Editas Medicine Announces FDA Clearance of Investigational New Drug (IND) Application for
EDIT-301 for the Treatment of Transfusion-Dependent Beta Thalassemia
December 20, 2021
EDIT-301 is in development as a transformative, one-time treatment for people living with transfusion-dependent beta thalassemia
Editas Medicine will initiate a Phase 1/2 clinical trial in 2022
CAMBRIDGE, Mass., Dec. 20, 2021 (GLOBE NEWSWIRE) -- Editas Medicine, Inc. (Nasdaq: EDIT), a leading genome editing company, today
announced that the U.S. Food and Drug Administration (FDA) has cleared the IND for EDIT-301 for the treatment of transfusion-dependent beta
thalassemia (TDT), enabling the Company to initiate a Phase 1/2 clinical study of EDIT-301 in TDT patients.
EDIT-301 is an experimental gene editing medicine designed to be a transformative, one-time treatment for people living with severe sickle cell
disease (SCD) or TDT. EDIT-301 uses CRISPR/Cas12a gene editing technology to precisely make a DNA change that restores production of fetal
hemoglobin (HbF), which is usually only present early in life. Some people with SCD or TDT also have a natural DNA change called hereditary
persistence of fetal hemoglobin (HPFH), and in these people, HbF remains into adulthood and protects them from severe forms of the disease and
related complications.
“The FDA’s clearance of our IND for EDIT-301 for TDT is an important milestone for Editas and for the patients we hope to serve. We believe that
EDIT-301 has the potential to transform the lives of people living with TDT with our unique editing approach that may improve red blood cell production
and eliminate transfusion burden, leading to better outcomes for patients,” said James Mullen, Chairman, President, and Chief Executive Officer,
Editas Medicine.
With this IND clearance, Editas Medicine is preparing to initiate a Phase 1/2 trial designed to assess the safety, tolerability, and preliminary efficacy of
EDIT-301 for the treatment of TDT.
Mr. Mullen added, “Ending 2021 with three programs in clinical development is a significant achievement for Editas, and we are thrilled to continue this
momentum in creating next generation medicines.”
About Transfusion-Dependent Beta Thalassemia (TDT)
Beta thalassemia is a common autosomal recessive disorder with an estimated annual incidence rate of 1 in 100,000 worldwide for symptomatic
individuals. Beta thalassemia mutations reduce or abrogate beta globin expression. Insufficient beta globin production leads to ineffective red blood
cell production, chronic hemolytic anemia due to the destruction of red blood cells, and compensatory extramedullary hematopoiesis. Based on clinical
severity and transfusion requirements, beta thalassemia can be classified into non-transfusion-dependent (NTDT) and transfusion-dependent beta
thalassemia. TDT is the most severe form of beta thalassemia, and patients require lifelong regular red blood cell transfusions to prevent organ failure
and death. Chronic red blood cell transfusions are complicated by iron overload leading to organ dysfunction and failure. Left untreated, the mortality
rate among TDT patients is high, with a survival rate of only 15 percent at age five due to severe anemia.
About EDIT-301
EDIT-301 is an experimental cell therapy medicine under investigation for the treatment of severe sickle cell disease (SCD) and transfusion-dependent
beta thalassemia (TDT). EDIT-301 consists of patient-derived CD34+ hematopoietic stem and progenitor cells edited at the gamma globin gene
(HBG1 and HBG2) promoters, where naturally occurring fetal hemoglobin (HbF) inducing mutations reside, by a highly specific and efficient
CRISPR/Cas12a ribonucleoprotein (RNP). Red blood cells derived from EDIT-301 CD34+ cells demonstrate a sustained increase in fetal hemoglobin
production, which has the potential to provide a one-time, durable treatment benefit for people living with severe sickle cell disease (SCD) and
transfusion-dependent beta thalassemia (TDT).
EDIT-301 is currently being investigated in a clinical study in patients with severe SCD (RUBY trial, NCT04853576). With this IND clearance, Editas
will initiate a new Phase 1/2 study of EDIT-301 in patients with TDT.
About Editas Medicine
As a leading genome editing company, Editas Medicine is focused on translating the power and potential of the CRISPR/Cas9 and CRISPR/Cas12a
(also known as Cpf1) genome editing systems into a robust pipeline of treatments for people living with serious diseases around the world. Editas
Medicine aims to discover, develop, manufacture, and commercialize transformative, durable, precision genomic medicines for a broad class of
diseases. For the latest information and scientific presentations, please visit www.editasmedicine.com.
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