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Disease Area Program Indication Approach Research IND-Enabling Phase 1

Lea
Optimization

Allele-specific

Hematology EMD-101 ELANE Severe Congenital Neutropenia ex vivo exdision

ASCVD not at LDL-C goal

EMD-301 LDLR In vivo excision
Including Heterozygous Familial

Hypercholesterolemia (HeFH)

Cardiovascular
ASCVD not at LDL-C goal
EMD-302 ANGPTL3 In vivo KO

Including Homozygous Familial
Hypercholesterolemia (HoFH)

EMD-201 SARM1 Glaucoma In vivo KO

Ocular EMD-202 RHO Retinitis Pigmentosa In vivo excision

EMD-203 RPE65 Retinitis Pigmentosa In vivo excision
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