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Forward Looking Statements

This presentation contains forward-looking statements within the meaning of the ñsafeharboròprovisions of The Private Securities

Litigation Reform Act of 1995. All statements, other than statements of historical facts, contained in this presentation, including statements

regarding the Companyôsstrategy, future operations, future financial position, future revenue, projected costs, prospects, plans, and

objectives of management, are forward-looking statements. The words óóanticipate,ôôóóbelieve,ôôóócontinue,ôôóócould,ôôóóestimate,ôôóóexpect,ôô

óóintend,ôôóómay,ôôóóplan,ôôóópotential,ôôóópredict,ôôóóproject,ôôóótarget,ôôóóshould,ôôóówould,ôôand similar expressions are intended to identify

forward-looking statements, although not all forward-looking statements contain these identifying words. Forward-looking statements in

this presentation include statements regarding the clinical trial timeline for EDIT-101 (AGN-151587) and the Companyôs2022 goals. The

Company may not actually achieve the plans, intentions, or expectations disclosed in these forward-looking statements, and you should

not place undue reliance on these forward-looking statements. Actual results or events could differ materially from the plans, intentions

and expectations disclosed in these forward-looking statements as a result of various factors, including: uncertainties inherent in the

initiation and completion of preclinical studies and clinical trials and clinical development of the Companyôsproduct candidates; whether

interim results from a clinical trial will be predictive of the final results of the trial or the results of future trials; expectations for regulatory

approvals to conduct trials or to market products; availability of funding sufficient for the Companyôsforeseeable and unforeseeable

operating expenses and capital expenditure requirements; and other factors discussed in the ñRiskFactorsòsection of the Companyôs

most recent Quarterly Report on Form 10-Q, which is on file with the Securities and Exchange Commission, and in other filings that the

Company may make with the Securities and Exchange Commission in the future. In addition, the forward-looking statements included in

this presentation represent the Companyôsviews as of the date of this presentation. The Company anticipates that subsequent events

and developments will cause its views to change. However, while the Company may elect to update these forward-looking statements at

some point in the future, it specifically disclaims any obligation to do so. These forward-looking statements should not be relied upon as

representing the Companyôsviews as of any date subsequent to the date of this presentation.
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Transforming Patient Lives

OUR MISSION 

is to translate the promise of genome editing 

into a broad class of transformative 

genomic medicines to benefit the greatest 

number of patients
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Pioneering the Possible

Leader across CRISPR
in vivo and engineered 

cell medicines

ÅProven AAV delivery 
capability for in vivo
CRISPR medicines

ÅAdvancing engineered cell 
medicines to treat blood 
diseases and cancer

ÅEnabled by unparalleled 
platform of Cas9 and Cpf1 
(Cas12a) enzymes

Strong progress 
towards EM22 

goals

ÅEDIT-101 IND accepted by 
FDA upon initial review

ÅUsher syndrome 2A 
(USH2A) in vivo proof of 
concept established

ÅEDIT-301 for sickle cell and 
beta-thalassemia IND-
enabling activities initiated 

Clinical-stage company 
working to transform 

patient lives

ÅFirst in vivo CRISPR 
clinical trial in history
(EDIT-101 for LCA10)

ÅPlan to initiate EDIT-101 
patient screening mid-2019 
and dosing 2H19

ÅRapidly translating exciting 
science into revolutionary 
medicines
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2019 Achievements and Goals

GOALSACHIEVEMENTS

Formed collaboration with 

Blue Rock Therapeutics to 

advance universal allogeneic 

cell medicines for cancer

Initiated IND-enabling 

activities for EDIT-301 for

sickle cell and beta thalassemia

Established in vivo 

proof-of-concept for 

Usher syndrome 2A

EDIT-101 first patient 

dosing in second half

EDIT-301 pre-clinical 

data in second half

Usher syndrome 2A 

ready for IND-enabling 

studies by year-end

ṉ

ṉ

ṉ
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EM22: Our 2022 Vision for Editas Medicine

Build on Our Current Success Establish New Areas & Leverage Our Platform

At least one program from our 

Celgene collaboration

More than one program 

in ocular diseases

At least one engineered cell medicine program 

beyond engineered T cells in cancer

At least one program in an additional cell or tissue 

type or using an advanced editing modality

3
Medicines In

Early-Stage

Clinical Trials

Ó 2
Medicines In 

or Ready for 

Late-Stage 

Clinical Trials

Ó Best-in-Class:

Medicines

Platform 

Culture
1#
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OCULAR DISEASES

Leber congenital amaurosis 10*

Usher syndrome 2A

Retinitis pigmentosa

Ocular HSV

CANCER

Autologous T cell medicines**

Allogeneic cell medicines

BLOOD DISEASES

Sickle cell disease

Beta-thalassemia

*EDIT-101 (AGN-151587) partnered with Allergan; **Partnered with Celgene; LCA10: Leber congenital amaurosis 10; HSV: herpes simplex virus; 

CF: cystic fibrosis; DMD: Duchenne muscular dystrophy; AATD: alpha-1 antitrypsin deficiency; AAV: adeno-associated virus

Developing Best-in-Class CRISPR Medicines

EARLY DISCOVERY

Liver ïAATD

Muscle ïDMD

Lung ïCF

in vitro proof of biology

in vivo proof of concept

AAV delivery

EDITING INSIDE THE BODY 
IN VIVO CRISPR MEDICINES

EDITING OUTSIDE THE BODY 
ENGINEERED CELL MEDICINES
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Hundreds of thousands 

of patients

Targeted local injection 

with proven AAV vectors

Promising clinical and 

regulatory path

Durable Medicines for Serious Eye Diseases

Retina

LEBER CONGENITAL AMAUROSIS 

USHER SYNDROME

RETINITIS PIGMENTOSA

Cone-rod dystrophy

Age-related macular degeneration

Stargardt disease

Anterior Chamber

Ocular HSV

Fuchs dystrophy

Trabecular Meshwork

Genetic glaucoma
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Targeting Leading Genetic Form of Blindness

Remove genetic mutation to 

restore CEP290 protein and 

rebuild photoreceptors in

Leber congenital 

amaurosis 10 First patient dosing 
expected in 2H19

and

50/50 in US

Degeneration 

of photoreceptors

leading to

blindness in

childhood

2,000 ï5,000

patients

in US and 

Europe
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EDIT-101 Aims to Rescue Vision in LCA10

Outer segment 

degenerates due to 

CEP290 deficiency

EDIT-101LCA10 Photoreceptor

Editing removes 

disease-causing 

mutation

Outer segment 

regenerates with 

CEP290 protein

Rescued Photoreceptor

Outer SegmentOuter Segment


