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Medicines that Aim to Repair Any Broken Gene

Potential to create the next major category of transformative medicines
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Pipeline Strategy to Enable Successful Medicines

Medical Need

ÁSevere diseases where current 

treatments, if any, are poor

ÁPotential for durable therapies 

to provide unique benefit

Biology & Clinical

ÁClear biological hypothesis 

for genomic intervention

ÁFavorable clinical and 

regulatory path

Technical

ÁValidated delivery approaches 

ÁMutation feasibly corrected

Eye

ÁLeber Congenital Amaurosis 10

ÁOcular HSV

ÁAdditional ocular indications

Lung
ÁCystic Fibrosis

Muscle
ÁDuchenne Muscular Dystrophy

Bone Marrow & Blood
ÁHemoglobinopathies

ÁEngineered T cells for cancer

ÁAdditional bone marrow and 

blood indications

Liver
ÁAlpha-1 Antitrypsin Deficiency

ÁInfectious diseases of liver
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CRISPR Unlocking the Promise of Cell Therapy

Hematopoietic stem cells have the potential to yield multiple medicines for blood 

diseases including sickle cell disease and beta thalassemia

T cells are therapeutic platform for cancer, autoimmune, and infectious diseases

Recent approval of first CAR-T product demonstrated rapid development and 

approval of a transformative cell therapy
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CRISPR is a RNA-Guided Nuclease

Editing machinery can be engineered to target nearly any genomic location
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