development of EDIT-101 to treat Leber congenital amaurosis (“LCA”) 10 (“LCA10”);

e continue our current research programs and our preclinical development of product candidates from our
current research programs, including EDIT-301, our experimental medicine to treat sickle cell disease and
beta-thalassemia;

e seek to identify additional research programs and additional product candidates;

e initiate preclinical testing and clinical trials for any product candidates we identify and develop;

e maintain, expand, and protect our intellectual property portfolio and provide reimbursement of third-party
expenses related to our patent portfolio;

e seck marketing approvals for any of our product candidates that successfully complete clinical trials;
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e ultimately establish a sales, marketing, and distribution infrastructure to commercialize any medicines for
which we may obtain marketing approval;

e further develop our genome editing platform;
e hire additional clinical, quality control, and scientific personnel;

e add operational, financial, and management information systems and personnel, including personnel to
support our product development;

e acquire or in-license other medicines and technologies;
e validate a commercial-scale current Good Manufacturing Practices (“cGMP”’) manufacturing facility; and
e continue to operate as a public company.

We are in the early stages of the clinical development of EDIT-101 and expect that it will be many years, if ever,
before we have a product candidate ready for commercialization. As a result of the termination of our agreements with
Allergan in August 2020, we are now obligated to fund all of the costs related to developing and commercializing the
LCA10 program in the United States, including the costs of the clinical development of EDIT-101. To become and remain
profitable, we must develop and eventually commercialize a medicine or medicines with significant market potential. This
will require us to be successful in a range of challenging activities, including identifying product candidates, completing
preclinical testing and clinical trials of product candidates, obtaining marketing approval for these product candidates,
manufacturing, marketing, and selling those medicines for which we may obtain marketing approval, and satisfying any
post-marketing requirements. We may never succeed in these activities and, even if we do, may never generate revenues
that are significant or large enough to achieve profitability. Other than EDIT-101, we are currently only in the preclinical
testing stages for our most advanced research programs. If we do achieve profitability, we may not be able to sustain or
increase profitability on a quarterly or annual basis. Our failure to become and remain profitable would decrease the value
of our company and could impair our ability to raise capital, maintain our research and development efforts, expand our
business, or continue our operations. A decline in the value of our company could cause our stockholders to lose all or part
of their investments in us.

We will need substantial additional funding. If we are unable to raise capital when needed, we would be forced to delay,
reduce, or eliminate our research and product development programs or commercialization efforts.

We expect our expenses to increase in connection with our ongoing activities, particularly as we identify, continue
the research and development of, initiate clinical trials of, and seek marketing approval for, product candidates. In addition,
if we obtain marketing approval for any product candidates we develop, we expect to incur significant commercialization
expenses related to product sales, marketing, manufacturing, and distribution to the extent that such sales, marketing,
manufacturing, and distribution are not the responsibility of a collaborator. Accordingly, we will need to obtain substantial
additional funding in connection with our continuing operations. If we are unable to raise capital when needed or on
attractive terms, we would be forced to delay, reduce, or eliminate our research and product development programs or
future commercialization efforts.

We expect that our existing cash, cash equivalents, and marketable securities at September 30, 2020 and
anticipated interest income will enable us to fund our operating expenses and capital expenditure requirements into 2023.
Our future capital requirements will depend on many factors, including:

e the costs of progressing the clinical development of EDIT-101 to treat LCA10;

e the scope, progress, results, and costs of drug discovery, preclinical development, laboratory testing, and

clinical or natural history study trials for the product candidates we develop;
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e the costs of preparing, filing, and prosecuting patent applications, maintaining and enforcing our intellectual
property and proprietary rights, and defending intellectual property-related claims;

e the costs, timing, and outcome of regulatory review of the product candidates we develop;

e the costs of future activities, including product sales, medical affairs, marketing, manufacturing, and
distribution, for any product candidates for which we receive regulatory approval;

e the success of our collaboration with Juno Therapeutics;

o whether Juno Therapeutics exercises any of its options to extend the research program term and/or to certain
of the research programs under our collaboration;

e our ability to establish and maintain additional collaborations on favorable terms, if at all;
e the extent to which we acquire or in-license other medicines and technologies;

e the costs of reimbursing our licensors for the prosecution and maintenance of the patent rights in-licensed by
us; and

e the costs of operating as a public company.

Identifying potential product candidates and conducting preclinical testing and clinical trials is a time-consuming,
expensive, and uncertain process that takes years to complete, and we may never generate the necessary data or results
required to obtain marketing approval and achieve product sales. In addition, even if we successfully identify and develop
product candidates and those are approved, we may not achieve commercial success. Our commercial revenues, if any, will
be derived from sales of medicines that we do not expect to be commercially available for many years, if at all.
Accordingly, we will need to continue to rely on additional financing to achieve our business objectives. Adequate
additional financing may not be available to us on acceptable terms, or at all.

Raising additional capital may cause dilution to our stockholders, restrict our operations or require us to relinquish
rights to our technologies or product candidates.

Until such time, if ever, as we can generate substantial product revenues, we expect to finance our cash needs
through a combination of public or private equity offerings, debt financings, collaborations, strategic alliances, and
licensing arrangements. We do not have any significant committed external source of funds. To the extent that we raise
additional capital through the sale of equity or convertible debt securities, the ownership interests of our stockholders may
be materially diluted, and the terms of these securities may include liquidation or other preferences that adversely affect the
rights of our stockholders. Debt financing, if available, may involve agreements that include covenants limiting or
restricting our ability to take specific actions, such as incurring additional debt, making capital expenditures, or declaring
dividends.

If we raise funds through additional collaborations, strategic alliances, or licensing arrangements with third
parties, we may have to relinquish valuable rights to our technologies, future revenue streams, research programs, or
product candidates, or we may have to grant licenses on terms that may not be favorable to us. If we are unable to raise
additional funds through equity or debt financings when needed, we may be required to delay, limit, reduce, or terminate
our product development or future commercialization efforts or grant rights to develop and market product candidates that
we would otherwise prefer to develop and market ourselves.

Our short operating history may make it difficult for our stockholders to evaluate the success of our business to date
and to assess our future viability.

We are an early-stage company. We were founded and commenced operations in the second half of 2013. Our
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operations to date have been limited to organizing and staffing our company, business planning, raising capital, acquiring
and developing our technology, identifying potential product candidates, undertaking preclinical studies and preparing to
undertake clinical trials. Except for EDIT-101 to treat LCA10, all of our research programs are still in the preclinical or
research stage of development, and the risk of failure of all of our research programs is high. We have not yet demonstrated
an ability to successfully complete any clinical trials, including large-scale, pivotal clinical trials, obtain marketing
approvals, manufacture a commercial-scale medicine, or arrange for a third party to do so on our behalf, or conduct sales
and marketing activities necessary for successful commercialization. Typically, it takes about 10 to 15 years to develop a
new medicine from the time it is discovered to when it is available for treating patients. Consequently, any predictions
about our future success or viability may not be as accurate as they could be if we had a longer operating history.

In addition, as a new business, we may encounter unforeseen expenses, difficulties, complications, delays, and
other known and unknown factors. We will need to transition from a company with a research focus to a company capable
of supporting commercial activities. We may not be successful in such a transition.

We expect that our financial condition and operating results will continue to fluctuate significantly from quarter-
to-quarter and year-to-year due to a variety of factors, many of which are beyond our control. Accordingly, our
stockholders should not rely upon the results of any quarterly or annual periods as indications of future operating
performance.

We have never generated revenue from product sales and may never be profitable.

Our ability to generate revenue from product sales and achieve profitability depends on our ability, alone or with
collaboration partners, to successfully complete the development of, and obtain the regulatory approvals necessary to
commercialize, product candidates we may identify for development. We do not anticipate generating revenues from
product sales for the next several years, if ever. Our ability to generate future revenues from product sales depends heavily

on our, or our collaborators’, ability to successfully:

e identify product candidates and complete research and preclinical and clinical development of any product
candidates we may identify;

e seck and obtain regulatory and marketing approvals for any of our product candidates for which we complete
clinical trials;

e launch and commercialize any of our product candidates for which we obtain regulatory and marketing
approval by establishing a sales force, marketing, and distribution infrastructure;

e qualify for adequate coverage and reimbursement by government and third-party payors for any of our
product candidates for which we obtain regulatory and marketing approval;

o develop, maintain, and enhance a sustainable, scalable, reproducible, and transferable manufacturing process
for the product candidates we develop;

e establish and maintain supply and manufacturing relationships with third parties that can provide adequate, in
both amount and quality, products and services to support clinical development and the market demand for
any of our product candidates for which we obtain regulatory and marketing approval;

e obtain market acceptance of any product candidates we develop as viable treatment options;

e address competing technological and market developments;

e implement internal systems and infrastructure, as needed;
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e negotiate favorable terms in any collaboration, licensing, or other arrangements into which we may enter and
performing our obligations in such arrangements;

e maintain, protect, and expand our portfolio of intellectual property rights, including patents, trade secrets,
and know-how;

e avoid and defend against third-party interference or infringement claims; and
e attract, hire, and retain qualified personnel.

Even if one or more of the product candidates we develop is approved for commercial sale, we anticipate
incurring significant costs associated with commercializing any approved product candidate. Our expenses could increase
beyond expectations if we are required by the U.S. Food and Drug Administration (the “FDA”), the European Medicines
Agency (the “EMA”), or other regulatory authorities to perform clinical and other studies in addition to those that we
currently anticipate. Even if we are able to generate revenues from the sale of any approved products, we may not become
profitable and may need to obtain additional funding to continue operations.

