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The Duchenne Regulatory Science Consortium (D-RSC) at the Critical Path Institute was set up to develop tools to accelerate therapy development for Duchenne muscular dystrophy (DMD).
D-RSC will provide the Duchenne drug development ecosystem with:

O A CDISC (Clinical Data Interchange Standards Consortium) standard for Duchenne, which defines the regulatory-acceptable format, structure and terminology used in databases
from clinical studies, enabling comparison between datasets. Available at https://www.cdisc.org/standards/therapeutic-areas/duchenne-muscular-dystrophy/duchenne-muscular-
dystrophy-therapeutic-area.

O An integrated database bringing together disease natural history data from multiple sources using the standard —available for analysis by the community to the extent permitted by
the owners of each dataset. [Currently includes 10 datasets, 6 can be shared]

O Clinical trial simulation tool developed from mathematical models of disease progression for submission to the regulatory authorities as a fit-for-purpose tool — which will be
available to the community when qualified

O Other biomarkers and drug development projects in the Duchenne space (e.g. see additional poster)

The Critical Path Institute is a non-profit organization that specializes in forming public-private partnerships to develop drug development tools, and work towards qualification/endorsement of
such tools with the regulatory authorities (e.g. FDA, EMA). Each consortium is advised by an FDA liaison to ensure that products of the consortia are suitable for qualification
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*Additional D-RSC Members - Academic Collaborators: Yetrib Hathout, Hank Mayer, Heather Gordish-Dressman, Cuxia Tian, Ray Hu, Jean Bange, Annemieke Aartsma-Rus, Pietro Spitali, Brenda Wong, Tina Duong, Eric Henricson, Craig McDonald, Kathleen Rodgers; Advisors: Ted Abresch,
Buddy Cassidy (Patient Representative), Teresa Buracchio, Atul Bhattaram and Veneeta Tandon (FDA/CDER), Tom Cheever (NIH/NIAMS), Glen Nuckolls (NIH/NINDS); Parent Project MD: Pat Furlong, Abby Bronson and Liz Habeeb-Louks; Industry Collaborators: Joanne Donovan and Joe
Johnston (Catabasis); Patrice Becker, Bryan Due and Laura Stearns (Mallinckrodt Pharmaceuticals); Doug Chapman, Janice Chin, Camille Vong, Beth Belluscio and Lutz Harnisch (Pfizer); Jodi Wolff and Guenther Metz (Santhera Pharmaceuticals), Chris Mix, Ashish Dugar and Navid Khan
(Sarepta Therapeutics), Anne Heatherington and Neil Bhattacharya (Summit Therapeutics); Wendy Erler, Mike Panzara and Jennifer Panagoulias (Wave Life Sciences); C-Path staff: Peggy Abbott, Laura Butte, Diane Corey, Richard Liwski, and Robert Stafford;
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