Dr Julian Gray, Santhera pharmaceuticals - Idebenone trial for Friedreich’s ataxia 

Lay summary

Dr Julian Gray, who is Medical Director of the pharmaceutical company Santhera described the new trial that Santhera are funding and running to test the effect of idebenone in FA. He described the available clinical evidence for the benefit of idebenone in FA. To date there have been 8 small trials in different countries (with numbers of participants ranging from 3 to 38). Several studies had shown improvements in heart problems (hypertrophy cardiomyopathy), whereas results on the effect of idebenone on neurological problems (such as balance, coordination etc.) have been inconsistent. There was a suggestion from one of the studies that a higher dose of idebenone may be more effective, and that these higher doses may be generally well tolerated.

Santhera have carried out studies to confirm tolerability of higher doses. Now planning a double-blind placebo controlled study of efficacy, safety and tolerability of idebenone in a multicentre study.  There are seven centres in Germany (all of which have now started the trial) 2 in the UK (Newcastle and London due to start shortly) and single sites in the Netherlands, Belgium and France that are to be initiated soon. They will be comparing the effect of idebenone at three doses (two of which are higher than those used in most previous studies) and placebo in a total of 204 patients over a one-year period. Patients have to be over 8 years of age, have presence of hypertrophic cardiomyopathy, and not been taking idebenone or CoQ10 for 3 months before the start of the trial.

Dr Gray concluded by saying that this is the first trial aimed at registering idebenone for use in FA in Europe, and the recruitment of sufficient patients within a reasonable time is critical for success. He reiterated the need for support from Ataxia UK and from people with FA. In the UK they are awaiting approval from the research and development Committees of the hospitals. 

[More details on taking part in the UK trial will be added to Ataxia UK’s website when they are known].