Risks Related to Discovery, Development, and Commercialization

We intend to identify and develop product candidates based on a novel genome editing technology, which makes it
difficult to predict the time and cost of product candidate development. No therapeutic products that utilize genome
editing technology have been approved in the United States or in Europe, and there have only been a limited number of
human clinical trials of a genome editing product candidate.

We have concentrated our research and development efforts on our genome editing platform, which uses CRISPR
technology. Our future success depends on the successful development of this novel genome editing therapeutic approach.
To date, no therapeutic product that utilizes genome editing, including CRISPR technology, has been approved in the
United States or Europe and there have been only a limited number of clinical trials involving the use of a therapeutic
utilizing genome editing technologies. As we have not yet been able to fully assess safety in humans, there may be long-
term effects from treatment with any of our future product candidates that we cannot predict at this time. Any product
candidates we develop will act at the level of DNA, and, because animal DNA differs from human DNA, it will be difficult
for us to test our future product candidates in animal models for either safety or efficacy. Also, animal models do not exist
for some of the diseases we expect to pursue in our programs. As a result of these factors, it is more difficult for us to
predict the time and cost of product candidate development, and we cannot predict whether the application of our genome
editing platform, or any similar or competitive genome editing platforms, will result in the identification, development, and
regulatory approval of any medicines. There can be no assurance that any development problems we experience in the
future related to our genome editing platform or any of our research programs will not cause significant delays or
unanticipated costs, or that such development problems can be solved. We may also experience delays in developing a
sustainable, reproducible, and scalable manufacturing process or transferring that process to commercial partners. Any of
these factors may prevent us from completing our preclinical studies or any clinical trials that we may initiate or
commercializing any product candidates we develop on a timely or profitable basis, if at all.

Because genome editing is novel and the regulatory landscape that will govern any product candidates we develop is
uncertain and may change, we cannot predict the time and cost of obtaining regulatory approval, if we receive it at all,
for any product candidates we develop.

The regulatory requirements that will govern any novel genome editing product candidates we develop are not
entirely clear and may change. Within the broader genomic medicine field, we are aware of a limited number of gene
therapy products that have received marketing authorization from the FDA and the EMA. Even with respect to more
established products that fit into the categories of gene therapies or cell therapies, the regulatory landscape is still
developing. Regulatory requirements governing gene therapy products and cell therapy products have changed frequently
and will likely continue to change in the future. Moreover, there is substantial, and sometimes uncoordinated, overlap in
those responsible for regulation of existing gene therapy products and cell therapy products. For example, in
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the United States, the FDA has established the Office of Tissues and Advanced Therapies within its Center for Biologics
Evaluation and Research (“CBER”) to consolidate the review of gene therapy and related products, and the Cellular, Tissue
and Gene Therapies Advisory Committee to advise CBER on its review. Gene therapy clinical trials are also subject to
review and oversight by an institutional biosafety committee (“IBC”), a committee that reviews and oversees the use of
biological agents. Although the FDA decides whether individual gene therapy protocols may proceed, the review process
and determinations of other reviewing bodies can impede or delay the initiation of a clinical trial, even if the FDA has
reviewed the trial and allowed its initiation. The same applies in the European Union. The EMA’s Committee for Advanced
Therapies (“CAT”) is responsible for assessing the quality, safety, and efficacy of advanced-therapy medicinal products.
The role of the CAT is to prepare a draft opinion on an application for marketing authorization for a gene therapy medicinal
candidate that is submitted to the EMA. In the European Union, the development and evaluation of a gene therapy
medicinal product must be considered in the context of the relevant European Union guidelines. The EMA may issue new
guidelines concerning the development and marketing authorization for gene therapy medicinal products and require that
we comply with these new guidelines. As a result, the procedures and standards applied to gene therapy products and cell
therapy products may be applied to any CRISPR product candidates we develop, but that remains uncertain at this point.

Adverse developments in clinical trials conducted by others of gene therapy products, cell therapy products, or
products developed through the application of a CRISPR or other genome editing technology may cause the FDA, the
EMA, and other regulatory bodies to revise the requirements for approval of any product candidates we develop or limit
the use of products utilizing genome editing technologies, either of which could materially harm our business. In addition,
the clinical trial requirements of the FDA, the EMA, and other regulatory authorities and the criteria these regulators use to
determine the safety and efficacy of a product candidate vary substantially according to the type, complexity, novelty, and
intended use and market of the potential products. The regulatory approval process for novel product candidates such as
ours can be more expensive and take longer than for other, better known, or more extensively studied pharmaceutical or
other product candidates. Regulatory agencies administering existing or future regulations or legislation may not allow
production and marketing of products utilizing genome editing technology in a timely manner or under technically or
commercially feasible conditions. In addition, regulatory action or private litigation could result in expenses, delays, or
other impediments to our research programs or the commercialization of resulting products.

The regulatory review committees and advisory groups described above and the new guidelines they promulgate
may lengthen the regulatory review process, require us to perform additional studies or trials, increase our development
costs, lead to changes in regulatory positions and interpretations, delay or prevent approval and commercialization of these
treatment candidates, or lead to significant post-approval limitations or restrictions. As we advance our research programs
and develop future product candidates, we will be required to consult with these regulatory and advisory groups and to
comply with applicable guidelines. If we fail to do so, we may be required to delay or discontinue development of any
product candidates we identify and develop.

Adverse public perception of genomic medicines, and genome editing in particular, may negatively impact regulatory
approval of, or demand for, our potential products.

Our potential therapeutic products involve editing the human genome. The clinical and commercial success of our
potential products will depend in part on public understanding and acceptance of the use of genome editing therapy for the
prevention or treatment of human diseases. Public attitudes may be influenced by claims that genome editing is unsafe,
unethical, or immoral, and, consequently, our products may not gain the acceptance of the public or the medical
community. Adverse public attitudes may adversely impact our ability to enroll clinical trials. Moreover, our success will
depend upon physicians prescribing, and their patients being willing to receive, treatments that involve the use of product
candidates we develop in lieu of, or in addition to, existing treatments with which they are already familiar and for which
greater clinical data may be available.

In addition, genome editing technology is subject to public debate and heightened regulatory scrutiny due to
ethical concerns relating to the application of genome editing technology to human embryos or the human germline. For
example, academic scientists in several countries, including the United States, have reported on their attempts to edit the
genome of human embryos as part of basic research and, in November 2018, Dr. Jiankui He, a Chinese biophysics
researcher who was an associate professor in the Department of Biology of the Southern University of Science and
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Technology in Shenzhen, China, announced he had created the first human genetically edited babies, twin girls and helped
create a second gene-edited pregnancy. The announcement was negatively received by the public, in particular by those in
the scientific community. In the United States, germline editing for clinical application has been expressly prohibited since
enactment of a December 2015 U.S. FDA ban on such activity. Prohibitions are also in place in the United Kingdom,
across most of Europe, in China, and many other countries around the world. In the United States, the National Institutes of
Health (“NIH”) has announced that it would not fund any use of genome editing technologies in human embryos, noting
that there are multiple existing legislative and regulatory prohibitions against such work, including the Dickey-Wicker
Amendment, which prohibits the use of appropriated funds for the creation of human embryos for research purposes or for
research in which human embryos are destroyed. Laws in the United Kingdom prohibit genetically modified embryos from
being implanted into women, but embryos can be altered in research labs under license from the Human Fertilisation and
Embryology Authority. Basic research on embryos is more tightly controlled in many other European countries.

Moreover, in an annual worldwide threat assessment report delivered to the U.S. Congress in February 2016, the
U.S. Director of National Intelligence stated that research into genome editing probably increases the risk of the creation of
potentially harmful biological agents or products, including weapons of mass destruction. He noted that the broad
distribution, low cost, and accelerated pace of development of genome editing technology could result in the deliberate or
unintentional misuse of such technology.

Although we do not use our technologies to edit human embryos or the human germline, such public debate about
the use of genome editing technologies in human embryos and heightened regulatory scrutiny could prevent or delay our
development of product candidates. More restrictive government regulations or negative public opinion would have a
negative effect on our business or financial condition and may delay or impair our development and commercialization of
product candidates or demand for any products we may develop. Adverse events in our preclinical studies or clinical trials
or those of our competitors or of academic researchers utilizing genome editing technologies, even if not ultimately
attributable to product candidates we may identify and develop, and the resulting publicity could result in increased
governmental regulation, unfavorable public perception, potential regulatory delays in the testing or approval of potential
product candidates we may identify and develop, stricter labeling requirements for those product candidates that are
approved, and a decrease in demand for any such product candidates. Use of genome editing technology by a third party or
government to develop biological agents or products that threaten the United States’ national security could similarly result
in such negative impacts to us.

We may not be successful in our efforts to identify, develop, or commercialize potential product candidates.

The success of our business depends primarily upon our ability to identify, develop, and commercialize products
based on our genome editing platform. Other than EDIT-101 to treat LCA10, all of our product development programs are
still in the preclinical or research stage of development. Our research programs, including those subject to our collaboration
with Juno Therapeutics, may fail to identify potential product candidates for clinical development for a number of reasons.
Our research methodology may be unsuccessful in identifying potential product candidates, or our potential product
candidates may be shown to have harmful side effects or may have other characteristics that may make the products
impractical to manufacture, unmarketable, or unlikely to receive marketing approval.

If any of these events occur, we may be forced to abandon our development efforts for a program or programs,
which would have a material adverse effect on our business, financial condition, results of operations, and prospects.
Research programs to identify new product candidates require substantial technical, financial, and human resources. We
may focus our efforts and resources on potential programs or product candidates that ultimately prove to be unsuccessful.

The genome editing field is relatively new and is evolving rapidly. We are focusing our research and development efforts
on CRISPR gene editing technology using Cas9 and Cas12a enzymes, but other genome editing technologies may be
discovered that provide significant advantages over CRISPR/Cas9 or CRISPR/Cas12a, which could materially harm

our business.

