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Research project:  
 

Etravirine as a potential therapeutic for Friedreich’s ataxia 
 

Principal researcher: Dr Alessandra Rufini, Fratagene Therapeutics, Department of 
Biomedicine and Prevention, University of Rome “Tor Vergata”, Rome (Italy) 
 
Scientific Summary  
  
Friedreich’s ataxia is the most common inherited form of ataxia and is caused by a 
mutation in the frataxin gene, which decreases the production of frataxin protein.  
 
This group recently showed that etravirine, an anti-retroviral drug currently in use as a 
therapeutic for HIV-positive patients, is able to upregulate frataxin in different cell types 
derived from FA patients. Frataxin upregulation induced by etravirine could be 
therapeutically relevant, as it results in increased aconitase activity and protection from 
oxidative stress in cells derived from patients (Alfedi et al., 2019).  
 
In this project, they plan to test different etravirine analogues for their ability to increase 
frataxin levels in cells, with the aim to define the pharmacophore portion of the molecule 
that confers frataxin up-regulating properties. This could potentially lead to the 
identification of already existing and approved etravirine analogues with better efficacy 
and potency and inspire the design of new derivatives. 
 
Lay Summary  
 
Friedreich’s ataxia is the most common inherited form of ataxia and is caused by a 
mutation in the frataxin gene. The mutation in the frataxin gene leads to less frataxin 
protein in the cells of people with FA. Therefore, one strategy to treat FA would be to 
increase the amount of frataxin protein. 
 
These researchers recently showed evidence that etravirine, an antiviral drug used to 
treat HIV, could increase the amount of frataxin protein in cells. Etravirine is currently 
being tested by the same researchers as a treatment for FA. 
 
In this project, they plan to test drugs that are similar in structure or function to etravirine, 
to see if any of these drugs are more effective. They hope to also use this information to 
learn how etravirine increases frataxin. Any drugs that are more effective than etravirine 
could be studied further and potentially tested as treatments for FA.  
 

 
For more support or information please contact: Ataxia UK, 12 Broadbent Close, London, N6 5JW 
Website: www.ataxia.org.uk.   
Helpline: 0845 644 0606 Tel: +44 (0)20 7582 1444   
Email: helpline@ataxia.org.uk.   

 

mailto:office@ataxia.org.uk
http://www.ataxia.org.uk/

