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CRITICAL PATH INSTITUTE Background and Objectives LEADING THE FIGHT TO END DUCHENNE

The Duchenne Regulatory Science Consortium (D-RSC) was formed by the Critical Path Institute and Parent Project Muscular Dystrophy to develop tools to accelerate therapy development for
Duchenne muscular dystrophy. D-RSC will provide the Duchenne drug development ecosystem with:

O A CDISC (Clinical Data Interchange Standards Consortium) standard for Duchenne which defines the format, structure and terminology used in databases from clinical studies,
enabling comparison between datasets, and acceptable to regulatory authorities

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

O Use of that data to develop a mathematical model of disease progression for submission to the regulatory authorities as a fit-for-purpose tool — which will be available to the
community when validated

O Qualification and in vitro diagnostic status of a novel liver safety biomarker, in collaboration with C-Path’s predictive safety testing consortium, PSTC — available for use in clinical trials
and care to monitor liver safety

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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