To date, we have focused our efforts on genome editing technologies using CRISPR and the Cas9 and Cas12a

40




Table of Contents

(also known as Cpfl) enzymes. Other companies have previously undertaken research and development of genome editing
technologies using zinc finger nucleases, engineered meganucleases, and transcription activator-like effector nucleases, but
to date none has obtained marketing approval for a product candidate. There can be no certainty that the CRISPR/Cas9 or
CRISPR/Cas12a technology will lead to the development of genomic medicines, that other genome editing technologies
will not be considered better or more attractive for the development of medicines or that either Cas9 or Cas12a, the two
CRISPR associated proteins that we use, may be useful or successful in developing therapeutics. For example, Cas9 or
Cas12a may be determined to be less attractive than other CRISPR enzymes, including CRISPR enzymes that have yet to
be discovered. Similarly, a new genome editing technology that has not been discovered yet may be determined to be more
attractive than CRISPR. Moreover, if we decide to develop genome technologies other than CRISPR technology using a
Cas9 or Cas12a enzyme, we cannot be certain we will be able to obtain rights to such technologies. Any of these factors
could reduce or eliminate our commercial opportunity, and could have a material adverse effect on our business, financial
condition, results of operations, and prospects.

We depend heavily on the success of EDIT-101. Except for EDIT-101, all of our product development programs are at
the preclinical or research stage. Preclinical testing and clinical trials of product candidates may not be successful. If
we are unable to commercialize any product candidates we develop or experience significant delays in doing so, our
business will be materially harmed.

We have invested a significant portion of our efforts and financial resources in the identification and development
of EDIT-101 to treat LCA10. Our ability to generate product revenues, which we do not expect will occur for many years,
if ever, will depend heavily on the successful development and eventual commercialization of EDIT-101 for the treatment
of LCA10 and other product candidates that we may identify in the future. As a result of the termination of our
collaboration with Allergan in August 2020, we are now obligated to fund all of the costs related to developing and
commercializing the LCA10 program in the United States, including the costs of the clinical development of EDIT-101,
and will need to expand our clinical development organization. Previously, we relied on Allergan to conduct the Phase 1/2
clinical trial of EDIT-101 and we do not have experience conducting Phase 1/2 clinical trials. Although we have entered
into a transition services agreement with Allergan to facilitate the transfer of the LCA10 program, including the Phase 1/2
clinical trial, there can be no assurance that the transition of the program will not cause delays in the clinical trial timeline
or cost more than we anticipate. The success of product candidates we identify and develop will depend on many factors,
including the following:

e sufficiency of our financial and other resources to complete the necessary clinical trials for EDIT-101;

e successful completion of preclinical studies and investigational new drug (“IND”)-enabling studies;

e successful enrollment in, and completion of, clinical trials;

e receipt of marketing approvals from applicable regulatory authorities;

e establishing commercial manufacturing capabilities or making arrangements with third-party manufacturers;
e obtaining and maintaining patent and trade secret protection and non-patent exclusivity for our medicines;

e launching commercial sales of the medicines, if and when approved, whether alone or in collaboration with
others;

e acceptance of the medicines, if and when approved, by patients, the medical community, and third-party
payors;

o effectively competing with other therapies and treatment options;

e acontinued acceptable safety profile of the medicines following approval;
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e enforcing and defending intellectual property and proprietary rights and claims; and
e achieving desirable medicinal properties for the intended indications.

The foregoing also applies to our collaborators to the extent we have partnered, sold or licensed any of our
research programs to them. If we or our collaborators do not achieve one or more of these factors in a timely manner or at
all, we could experience significant delays or an inability to successfully commercialize any product candidates we
develop, which would materially harm our business.

Of the large number of biologics and drugs in development in the pharmaceutical industry, only a small
percentage result in the submission of a Biologics License Application (a “BLA”) to the FDA or a marketing authorization
application (an “MAA”) to the EMA. Not all BLAs or MAAs that are submitted to a regulatory agency are approved for
commercialization. Furthermore, even if we do receive regulatory approval to market any product candidates that we may
identify and develop, any such approval may be subject to limitations on the indicated uses for which we may market the
product. Accordingly, even if we are able to obtain the requisite financing to continue to fund our research programs, we
cannot assure you that we or our collaborators will successfully develop or commercialize EDIT-101, or any of our other
research programs. If we or any of our collaborators and future development partners are unable to develop, or obtain
regulatory approval for, or, if approved, successfully commercialize, any product candidates we may identify and develop,
we may not be able to generate sufficient revenue to continue our business.

If serious adverse events, undesirable side effects, or unexpected characteristics are identified during the development of
any product candidates we develop, we may need to abandon or limit our further clinical development of those product
candidates.

Other than in connection with the EDIT-101 Phase 1/2 clinical trial, for which we began dosing patients in 2020
and is in the early stages of assessing safety, we have not evaluated any product candidates in human clinical trials, and our
proposed delivery modes, combined with CRISPR technology, have a limited history, if any, of being tested clinically. It is
impossible to predict when or if any product candidates we develop will ultimately prove safe in humans, including EDIT-
101. In the genomic medicine field, there have been several significant adverse events from gene therapy treatments in the
past, including reported cases of leukemia and death. There can be no assurance that genome editing technologies will not
cause severe or undesirable side effects.

A significant risk in any genome editing product is that the edit will be “off-target” and cause serious adverse
events, undesirable side effects, or unexpected characteristics. For example, off-target cuts could lead to disruption of a
gene or a genetic regulatory sequence at an unintended site in the DNA, or, in those instances where we also provide a
segment of DNA to serve as a repair template, it is possible that following off-target cut events, DNA from such repair
template could be integrated into the genome at an unintended site, potentially disrupting another important gene or
genomic element. We cannot be certain that off-target editing will not occur in any of our clinical studies. There is also the
potential risk of delayed adverse events following exposure to genome editing therapy due to the potential for persistent
biological activity of the genetic material or other components of products used to carry the genetic material.

If any product candidates we develop are associated with serious adverse events, or undesirable side effects, or
have characteristics that are unexpected, we may need to abandon their development or limit development to certain uses
or subpopulations in which the serious adverse events, undesirable side effects or other characteristics are less prevalent,
less severe, or more acceptable from a risk-benefit perspective, any of which would have a material adverse effect on our
business, financial condition, results of operations, and prospects. Many product candidates that initially showed promise
in early stage testing for treating cancer or other diseases have later been found to cause side effects that prevented further
clinical development of the product candidates.

If any of the product candidates we develop or the delivery modes we rely on cause undesirable side effects, it could
delay or prevent their regulatory approval, limit the commercial potential, or result in significant negative consequences

following any potential marketing approval.

Our product candidates that we are testing or may test in clinical trials, including EDIT-101, or that are
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developed may be associated with off-target editing or other serious adverse events, undesirable side effects, or unexpected
characteristics. There also is the potential risk of delayed adverse events following exposure to gene editing therapy due to
persistent biologic activity of the genetic material or other components of products used to carry the genetic material. In
addition to serious adverse events or side effects caused by any product candidate we develop and test, the administration
process or related procedures also can cause undesirable side effects. If any such events occur, our clinical trials could be
suspended or terminated.

If in the future we are unable to demonstrate that such adverse events were caused by factors other than our
product candidate, the FDA, the EMA or other regulatory authorities could order us to cease further development of, or
deny approval of, any product candidates we are able to develop for any or all targeted indications. Even if we are able to
demonstrate that all future serious adverse events are not product-related, such occurrences could affect patient recruitment
or the ability of enrolled patients to complete the trial. Moreover, if we elect, or are required, to delay, suspend or terminate
any clinical trial of any product candidate we develop, the commercial prospects of such product candidates may be
harmed and our ability to generate product revenues from any of these product candidates may be delayed or eliminated.
Any of these occurrences may harm our ability to identify and develop product candidates, and may harm our business,
financial condition, result of operations, and prospects significantly.

Additionally, if we successfully develop a product candidate and it receives marketing approval, the FDA could
require us to adopt a Risk Evaluation and Mitigation Strategy (“REMS”) to ensure that the benefits of treatment with such
product candidate outweighs the risks for each potential patient, which may include, among other things, a medication
guide outlining the risks of the product for distribution to patients, a communication plan to health care practitioners,
extensive patient monitoring, or distribution systems and processes that are highly controlled, restrictive, and more costly
than what is typical for the industry. Furthermore, if we or others later identify undesirable side effects caused by any of
our product candidates, several potentially significant negative consequences could result, including:

e regulatory authorities may suspend or withdraw approvals of such product candidate;
e regulatory authorities may require additional warnings on the label;

® we may be required to change the way a product candidate is administered or conduct additional clinical
trials;

e we could be sued and held liable for harm caused to patients; and
e  our reputation may suffer.

Any of these events could prevent us from achieving or maintaining market acceptance of any product candidates
we may identify and develop and could have a material adverse effect on our business, financial condition, results of
operations, and prospects.

We have not extensively tested any of our proposed delivery modes and product candidates in clinical trials.

Our proposed delivery modes, combined with our product candidates, have a limited history of being evaluated in
human clinical trials. Any of our product candidates may fail to show the desired safety and efficacy in later stages of
clinical development despite having successfully advanced through initial clinical trials.

There is a high failure rate for drugs and biologics proceeding through clinical trials. A number of companies in
the pharmaceutical and biotechnology industries have suffered significant setbacks in later stage clinical trials even after
achieving promising results in earlier stage clinical trials. Data obtained from preclinical and clinical activities are subject
to varying interpretations, which may delay, limit, or prevent regulatory approval. In addition, regulatory delays or
rejections may be encountered as a result of many factors, including changes in regulatory policy during the period of
product development.
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Any such adverse events may cause us to delay, limit, or terminate planned clinical trials, any of which would
have a material adverse effect on our business, financial condition, results of operations, and prospects.

