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CTI-1601, frataxin replacement

DT-216P2, Gene-TAC

Vatiquinone (PTC-743)  - 15 LO inhibitor PTC Therapeutics

Stealth Biotherapeutics & Children’s Hospital of PhiladelphiaElamipretide

NAD+ and Exercise in FA (ExRx in FA)

Friedreich’s Ataxia AAV

Children’s Hospital of Philadelphia

Larimar Therapeutics

Design Therapeutics

Prime Medicine

SKYCLARYS  (omaveloxolone) – Nrf2 Activator

PPL-001 HSPC-FXN

LX2006, cardiac

Ex-vivo Cell Therapy

Gene Replacement

Papillon Therapeutics

Lexeo Therapeutics

ASP2016, cardiac Astellas

Voyager / Neurocrine

Dimethyl fumarate University Federico II, Naples, Italy 
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