Idebenone trial in Friedreich’s ataxia

At the end of the conference an exciting new development was announced by representatives from the pharmaceutical company Santhera. They are planning to run and fund a new trial for people with Friedreich’s ataxia. This will be a large multi-centre trial in a number of countries including the UK to test the effect of the antioxidant idebenone. Ataxia UK has been involved in initial discussions with Santhera about its trial and has offered to help with recruiting participants for the trial. At this stage the protocol has been submitted for ethical approval and once that is granted and the full details of the trial are available we will be contacting people with Friedreich’s ataxia who are on our database, asking them if they would be willing to take part. Santhera hopes that the trial will start within the next few months. 

Why is Santhera doing this trial?

There have been a number of small studies testing the effect of idebenone in Friedreich’s ataxia in countries such as France, Spain and Italy (as discussed by Dr Rustin in his presentation; also see Ataxian 142). Initial results from these trials have shown that idebenone has been effective in the treatment of cardiomyopathy (weakening of the heart seen in some people with Friedreich’s ataxia). Apart from one study all others have not shown an improvement in ataxia symptoms (balance, coordination, speech, ability to walk). Although initial results are promising, and there is enthusiasm amongst some researchers, there is insufficient evidence to convince the Regulatory Authorities that idebenone is effective in Friedreich’s ataxia, and for them to give market authorisation for idebenone to be made available for patients. The ‘gold standard’ of trials is to carry out what are called ‘randomised, double-blind, placebo controlled trials’ in large number of patients. All the trials to date have been small and only one was placebo controlled.

Santhera has been in discussions with the European Medicine Evaluation Agency about how the trial should be designed so that, if idebenone is shown to be effective, a licence is granted. For example, the trial has to be a randomised double-blind placebo controlled trial and it has to involve a large number of participants.
At the same time, a trial in the US on the effect of idebenone is continuing. So hopefully, within the next couple of years we will know if idebenone is effective for the treatment of Friedreich’s ataxia. More details on this trial will follow.