Because we are developing product candidates for the treatment of diseases in which there is little clinical experience
using new technologies, there is increased risk that the FDA, the EMA, or other regulatory authorities may not consider
the endpoints of our clinical trials to provide clinically meaningful results and that these results may be difficult to
analyze.

During the regulatory review process, we will need to identify success criteria and endpoints such that the FDA,
the EMA, or other regulatory authorities will be able to determine the clinical efficacy and safety profile of our product
candidates. As we are seeking to identify and develop product candidates to treat diseases in which there is little clinical
experience using new technologies, there is heightened risk that the FDA, the EMA, or other regulatory authorities may not
consider the clinical trial endpoints that we propose to provide clinically meaningful results (reflecting a tangible benefit to
patients). In addition, the resulting clinical data and results may be difficult to analyze. Even if the FDA does find our
success criteria to be sufficiently validated and clinically meaningful, we may not achieve the pre-specified endpoints to a
degree of statistical significance. This may be a particularly significant risk for many of the genetically defined diseases for
which we plan to develop product candidates because many of these diseases have small patient populations, and designing
and executing a rigorous clinical trial with appropriate statistical power is more difficult than with diseases that have larger
patient populations. Further, even if we do achieve the pre-specified criteria, we may produce results that are unpredictable
or inconsistent with the results of the non-primary endpoints or other relevant data. The FDA also weighs the benefits of a
product against its risks, and the FDA may view the efficacy results in the context of safety as not being supportive of
regulatory approval. Other regulatory authorities in the European Union and other countries, such as the CAT, may make
similar comments with respect to these endpoints and data. Any product candidates we develop will be based on a novel
technology that makes it difficult to predict the time and cost of development and of subsequently obtaining regulatory
approval. No genome editing therapeutic product has been approved in the United States or in Europe.

If clinical trials of any product candidates we may identify and develop fail to demonstrate safety and efficacy to the
satisfaction of regulatory authorities or do not otherwise produce positive results, we may incur additional costs or
experience delays in completing, or ultimately be unable to complete, the development and commercialization of such
product candidates.

Before obtaining marketing approval from regulatory authorities for the sale of any of our product candidates, we
must complete preclinical development and then conduct extensive clinical trials to demonstrate the safety and efficacy in
humans of any such product candidates. Clinical testing is expensive, difficult to design and implement, can take many
years to complete, and is uncertain as to outcome. A failure of one or more clinical trials can occur at any stage of testing.
The outcome of preclinical testing and early clinical trials may not be predictive of the success of later clinical trials, and
interim results of a clinical trial do not necessarily predict final results.

Moreover, preclinical and clinical data are often susceptible to varying interpretations and analyses. Many
companies that have believed their product candidates performed satisfactorily in preclinical studies and clinical trials have
nonetheless failed to obtain marketing approval of their product candidates.

We or our collaborators may experience numerous unforeseen events during, or as a result of, clinical trials that
could delay or prevent our ability to receive marketing approval or commercialize any product candidates we may identify

and develop, including:

e delays related to the transfer of the LCA10 program, including the Phase 1/2 clinical trial for EDIT-101, from
Allergan to us;

e delays in reaching a consensus with regulators on trial design;
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e regulators, institutional review boards (“IRBs”) or independent ethics committees (“IECs”’) may not
authorize us or our investigators to commence a clinical trial or conduct a clinical trial at a prospective trial
site;

e delays in reaching or failing to reach agreement on acceptable clinical trial contracts or clinical trial protocols
with prospective contract research organizations (“CROs”) and clinical trial sites;

e clinical trials of any product candidates we develop may produce negative or inconclusive results, and we
may decide, or regulators may require us, to conduct additional clinical trials or abandon product
development or research programs;

e (difficulty in designing well-controlled clinical trials due to ethical considerations which may render it
inappropriate to conduct a trial with a control arm that can be effectively compared to a treatment arm;

e difficulty in designing clinical trials and selecting endpoints for diseases that have not been well-studied and
for which the natural history and course of the disease is poorly understood;

e the number of patients required for clinical trials of any product candidates we develop may be larger than
we anticipate; enrollment of suitable participants in these clinical trials, which may be particularly
challenging for some of the rare genetically defined diseases we are targeting in our most advanced
programs, may be delayed or slower than we anticipate; or patients may drop out of these clinical trials at a
higher rate than we anticipate;

e  our third-party contractors may fail to comply with regulatory requirements or meet their contractual
obligations to us in a timely manner, or at all;

e regulators, IRBs, or IECs may require that we or our investigators suspend or terminate clinical research or
clinical trials of any product candidates we develop for various reasons, including noncompliance with
regulatory requirements, a finding of undesirable side effects or other unexpected characteristics, or that the
participants are being exposed to unacceptable health risks or after an inspection of our clinical trial
operations or trial sites;

e the cost of clinical trials of any product candidates we develop may be greater than we anticipate;

e the supply or quality of any product candidates we develop or other materials necessary to conduct clinical
trials of any product candidates we develop may be insufficient or inadequate, including as a result of delays
in the testing, validation, manufacturing, and delivery of any product candidates we develop to the clinical
sites by us or by third parties with whom we have contracted to perform certain of those functions;

e delays in having patients complete participation in a trial or return for post-treatment follow-up;

e clinical trial sites dropping out of a trial;

e sclection of clinical endpoints that require prolonged periods of clinical observation or analysis of the
resulting data;

e occurrence of serious adverse events associated with any product candidates we develop that are viewed to
outweigh their potential benefits;

e occurrence of serious adverse events in trials of the same class of agents conducted by other sponsors; and

e changes in regulatory requirements and guidance that require amending or submitting new clinical protocols.
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If we or our collaborators are required to conduct additional clinical trials or other testing of any product
candidates we develop beyond those that we currently contemplate, if we or our collaborators are unable to successfully
complete clinical trials of any product candidates we develop or other testing, or if the results of these trials or tests are not
positive or are only modestly positive or if there are safety concerns, we or our collaborators may:

e Dbe delayed in obtaining marketing approval for any such product candidates we develop or not obtain
marketing approval at all;

e obtain approval for indications or patient populations that are not as broad as intended or desired;

e obtain approval with labeling that includes significant use or distribution restrictions or safety warnings,
including boxed warnings;

® be subject to changes in the way the product is administered;

e Dbe required to perform additional clinical trials to support approval or be subject to additional post-marketing
testing requirements;

e have regulatory authorities withdraw, or suspend, their approval of the product or impose restrictions on its
distribution in the form of a modified risk evaluation and mitigation strategy;

® be sued; or
e cxperience damage to our reputation.

Product development costs will also increase if we or our collaborators experience delays in testing or marketing
approvals. We do not know whether any clinical trials will begin as planned, will need to be restructured, or will be
completed on schedule, or at all. Significant clinical trial delays also could shorten any periods during which we may have
the exclusive right to commercialize any product candidates we develop, could allow our competitors to bring products to
market before we do, and could impair our ability to successfully commercialize any product candidates we develop, any
of which may harm our business, financial condition, results of operations, and prospects.

If we experience delays or difficulties in the enrollment of patients in clinical trials, our receipt of necessary regulatory
approvals could be delayed or prevented.

We or our collaborators may not be able to initiate or continue clinical trials for any of our product candidates if
we are unable to locate and enroll a sufficient number of eligible patients to participate in these trials as required by the
FDA or analogous regulatory authorities outside the United States, or as needed to provide appropriate statistical power for
a given trial. Enrollment may be challenging for the rare genetically defined diseases we are targeting. In addition, if
patients are unwilling to participate in our genome editing trials because of negative publicity from adverse events related
to the biotechnology, gene therapy, or genome editing fields, competitive clinical trials for similar patient populations,
clinical trials in competing products, or for other reasons, the timeline for recruiting patients, conducting studies, and
obtaining regulatory approval of any product candidates we develop may be delayed. Moreover, some of our competitors
may have ongoing clinical trials for product candidates that would treat the same indications as any product candidates we
develop, and patients who would otherwise be eligible for our clinical trials may instead enroll in clinical trials of our
competitors’ product candidates. For example, ProQR Therapeutics N.V. has already enrolled LCA10 patients in its clinical
trial, which may limit the number of potential patients available to enroll in the ongoing Phase 1/2 clinical trial for EDIT-
101.

Patient enrollment is also affected by other factors, including:

e severity of the disease under investigation;
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e size of the patient population and process for identifying patients;

e  design of the trial protocol;

e availability and efficacy of approved medications for the disease under investigation;

e availability of genetic testing for potential patients;

e ability to obtain and maintain patient informed consent;

e risk that enrolled patients will drop out before completion of the trial;

e cligibility and exclusion criteria for the trial in question;

e perceived risks and benefits of the product candidate under trial;

e perceived risks and benefits of genome editing as a therapeutic approach;

e cfforts to facilitate timely enrollment in clinical trials;

e patient referral practices of physicians;

e  ability to monitor patients adequately during and after treatment;

e the ongoing coronavirus disease of 2019 (“COVID-19”) pandemic; and

e proximity and availability of clinical trial sites for prospective patients.

