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Press release
Evry, 5 November 2009 
INFORMATION UNDER EMBARGO UNTIL 5 NOVEMBER 8 P.M.
Gene therapy for adrenoleukodystrophy
Getting results!
A major step forward for all those who have rallied together

over the years, joining the quest to find a cure 
The French team led by Prof. Aubourg and Dr Cartier (Saint-Vincent de Paul Hospital, Inserm), long supported by the AFM through Telethon donations, announced that it has successfully treated two children suffering from a rare genetic brain disease – adenoleukodystrophy – in the journal Science on 6 November 2009*. The treatment has halted this progressive disease in these children. This represents a major advance for all rare disease sufferers and also for all those who have rallied to support them over the years, especially during the annual Telethon campaigns. 
Following on from the first gene therapy successes in children suffering from hereditary immune deficiencies in France (Profs. Fischer and Cavazzana-Calvo), Italy (Prof. Roncarolo) and the United Kingdom (Prof. Trasher), and the results recently presented by an American team in the field of retinitis pigmentosa, the research published in Science offers new evidence of the efficacy of gene therapy in genetic diseases. 
It was back in the 1990s that the AFM first began using Telethon donations to take up the challenge of finding therapies derived from gene science. Since then, it has continued to unwaveringly support teams working in this field. From gene transfer to gene surgery, the techniques have been fine-tuned, perfected and made safer. Just twenty years after this new type of medicine took its first steps, from animal studies to the launch of the first human trials, we’re getting results! 
“This major success for a French team testifies to the relevance of the strategy we’ve been pursuing over the last 20 years, supported by the popular momentum of Telethon, aimed at developing innovative therapies for rare genetic diseases. It reinforces our determination to carry on down this same path. It also makes us responsible for succeeding together, for other patients and other diseases,” declared Laurence Tiennot-Herment, President of the AFM.  
On 4 and 5 December, Telethon 2009 will bring together people throughout France who all firmly believe that “TOGETHER, we are stronger than ANYTHING”. This public support is more crucial than ever, since the AFM is currently using Telethon donations to help fund more than 30 therapeutic trials in 30 different diseases. Neuromuscular or neurological diseases, diseases of the blood, eyes, skin and immune system… the first 30 diseases on the brink of drug treatments; 30 diseases that are paving the way for tomorrow’s medicine for the general good of mankind. 

* Publication in Science on 6 November 2009. To receive the press release concerning this research, please contact AFM’s press department.  
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