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IN THE U.S.
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FARA continues to advocate for Reata to:

address the access questions and needs of the GLOBAL community 

initiate paediatric studies as soon as possible

provide updates to the FA community directly (in lay language) and 
address the recurring questions and concerns
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FXN Gene mutation – GAA 
expansion

Gene silencing

Low levels of frataxin protein

Mitochondrial dysfunction, oxidative stress

Progressive cellular degeneration

Organ and tissue dysfunction

Gene editing

Gene therapy
Protein replacement 
Stem cell therapy
Frataxin mimetics

Gene-tac
Oligonucleotides
Epigenetic 
modifiers

ROS inhibitors
Mitochondrial 
targeting
Stress inhibitors

Cellular degeneration

Exercise

Symptoms
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Increase
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University of Texas Southwestern, Univ of Massachusetts

Improve
Mitochondrial

Function & 
Reduce 

Oxidative Stress

FRIEDREICH’S ATAXIA TREATMENT PIPELINE 

NDA FILED
(New Drug 

Application; FDA 
filing)

Reata

CTI-1601, frataxin replacement

DT-216, Gene-TAC

Oligonucleotides

Leriglitazone Minoryx Therapeutics  

IMF & Dimethyl fumarate Ixchel  Pharma & University Federico II, Naples, Italy 

Etravirine

CNS & Systemic, AAV 
approaches

CRISPR, Lacerta, Neurocrine/Voyager, PTC, Prime Medicine, Solid Biosciences/AavantiBio, 
Takeda/StrideBio, Tune Therapeutics

Children’s Hospital of PhiladelphiaElamipretide

NAD+ and Exercise in FA (ExRx in FA)

MIB-626

LX2006

Children’s Hospital of Philadelphia

Metro International Biotech, LLC

Larimar Therapeutics

Fratagene Tx & IRCCS Eugenio Medea 

Design Therapeutics

Lexeo Therapeutics

SKYCLARYS™ (omaveloxolone) – Nrf2 Activator

AAVrh.10hFXN, cardiac Crystal/Cornell  
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Vatiquinone (PTC-743)  - 15 LO inhibitor PTC Therapeutics
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CHOP & Stealth BioTherapeuticsElamipretide

NAD+ and Exercise in FA (ExRx in FA) Children’s Hospital of Philadelphia
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Need to support 
global trials

More education to 
the FA community

Promote clinical sites 
with FA expertise
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Global clinical trials horizon for FA



9



10



11



THANK YOU!