In particular, EDIT-101 for the treatment of LCA10 has a limited patient pool from which to draw for enrollment
in a clinical trial, as the global incidence of LCA10 is estimated to be two to three per 100,000 live births worldwide. The
eligibility criteria of our clinical trials will further limit the pool of available trial participants. Additionally, the process of
finding and diagnosing patients may prove costly. We have recently experienced slowed enrollment in the EDIT-101
clinical trial resulting from the impact of the COVID-19 pandemic, including international travel restrictions imposed in
response to the pandemic. The ultimate impact of the COVID-19 pandemic on enrollment of the EDIT-101 trial,
particularly in light of the pandemic’s current resurgence, is highly uncertain and we do not yet know the full extent of

potential delays or impacts on the EDIT-101 clinical trial.

Our ability to successfully initiate, enroll, and complete a clinical trial in any foreign country is subject to
numerous risks unique to conducting business in foreign countries, including:

e difficulty in establishing or managing relationships with CROs and physicians;
e different standards for the conduct of clinical trials;

e different standard-of-care for patients with a particular disease;

e inability to locate qualified local consultants, physicians, and partners; and

e potential burden of complying with a variety of foreign laws, medical standards, and regulatory
requirements, including the regulation of pharmaceutical and biotechnology products and treatment.

Enrollment delays in our clinical trials may result in increased development costs for any of our product
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candidates, which would cause the value of our company to decline and limit our ability to obtain additional financing. If
we or our collaborators have difficulty enrolling a sufficient number of patients to conduct our clinical trials as planned, we
may need to delay, limit, or terminate ongoing or planned clinical trials, any of which would have an adverse effect on our
business, financial condition, results of operations, and prospects.

We may expend our limited resources to pursue a particular product candidate or indication and fail to capitalize on
product candidates or indications that may be more profitable or for which there is a greater likelihood of success.

Because we have limited financial and managerial resources, we focus on research programs and our product
candidates for specific indications among many potential options. As a result, we may forego or delay pursuit of
opportunities with other product candidates or for other indications that later prove to have greater commercial potential.
Our resource allocation decisions may cause us to fail to capitalize on viable commercial medicines or profitable market
opportunities. Our spending on current and future research and development programs and product candidates for specific
indications may not yield any commercially viable medicines. If we do not accurately evaluate the commercial potential or
target market for a particular product candidate, we may relinquish valuable rights to that product candidate through
collaboration, licensing, or other royalty arrangements in cases in which it would have been more advantageous for us to
retain sole development and commercialization rights to such product candidate. Any such event could have a material
adverse effect on our business, financial condition, results of operations, and prospects.

If we are unable to successfully identify patients who are likely to benefit from therapy with any medicines we develop,
or experience significant delays in doing so, we may not realize the full commercial potential of any medicines we may
develop.

Our success may depend, in part, on our ability to identify patients who are likely to benefit from therapy with any
of our medicines, which may require those potential patients to have their DNA analyzed for the presence or absence of a
particular sequence. For example, although LCA can be diagnosed based on a patient’s symptoms and retinal scans, DNA
samples are taken from LCA patients in order to test for the presence of the known gene mutations that cause LCA and,
where possible, to identify the specific genetically defined disease, such as LCA10. If we, or any third parties that we
engage to assist us, are unable to successfully identify such patients, or experience delays in doing so, then:

e our ability to develop any product candidates may be adversely affected if we are unable to appropriately
select patients for enrollment in our clinical trials;

e any product candidates we develop may not receive marketing approval if safe and effective use of such
product candidates depends on an in vitro diagnostic; and

e we may not realize the full commercial potential of any product candidates we develop that receive
marketing approval if, among other reasons, we are unable to appropriately select patients who are likely to
benefit from therapy with our medicines.

As a result, we may be unable to successfully develop and realize the commercial potential of any product
candidates we may identify and develop, and our business, financial condition, results of operations, and prospects would
be materially adversely affected.

Even if we complete the necessary clinical trials, we cannot predict when, or if, we will obtain regulatory approval to
commercialize a product candidate we develop, and any such approval may be for a more narrow indication than we
seek.

We cannot commercialize a product candidate until the appropriate regulatory authorities have reviewed and
approved the product candidate. Even if any product candidates we develop meet their safety and efficacy endpoints in
clinical trials, the regulatory authorities may not complete their review processes in a timely manner, or we may not be able
to obtain regulatory approval. Additional delays may result if an FDA Advisory Committee or other regulatory authority
recommends non-approval or restrictions on approval. In addition, we may experience delays or rejections based upon
additional government regulation from future legislation or administrative action, or changes in regulatory
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authority policy during the period of product development, clinical trials, and the review process.

Regulatory authorities also may approve a product candidate for more limited indications than requested or they
may impose significant limitations in the form of narrow indications, warnings or a REMS. These regulatory authorities
may require precautions or contra-indications with respect to conditions of use, or they may grant approval subject to the
performance of costly post-marketing clinical trials. In addition, regulatory authorities may not approve the labeling claims
that are necessary or desirable for the successful commercialization of any product candidates we develop. Any of the
foregoing scenarios could materially harm the commercial prospects for any product candidates we develop and materially
adversely affect our business, financial condition, results of operations, and prospects.

Even if any product candidates we develop receive marketing approval, they may fail to achieve the degree of market
acceptance by physicians, patients, healthcare payors, and others in the medical community necessary for commercial
success.

The commercial success of any of our product candidates will depend upon its degree of market acceptance by
physicians, patients, third-party payors, and others in the medical community. Ethical, social, and legal concerns about
genomic medicines generally and genome editing technologies specifically could result in additional regulations restricting
or prohibiting our products. Even if any product candidate we develop receives marketing approval, it may nonetheless fail
to gain sufficient market acceptance by physicians, patients, healthcare payors, and others in the medical community. The
degree of market acceptance of any of our product candidates, if approved for commercial sale, will depend on a number of
factors, including:

e the efficacy and safety of such product candidates as demonstrated in clinical trials;

e the potential and perceived advantages compared to alternative treatments;

e the limitation to our targeted patient population and limitations or warnings contained in approved labeling
by the FDA or other regulatory authorities;

e the ability to offer our medicines for sale at competitive prices;
e convenience and ease of administration compared to alternative treatments;

e the clinical indications for which the product candidate is approved by the FDA, the European Commission,
or other regulatory agencies;

e public attitudes regarding genomic medicine generally and genome editing technologies specifically;
o the willingness of the target patient population to try new therapies and of physicians to prescribe these
therapies, as well as their willingness to accept a therapeutic intervention that involves the editing of the

patient’s genome;

e product labeling or product insert requirements of the FDA, the EMA, or other regulatory authorities,
including any limitations or warnings contained in a product’s approved labeling;

e relative convenience and ease of administration;
e the timing of market introduction of competitive products;
e publicity concerning our products or competing products and treatments;

e the strength of marketing and distribution support;
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e sufficient third-party coverage or reimbursement; and
e the prevalence and severity of any side effects.

If any of our product candidates do not achieve an adequate level of acceptance, we may not generate significant
product revenues, and we may not become profitable.

If, in the future, we are unable to establish sales and marketing capabilities or enter into agreements with third parties
to sell and market any of our product candidates, we may not be successful in commercializing those product candidates
if and when they are approved.

We do not have a sales or marketing infrastructure and have no experience in the sale, marketing, or distribution
of pharmaceutical products. To achieve commercial success for any approved medicine for which we retain sales and
marketing responsibilities, we must either develop a sales and marketing organization or outsource these functions to third
parties. In the future, we may choose to build a focused sales, marketing, and commercial support infrastructure to sell, or
participate in sales activities with our collaborators for, some of our product candidates if and when they are approved.

There are risks involved with both establishing our own commercial capabilities and entering into arrangements
with third parties to perform these services. For example, recruiting and training a sales force or reimbursement specialists
is expensive and time consuming and could delay any product launch. If the commercial launch of a product candidate for
which we recruit a sales force and establish marketing and other commercialization capabilities is delayed or does not
occur for any reason, we would have prematurely or unnecessarily incurred these commercialization expenses. This may be
costly, and our investment would be lost if we cannot retain or reposition our commercialization personnel.

Factors that may inhibit our efforts to commercialize our medicines on our own include:

e our inability to recruit and retain adequate numbers of effective sales, marketing, reimbursement, customer
service, medical affairs, and other support personnel;

e the inability of sales personnel to obtain access to physicians or persuade adequate numbers of physicians to
prescribe any future medicines;

e the inability of reimbursement professionals to negotiate arrangements for formulary access, reimbursement,
and other acceptance by payors;

e restricted or closed distribution channels that make it difficult to distribute our products to segments of the
patient population;

e the lack of complementary medicines to be offered by sales personnel, which may put us at a competitive
disadvantage relative to companies with more extensive product lines; and

e unforeseen costs and expenses associated with creating an independent commercialization organization.

If we enter into arrangements with third parties to perform sales, marketing, commercial support, and distribution
services, our product revenues or the profitability of these product revenues to us may be lower than if we were to market
and sell any medicines we may develop ourselves. In addition, we may not be successful in entering into arrangements
with third parties to commercialize our product candidates or may be unable to do so on terms that are favorable to us. We
may have little control over such third parties, and any of them may fail to devote the necessary resources and attention to
sell and market our medicines effectively. If we do not establish commercialization capabilities successfully, either on our
own or in collaboration with third parties, we will not be successful in commercializing our product candidates.
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We face significant competition in an environment of rapid technological change, and there is a possibility that our
competitors may achieve regulatory approval before us or develop therapies that are safer or more advanced or effective
than ours, which may harm our financial condition and our ability to successfully market or commercialize any of our
product candidates.

The development and commercialization of new drug products is highly competitive. Moreover, the
biotechnology and pharmaceutical industries, including in the gene therapy, genome editing and cell therapy fields, are
characterized by rapidly advancing technologies, intense competition, and a strong emphasis on intellectual property and
proprietary products. We will face competition with respect to any of our product candidates now and in the future from
major pharmaceutical companies, specialty pharmaceutical companies, and biotechnology companies worldwide. Potential
competitors also include academic institutions, government agencies, and other public and private research organizations
that conduct research, seek patent protection, and establish collaborative arrangements for research, development,
manufacturing, and commercialization.

