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SUMMARY

Orphandev Is a French network dedicated to clinical development of orphan medicinal products. Because leading clinical
trials in rare diseases' field I1s submitted to numerous difficulties, Orphandev gathers skills and strengths in order to make
orphan drugs available to the patients as fast as possible.

INTRODUCTION

Rare Diseases Issues have grown in interest over the past ten years. This is highly due to general awareness of their existence.
Public Authorities have enforced many policies that have the results of boosting research on this filed.
Nevertheless, in spite of the great dynamic cast in Europe, development and availability of orphan therapeutics still be problematic
regarding rare diseases’ specificities. More than ten years after the European Orphan Drugs Regulatory adoption, difficulties to
produce treatments for rare diseases still remain [1]. Indeed Iin Europe Iin 10 years of Orphan Drugs Policies, only 59 treatments

have been received approvals [2]

This may be due to the difficulties of leading clinical trials in rare diseases' field [3] [4] [5]
In this context It Is iImportant to gather skills and strengths to make patients benefit from fundamental research’s results and

accelerate clinical trials.

WHY DOES DRUGS’ DEVELOPMENT FOR RARE DISEASES REQUIRE NETWORKS AND STRUCTURES?
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When clinicians or industries want to develop drugs for rare diseases they are
confronted to the complexity of clinical trials. The usual difficulties in clinical trial’s
process add up at each other in a rare disease’s context.

This complexity expresses itself In:

‘Undetermined or few documented etiology

*Methodological difficulties
*Choice of the primary outcome
Limited number of patients
*More logistical matters
*Regulatory questions

Facing all these difficulties, promoters of therapeutics for Rare Diseases become

discouraged and often give up.

Orphandev iIs a French Clinical Trials Network based on a strong collaboration
principle with all actors involved (academics, industries and patients) dedicated
to orphan drugs development. It was created by academics to help academics
but also others actors involved In rare diseases’ research. It has started from the
statement that rare diseases specificities don't allow us to use the same tools In
clinical trials process as the available ones for common diseases.

After having experienced this difficulties in orphan drugs’ clinical trials (Charcot
Marie Tooth — 2004[6], Rett - 2006 and Progeria - 2008) (fig 3) and overcome
them with the gained experience and the successful results, we have developed
an organisational concept in order to capitalize the lessons learned and optimize

the trials process.

FEW EXEMPLES OF OUR EXPERIENCE IN RARE DISEASES CLINICAL TRIALS*

Fig 3
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