SMA DRUG PIPELINE

M A We're funding and directing research with more breadth and depth than ever before. We know what we need to do to develop and deliver new therapies, which could also work in combination,
to reach our goal of treatments for all ages and types. And we're on the verge of further breakthroughs that will continue to change the course of SMA, and eventually lead to a cure.

PRECLINICAL: DISCOVERY

SAFETY &

Biogen/lonis-Spinraza
Novartis-Zolgensma (IV)

Roche-Genentech/PTC/SMAF-Evrysdi

Roche-Genentech/PTC/SMAF - Evrysdi (tablet formulation)

Scholar Rock - Apitegromab (SRK-015) [Muscle Directed]
Novartis-0AV101 (AVXS 101) IT
Biogen - Higher Dose Nusinersen
Roche-Genentech-GYM329 (Muscle Directed)
Biohaven-Taldefgrobep alfa (BHV-2000)

NMD Pharma-NMD:

BIIB115 (Nex Gen SMN ASO) :

MUY/ Shift Pharmaceuticals-E1 ASO
AurimMed Pharma-Small Molecule

Praxis Biotech-Protein Synthesis Enhancers
Monani-Modifier Program
Meriney-Calcium Channel Modifier

Patten-Zebrafish Screen

[ ORGANIZATION/DRUG NAME OR APPROACH

Jablonka-Calcium Channel Modifier

Voyager Therapeutics: AAV Ge*

NDA/BLA
w CLINICAL DEVELOPMENT — FDA TO

APPROVAL PATIENTS

PHASE 1 PHASE 2 PHASE 3

BLA = Biologics License Application IND = Investigational New Drug

NDA = New Drug Application
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