There are a number of large pharmaceutical and biotechnology companies that currently market and sell products
or are pursuing the development of products for the treatment of the disease indications for which we have research
programs. Some of these competitive products and therapies are based on scientific approaches that are the same as or
similar to our approach, and others are based on entirely different approaches.

Our platform and product focus is the development of therapies using CRISPR technology. Other companies
developing CRISPR technology or therapies using CRISPR technology include Arbor Biotechnologies, Caribou
Biosciences, CRISPR Therapeutics, ERS Genomics, Intellia Therapeutics, Locus Biosciences, ToolGen Inc. (“ToolGen™),
TRACR Hematology and Vertex Pharmaceuticals. In addition, there have been and may continue to be discoveries of new
CRISPR-based gene editing technologies. There are additional companies developing therapies using other genome editing
technologies, including base editing, prime editing, transcription activator-like effector nucleases, meganucleases, Mega-
TALs, and zinc finger nucleases. These companies include Beam Therapeutics, Prime Medicine, bluebird bio, Cellectis,
Poseida Therapeutics, Precision Biosciences and Sangamo Therapeutics. Additional companies developing gene therapy
products include Abeona Therapeutics, Adverum Biotechnologies, AGTC Therapeutics, Audentes Therapeutics,
Homology Medicines, REGENXBIO, Sarepta Therapeutics, Solid Biosciences, Spark Therapeutics, uniQure and Voyager
Therapeutics. In addition to competition from other genome editing therapies, gene therapies or cell medicine therapies,
any products that we may develop may also face competition from other types of therapies, such as small molecule,
antibody, protein, oligonucleotide, or ribonucleic acid therapies. For example, ProQR Therapeutics N.V. is conducting a
clinical trial for its experimental treatment using antisense oligonucleotide technology for LCA10.

Many of our current or potential competitors, either alone or with their collaboration partners, may have
significantly greater financial resources and expertise in research and development, manufacturing, preclinical testing,
conducting clinical trials, obtaining regulatory approvals, and marketing approved products than we do. Mergers and
acquisitions in the pharmaceutical, biotechnology, and gene therapy industries may result in even more resources being
concentrated among a smaller number of our competitors. Smaller or early-stage companies may also prove to be
significant competitors, particularly through collaborative arrangements with large and established companies. These
competitors also compete with us in recruiting and retaining qualified scientific and management personnel and
establishing clinical trial sites and patient registration for clinical trials, as well as in acquiring technologies complementary
to, or necessary for, our programs. Our commercial opportunity could be reduced or eliminated if our competitors develop
and commercialize products that are safer, more effective, have fewer or less severe side effects, are more convenient, or
are less expensive than any products that we may develop or that would render any products that we may develop obsolete
or non-competitive. Our competitors also may obtain FDA or other regulatory approval for their products more rapidly
than we may obtain approval for ours, which could result in our competitors establishing a strong market position before
we are able to enter the market. Additionally, technologies developed by our competitors may render our potential product
candidates uneconomical or obsolete, and we may not be successful in marketing any product candidates we develop
against competitors.

In addition, as a result of the expiration or successful challenge of our patent rights, we could face more litigation
with respect to the validity and/or scope of patents relating to our competitors’ products. The availability of our
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competitors’ products could limit the demand, and the price we are able to charge, for any products that we may develop
and commercialize.

Even if we are able to commercialize any product candidates, such products may become subject to unfavorable pricing
regulations, third-party reimbursement practices, or healthcare reform initiatives, which would harm our business.

The regulations that govern marketing approvals, pricing, and reimbursement for new medicines vary widely from
country to country. In the United States, recently enacted legislation may significantly change the approval requirements in
ways that could involve additional costs and cause delays in obtaining approvals. Some countries require approval of the
sale price of a medicine before it can be marketed. In many countries, the pricing review period begins after marketing or
product licensing approval is granted. In some foreign markets, prescription pharmaceutical pricing remains subject to
continuing governmental control even after initial approval is granted. As a result, we might obtain marketing approval for
a medicine in a particular country, but then be subject to price regulations that delay our commercial launch of the
medicine, possibly for lengthy time periods, and negatively impact the revenues we are able to generate from the sale of the
medicine in that country. Adverse pricing limitations may hinder our ability to recoup our investment in one or more
product candidates, even if any of our product candidates obtain marketing approval.

Our ability to commercialize any medicines successfully also will depend in part on the extent to which
reimbursement for these medicines and related treatments will be available from government health administration
authorities, private health insurers, and other organizations. Government authorities and third-party payors, such as private
health insurers and health maintenance organizations, decide which medications they will pay for and establish
reimbursement levels. A primary trend in the U.S. healthcare industry and elsewhere is cost containment. Government
authorities and third-party payors have attempted to control costs by limiting coverage and the amount of reimbursement
for particular medications. Increasingly, third-party payors are requiring that drug companies provide them with
predetermined discounts from list prices and are challenging the prices charged for medical products. We cannot be sure
that reimbursement will be available for any medicine that we commercialize and, if reimbursement is available, the level
of reimbursement. Reimbursement may impact the demand for, or the price of, any product candidate for which we obtain
marketing approval. If reimbursement is not available or is available only to limited levels, we may not be able to
successfully commercialize any product candidate for which we obtain marketing approval.

There may be significant delays in obtaining reimbursement for newly approved medicines, and coverage may be
more limited than the purposes for which the medicine is approved by the FDA or similar regulatory authorities outside the
United States. Moreover, eligibility for reimbursement does not imply that any medicine will be paid for in all cases or at a
rate that covers our costs, including research, development, manufacture, sale, and distribution. Interim reimbursement
levels for new medicines, if applicable, may also not be sufficient to cover our costs and may not be made permanent.
Reimbursement rates may vary according to the use of the medicine and the clinical setting in which it is used, may be
based on reimbursement levels already set for lower cost medicines and may be incorporated into existing payments for
other services. Net prices for medicines may be reduced by mandatory discounts or rebates required by government
healthcare programs or private payors and by any future relaxation of laws that presently restrict imports of medicines from
countries where they may be sold at lower prices than in the United States. Third-party payors often rely upon Medicare
coverage policy and payment limitations in setting their own reimbursement policies. Our inability to promptly obtain
coverage and profitable payment rates from both government-funded and private payors for any approved medicines we
may develop could have a material adverse effect on our operating results, our ability to raise capital needed to
commercialize medicines, and our overall financial condition.

Due to the novel nature of our technology and the potential for some of our product candidates to offer therapeutic
benefit in a single administration or limited number of administrations, we face uncertainty related to pricing and
reimbursement for these product candidates.

Our initial target patient populations for some of our programs are relatively small, as a result of which the pricing
and reimbursement of any of our product candidates, if approved, must be adequate to support the necessary commercial
infrastructure. If we are unable to obtain adequate levels of reimbursement, our ability to successfully market and sell any
such product candidates will be adversely affected. The manner and level at which reimbursement is
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provided for services related to any of our product candidates, e.g., for administration of our product to patients, is also
important. Inadequate reimbursement for such services may lead to physician resistance and adversely affect our ability to
market or sell our products. In addition, it may be necessary for us to develop new reimbursement models in order to
realize adequate value. Payors may not be able or willing to adopt such new models, and patients may be unable to afford
that portion of the cost that such models may require them to bear. If we determine such new models are necessary but we
are unsuccessful in developing them, or if such models are not adopted by payors, our business, financial condition, results
of operations, and prospects could be adversely affected.

We expect the cost of a single administration of genomic medicine products, such as those we are seeking to
develop, to be substantial, when and if they achieve regulatory approval. We expect that coverage and reimbursement by
government and private payors will be essential for most patients to be able to afford these treatments. Accordingly, sales
of any such product candidates will depend substantially, both domestically and abroad, on the extent to which the costs of
any product candidates we develop will be paid by health maintenance, managed care, pharmacy benefit, and similar
healthcare management organizations, or will be reimbursed by government authorities, private health coverage insurers,
and other third-party payors. Coverage and reimbursement by a third-party payor may depend upon several factors,
including the third-party payor’s determination that use of a product is:

e acovered benefit under its health plan;
e safe, effective, and medically necessary;
e appropriate for the specific patient;

o cost-effective; and

e neither experimental nor investigational.

Obtaining coverage and reimbursement for a product from third-party payors is a time-consuming and costly
process that could require us to provide to the payor supporting scientific, clinical, and cost-effectiveness data. There is
significant uncertainty related to third-party coverage and reimbursement of newly approved products. We may not be able
to provide data sufficient to gain acceptance with respect to coverage and reimbursement. If coverage and reimbursement
are not available, or are available only at limited levels, we may not be able to successfully commercialize any of our
product candidates. Even if coverage is provided, the approved reimbursement amount may not be adequate to realize a
sufficient return on our investment.

Moreover, the downward pressure on healthcare costs in general, particularly prescription drugs and surgical
procedures and other treatments, has become intense. As a result, increasingly high barriers are being erected to the entry
of new products such as ours. If we are unable to obtain adequate levels of reimbursement, our ability to successfully
market and sell any product candidates we develop will be harmed.

If the market opportunities for any of our product candidates are smaller than we believe they are, our revenues may be
adversely affected, and our business may suffer. Because the target patient populations for some of the product
candidates we develop are small, we must be able to successfully identify patients and achieve a significant market share
to maintain profitability and growth.

