PROGRAM

w5

$4@0 HBEHSE XiFt+Ht
BEsEERREERN KRR HERS
NEEREIRE MEkEE

F—E FHOBEEFRREFAROS
MBERE (EIREERREEY 5 —)

- BRERARICEDCEGFAERDARREZBIELT

WHERE (AMHKZF)
- BEEEZEICHT 3 RERREEET AR

EHRA (KERKEF)
- REAEEICN T 3 MERRBRBIBLE

H8 RBAEYA FOT 1 —EDEIGFREORKHAR

Patrick Aubourg (University Paris-Descartes , France)
- Gene therapy for adrenoleukodystrophy and Friedreich ataxia(tentative)

Mitchell H. Finer (Bluebird Bio , USA)

+ Launching a pivotal study in childhood cerebral adrenoleukodystrophy
utilizing lentiviral gene transfer into C34+ Cells - Lessons learned

Guy Alba (The European Leukodystrophies Association (ELA) , France)

« ELA, an association of patients at the heart of the fight against the disease
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Harald Petry (UniQure , Netherland)

- Glybera: the successful regulatory approval process in Europe

and planning steps to approach areas outside the EU
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Fatima Bosch (Universidad Autéonoma de Barcelona , Spain)

- Towards a gene therapy for neurological and somatic MPSIIIA
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