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EJP RD INFORMATION/NETWORKING EVENT FOR THE INTERNAL CALL FOR INNOVATION PROJECTS IN
CLINICAL TRIALS METHODOLOGIES IN LIMITED POPULATIONS APPLICANTS

Timetable of the INFORMATION/NETWORKING EVENT (January 25% 2021, 3pm — 6:30 pm):
3:00 pm —3:15 pm Presentation of the call on “Internal call for innovation
project in clinical trials methodology”

e modalities and main goals

3:15 pm —5:15 pm \Various perspectives of the remaining challenges that the
present call will target.
e Registries: A underused data source in RD
e Innovative methodologies: what was achieved and
how it can change the future of CT in limited
population
e PCOMS (patients centered outcome measures:
primary or secondary end points
e Pharmacogenetic biomarkers and Pharmacokinetic:
How to develop Pharmacogenetic biomarkers in the
future CT in RD and how to modelize differences
between age groups in small population
e EMA on the future of RD Trials: should we innovate in
the CT models
e AREB: How ethical guidance should be guiding the
whole process
e Gene therapy: A model of innovating therapy in rare
and ultra rare diseases
(30 min. discussion)

5:15 pm - 5:30 pm 15 min. break
5:30 pm — 6:30 pm Speed presentations of applicant ideas to initiate suitable
partnerships between interested parties.
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