Some of our most advanced programs, including EDIT-101, focus on treatments for rare genetically defined
diseases. Our projections of both the number of people who have these diseases, as well as the subset of people with these
diseases who have the potential to benefit from treatment with our product candidates, are based on estimates. These
estimates may prove to be incorrect and new studies may change the estimated incidence or prevalence of these diseases.
The number of patients in the United States, Europe, and elsewhere may turn out to be lower than expected, and patients
may not be amenable to treatment with our products, or may become increasingly difficult to identify or gain access to, all
of which would adversely affect our business, financial condition, results of operations, and prospects.
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Product liability lawsuits against us could cause us to incur substantial liabilities and could limit commercialization of
any medicines that we may develop.

We face an inherent risk of product liability exposure related to the testing in human clinical trials of any of our
product candidates and will face an even greater risk if we commercially sell any medicines that we may develop. If we
cannot successfully defend ourselves against claims that our product candidates or medicines caused injuries, we could
incur substantial liabilities. Regardless of merit or eventual outcome, liability claims may result in:

o decreased demand for any product candidates or medicines that we may develop;

e injury to our reputation and significant negative media attention;

e withdrawal of clinical trial participants;

e significant time and costs to defend the related litigation;

e substantial monetary awards to trial participants or patients;

o loss of revenue; and

the inability to commercialize any medicines that we may develop.

Although we maintain product liability insurance coverage, it may not be adequate to cover all liabilities that we
may incur. We anticipate that we will need to increase our insurance coverage if we successfully commercialize any
medicine. Insurance coverage is increasingly expensive. We may not be able to maintain insurance coverage at a
reasonable cost or in an amount adequate to satisfy any liability that may arise.

If we or any contract manufacturers and suppliers we engage fail to comply with environmental, health, and safety laws
and regulations, we could become subject to fines or penalties or incur costs that could have a material adverse effect
on the success of our business.

We and any contract manufacturers and suppliers we engage are subject to numerous federal, state, and local
environmental, health, and safety laws, regulations, and permitting requirements, including those governing laboratory
procedures; the generation, handling, use, storage, treatment, and disposal of hazardous and regulated materials and wastes;
the emission and discharge of hazardous materials into the ground, air, and water; and employee health and safety. Our
operations involve the use of hazardous and flammable materials, including chemicals and biological and radioactive
materials. Our operations also produce hazardous waste. We generally contract with third parties for the disposal of these
materials and wastes. We cannot eliminate the risk of contamination or injury from these materials. In the event of
contamination or injury resulting from our use of hazardous materials, we could be held liable for any resulting damages,
and any liability could exceed our resources. Under certain environmental laws, we could be held responsible for costs
relating to any contamination at our current or past facilities and at third-party facilities. We also could incur significant
costs associated with civil or criminal fines and penalties.

Compliance with applicable environmental laws and regulations may be expensive, and current or future
environmental laws and regulations may impair our research and product development efforts. In addition, we cannot
entirely eliminate the risk of accidental injury or contamination from these materials or wastes. Although we maintain
workers’ compensation insurance to cover us for costs and expenses we may incur due to injuries to our employees
resulting from the use of hazardous materials, this insurance may not provide adequate coverage against potential
liabilities. We do not carry specific biological or hazardous waste insurance coverage, and our commercial general liability
and umbrella liability policies (under which we currently have an aggregate of $12.0 million in coverage) specifically
exclude coverage for damages and fines arising from biological or hazardous waste exposure or contamination.
Accordingly, in the event of contamination or injury, we could be held liable for damages or be penalized with fines in an
amount exceeding our resources, and our clinical trials or regulatory approvals could be suspended,
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which could have a material adverse effect on our business, financial condition, results of operations, and prospects.

In addition, we may incur substantial costs in order to comply with current or future environmental, health, and
safety laws, regulations, and permitting requirements. These current or future laws, regulations, and permitting
requirements may impair our research, development, or production efforts. Failure to comply with these laws, regulations,
and permitting requirements also may result in substantial fines, penalties, or other sanctions or business disruption, which
could have a material adverse effect on our business, financial condition, results of operations, and prospects.

Any third-party contract manufacturers and suppliers we engage will also be subject to these and other
environmental, health, and safety laws and regulations. Liabilities they incur pursuant to these laws and regulations could
result in significant costs or an interruption in operations, which could have a material adverse effect on our business,
financial condition, results of operations, and prospects.

Genomic medicines are novel, and our product candidates may be complex and difficult to manufacture. We could
experience production problems that result in delays in our development or commercialization programs, limit the
supply of our products, or otherwise harm our business.

Our product candidates will likely require processing steps that are more complex than those required for most
chemical pharmaceuticals. Moreover, unlike chemical pharmaceuticals, the physical and chemical properties of a biologic
such as our product candidates generally cannot be fully characterized. As a result, assays of the finished product may not
be sufficient to ensure that the product will perform in the intended manner. Problems with the manufacturing process,
even minor deviations from the normal process, could result in product defects or manufacturing failures that result in lot
failures, product recalls, product liability claims, or insufficient inventory. If we successfully develop product candidates,
we may encounter problems achieving adequate quantities and quality of clinical-grade materials that meet FDA, EMA or
other comparable applicable foreign standards or specifications with consistent and acceptable production yields and costs.

In addition, the FDA, the EMA, and other regulatory authorities may require us to submit samples of any lot of
any approved product together with the protocols showing the results of applicable tests at any time. Under some
circumstances, the FDA, the EMA, or other regulatory authorities may require that we not distribute a lot until the agency
authorizes its release. Slight deviations in the manufacturing process, including those affecting quality attributes and
stability, may result in unacceptable changes in the product that could result in lot failures or product recalls. Lot failures or
product recalls could cause us to delay clinical trials, including the ongoing Phase 1/2 clinical trial for EDIT-101, or
product launches, which could be costly to us and otherwise harm our business, financial condition, results of operations,
and prospects.

We also may encounter problems hiring and retaining the experienced scientific, quality control, and
manufacturing personnel needed to manage our manufacturing process, which could result in delays in our production or
difficulties in maintaining compliance with applicable regulatory requirements.

Given the nature of biologics manufacturing, there is a risk of contamination during manufacturing. Any
contamination could materially harm our ability to produce product candidates on schedule and could harm our results of
operations and cause reputational damage. Some of the raw materials that we anticipate will be required in our
manufacturing process are derived from biologic sources. Such raw materials are difficult to procure and may be subject to
contamination or recall. A material shortage, contamination, recall, or restriction on the use of biologically derived
substances in the manufacture of any product candidates we develop could adversely impact or disrupt the commercial
manufacturing or the production of clinical material, which could materially harm our development timelines and our
business, financial condition, results of operations, and prospects.

Any problems in our manufacturing process or the facilities with which we contract could make us a less
attractive collaborator for potential partners, including larger pharmaceutical companies and academic research institutions,
which could limit our access to additional attractive development programs. Problems in third-party manufacturing process
or facilities also could restrict our ability to ensure sufficient clinical material for any clinical

55




Table of Contents

trials we may be conducting or are planning to conduct and meet market demand for any products we commercialize.
Risks Related to Our Dependence on Third Parties

We expect to depend on collaborations with third parties for the research, development, and commercialization of
certain of the product candidates we develop or for development of certain of our research programs. If any such
collaborations are not successful, we may not be able to capitalize on the market potential of those product candidates
or research programs.

We anticipate seeking third-party collaborators for the research, development, and commercialization of certain of
the product candidates we develop or for development of certain of our research programs. Our likely collaborators include
large and mid-size pharmaceutical companies, regional and national pharmaceutical companies, and biotechnology
companies. If we enter into any such arrangements with any third parties, we will likely have limited control over the
amount and timing of resources that our collaborators dedicate to the development or commercialization of any product
candidates we may seek to develop with them and, if applicable, whether they exercise any additional options to
commercialize a product. Our ability to generate revenues from these arrangements will depend on our collaborators’
abilities to successfully perform the functions assigned to them in these arrangements. We cannot predict the success of any
collaboration that we enter into.

Collaborations involving our research programs or any of our product candidates and alliance arrangements we
may enter into under which our research programs or product candidates may be involved pose the following risks to us:

o C(Collaborators may have significant discretion in determining the efforts and resources that they will apply to
these collaborations.

o (Collaborators may not pursue development and commercialization of any product candidates we develop or
may elect not to continue or renew development or commercialization programs based on clinical trial
results, changes in the collaborator’s strategic focus or available funding or external factors such as an
acquisition that diverts resources or creates competing priorities.

e Collaborators may delay clinical trials, provide insufficient funding for a clinical trial program, stop a clinical
trial or abandon a product candidate, repeat or conduct new clinical trials, or require a new formulation of a
product candidate for clinical testing.

e  Collaborators could independently develop, or develop with third parties, products that compete directly or
indirectly with our medicines or product candidates if the collaborators believe that competitive products are
more likely to be successfully developed or can be commercialized under terms that are more economically
attractive than ours.

o Collaborators with marketing and distribution rights to one or more medicines may not commit sufficient
resources to the marketing and distribution of such medicine or medicines.

e Collaborators may not properly obtain, maintain, enforce, or defend our intellectual property or proprietary
rights or may use our proprietary information in such a way as to invite litigation that could jeopardize or
invalidate our proprietary information or expose us to potential litigation.

e Disputes may arise between the collaborators and us that result in the delay or termination of the research,
development, or commercialization of our medicines or product candidates or that result in costly litigation
or arbitration that diverts management attention and resources.

e  We may lose certain valuable rights under circumstances identified in our collaborations, including if we

undergo a change of control.
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e (Collaborations may be terminated and, if terminated, may result in a need for additional capital to pursue
further development or commercialization of the applicable product candidates.

e (Collaboration agreements may not lead to development or commercialization of product candidates in the
most efficient manner or at all. If a present or future collaborator of ours were to be involved in a business
combination, the continued pursuit and emphasis on our product development or commercialization program
under such collaboration could be delayed, diminished, or terminated.

For example, in March 2017, we entered into a strategic alliance with Allergan focused on discovering,
developing, and commercializing new gene editing medicines for a range of ocular disorders, which collaboration was
terminated in August 2020. As a result of the termination of the collaboration and the related co-development and
commercialization agreement, we are now obligated to fund all of the costs related to developing and commercializing the
LCA10 program in the United States, including the costs of the clinical development of EDIT-101, which will increase our
expenses significantly.

If our collaborations do not result in the successful development and commercialization of products, or if one of
our collaborators terminates its agreement with us, we may not receive any milestone or royalty payments under such
collaborations. If we do not receive the funding we expect under these agreements, our development of product candidates
could be delayed, and we may need additional resources to develop product candidates. In addition, if one of our
collaborators terminates its agreement with us, we may find it more difficult to find a suitable replacement collaborator or
attract new collaborators, and our development programs may be delayed or the perception of us in the business and
financial communities could be adversely affected. All of the risks relating to product development, regulatory approval,
and commercialization described in this Quarterly Report on Form 10-Q apply to the activities of our collaborators.

We may in the future decide to collaborate with pharmaceutical and biotechnology companies for the development
and potential commercialization of any of our product candidates. These relationships, or those like them, may require us
to incur non-recurring and other charges, increase our near- and long-term expenditures, issue securities that dilute our
existing stockholders, or disrupt our management and business. In addition, we could face significant competition in
seeking appropriate collaborators, and the negotiation process is time-consuming and complex. Our ability to reach a
definitive collaboration agreement will depend, among other things, upon our assessment of the collaborator’s resources
and expertise, the terms and conditions of the proposed collaboration, and the proposed collaborator’s evaluation of several
factors. If we license rights to any of our product candidates, we may not be able to realize the benefit of such transactions
if we are unable to successfully integrate them with our existing operations and company culture.

If we are not able to establish collaborations on commercially reasonable terms, we may have to alter our development
and commercialization plans.

Our product development and research programs and the potential commercialization of any of our product
candidates will require substantial additional cash to fund expenses. For some of our product candidates and research
programs, we may decide to collaborate with other pharmaceutical and biotechnology companies for the development and
potential commercialization of those product candidates or programs.

We face significant competition in seeking appropriate collaborators. Whether we reach a definitive agreement for
a collaboration will depend, among other things, upon our assessment of the collaborator’s resources and expertise, the
terms and conditions of the proposed collaboration, and the proposed collaborator’s evaluation of a number of factors.
Those factors may include the design or results of clinical trials, the likelihood of approval by the FDA or similar
regulatory authorities outside the United States, the potential market for the subject product candidate, the costs and
complexities of manufacturing and delivering such product candidate to patients, the potential of competing products, the
existence of uncertainty with respect to our ownership of technology, which can exist if there is a challenge to such
ownership without regard to the merits of the challenge, and industry and market conditions generally. The collaborator
may also consider alternative product candidates or technologies for similar indications that may be available to collaborate
on and whether such a collaboration could be more attractive than the one with us.
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We may also be restricted under existing collaboration agreements from entering into future agreements on certain
terms with potential collaborators or allies. For example, under our amended and restated collaboration with Juno
Therapeutics, we may not use directly or indirectly, or license others to use, genome editing technology in connection with
any research, development, manufacture, commercialization or other exploration of certain T cells, subject to certain
exceptions, as more fully described in “Part —Business—Our Collaborations and Licensing Strategy” of our Annual
Report on Form 10-K for the year ended December 31, 2019, which was filed with the SEC on February 26, 2020 (the
“Annual Report”). Collaborations are also complex and time-consuming to negotiate and document. In addition, there have
been a significant number of recent business combinations among large pharmaceutical companies, including the
impending acquisition of Asklepios BioPharmaceutical, Inc. by Bayer AG, the acquisition of Allergan by AbbVie Inc. in
May 2020, and the acquisition of Juno Therapeutics’ parent entity, Celgene Corporation by Bristol-Myers Squibb
Company, that have resulted in a reduced number of potential future collaborators.

We may not be able to negotiate collaborations on a timely basis, on acceptable terms, or at all. If we are unable to
do so, we may have to curtail the development of the product candidate for which we are seeking to collaborate, reduce or
delay its development program or one or more of our other development programs, delay its potential commercialization or
reduce the scope of any sales or marketing activities, or increase our expenditures and undertake development or
commercialization activities at our own expense. If we elect to increase our expenditures to fund development or
commercialization activities on our own, we may need to obtain additional capital, which may not be available to us on
acceptable terms or at all. If we do not have sufficient funds, we may not be able to further develop product candidates or
bring them to market and generate product revenue.

We expect to rely on third parties to conduct our clinical trials and some aspects of our research and preclinical testing,
and those third parties may not perform satisfactorily, including failing to meet deadlines for the completion of such
trials, research, or testing.

We currently rely and expect to continue to rely on third parties, such as CROs, clinical data management
organizations, medical institutions, and clinical investigators, to conduct our clinical trials. We currently rely and expect to
continue to rely on third parties to conduct some aspects of our research and preclinical testing. Any of these third parties
may terminate their engagements with us at any time. If we need to enter into alternative arrangements, it would delay our
product development activities. Additionally, the activities performed by these third parties may be delayed or suspended in
light of the ongoing COVID-19 pandemic, which may impact our ability to successfully develop and test our product
candidates and research programs in a timely manner.

Our reliance on these third parties for research and development activities will reduce our control over these
activities but will not relieve us of our responsibilities. For example, we will remain responsible for ensuring that each of
our clinical trials is conducted in accordance with the general investigational plan and protocols for the trial. Moreover, the
FDA requires us to comply with standards, commonly referred to as Good Clinical Practices, for conducting, recording,
and reporting the results of clinical trials to assure that data and reported results are credible and accurate and that the
rights, integrity, and confidentiality of trial participants are protected. We also are required to register ongoing clinical trials
and post the results of completed clinical trials on a government-sponsored database, ClinicalTrials.gov, within certain
timeframes. Failure to do so can result in fines, adverse publicity, and civil and criminal sanctions.

Furthermore, these third parties may also have relationships with other entities, some of which may be our
competitors. If these third parties do not successfully carry out their contractual duties, meet expected deadlines, or conduct
our clinical trials in accordance with regulatory requirements or our stated protocols, we will not be able to obtain, or may
be delayed in obtaining, marketing approvals for any product candidates we develop and will not be able to, or may be
delayed in our efforts to, successfully commercialize our medicines.

We also expect to rely on other third parties to store and distribute drug supplies for our clinical trials. Any
performance failure on the part of our distributors could delay clinical development or marketing approval of any product
candidates we develop or commercialization of our medicines, producing additional losses and depriving us of potential
product revenue.

58




Table of Contents

We contract with third parties for the manufacture of materials for our research programs, preclinical studies and
clinical trials and expect to continue to do so and for commercialization of any product candidates that we develop. This
reliance on third parties increases the risk that we will not have sufficient quantities of such materials, product
candidates, or any medicines that we may develop and commercialize, or that such supply will not be available to us at
an acceptable cost, which could delay, prevent, or impair our development or commercialization efforts.

We have a limited ability to manufacture materials for our research programs and preclinical studies and we do not
operate any significant manufacturing facilities. We primarily rely on third-party contract manufacturing organizations
(“CMOs”) for the manufacture of our materials for preclinical and clinical studies and expect to continue to do so and for
commercial supply of any product candidates that we develop and for which we or our collaborators obtain marketing
approval. Additionally, the activities performed by our CMOs may be delayed or suspended in light of the ongoing
COVID-19 pandemic, which may impact our ability to successfully develop and test our product candidates, including in
clinical trials, and research programs in a timely manner.

Even though we have established supply agreements with third-party manufacturers, reliance on third-party
manufacturers entails additional risks, including:

e the possible breach of the manufacturing agreement by the third party;

e the possible termination or nonrenewal of the agreement by the third party at a time that is costly or
inconvenient for us; and

e reliance on the third party for regulatory compliance, quality assurance, safety, and pharmacovigilance and
related reporting.

Third-party manufacturers may not be able to comply with cGMP regulations or similar regulatory requirements
outside the United States. Our failure, or the failure of our third-party manufacturers, to comply with applicable regulations
could result in sanctions being imposed on us, including fines, injunctions, civil penalties, delays, suspension or withdrawal
of approvals, license revocations, seizures or recalls of product candidates or medicines, operating restrictions, and
criminal prosecutions, any of which could significantly and adversely affect supplies of our medicines and harm our
business, financial condition, results of operations, and prospects.

Any medicines that we may develop may compete with other product candidates and products for access to
manufacturing facilities. There are a limited number of manufacturers that operate under cGMP regulations and that might
be capable of manufacturing for us.

Any performance failure on the part of our existing or future manufacturers could delay clinical development or
marketing approval. We do not currently have arrangements in place for redundant supply for bulk drug substances. If any
one of our current contract manufacturers cannot perform as agreed, we may be required to replace that manufacturer.
Although we believe that there are several potential alternative manufacturers who could manufacture any of our product
candidates, we may incur added costs and delays in identifying and qualifying any such replacement.

Our current and anticipated future dependence upon others for the manufacture of any of our product candidates
may adversely affect our future profit margins and our ability to commercialize any product candidates that receive
marketing approval on a timely and competitive basis.

Risks Related to Our Intellectual Property

If we are unable to obtain and maintain patent protection for any products we develop and for our technology, or if the
scope of the patent protection obtained is not sufficiently broad, our competitors could develop and commercializ