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CONTEMPORARY LARGE AND DEEP AD DATASETS PROVIDE S:PA?

AN UNPRECEDENTED OPPORTUNITY TO REALIZE THE VISION
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NOT ALL MEASURES NEED TO BE PRESENT CPAD
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North Star
Velocity Stand X X X X X X X X
Velocity Climb X X X X X X X X X
Velocity Walk-Run X X X X X X X X X
FVC X X X X X X X
Brooke X X X X X X X

Baseline covariates proposed to be included in the analyses: Age, BMI, RACE, Steroid use, Age
at start of steroid use, Genetic mutation, Study type

The power of numbers: 1139 individuals with DMD with a total of 24210 (non-missing)
observations of the selected measures, from 4 to 34 years of age
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Lessons from Duchenne

Velocity of completion of the supine-stand test
Velocity of completion of the 4-stair climb test,

Velocity of completion of the 10-meter walk/run
test / 30-foot walk/run test

North Star Ambulatory Assessment

Forced vital capacity

Transition between scores in the Brooke scale
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Multiple endpoints over time in Duchenne Muscular Dystrophy (DMD).

Score

Dynamic changes in a disease continuum
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CPP Digital Drug Development Tools (3DT) Team CPAD
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= Asubset of CPP member organizations™ have convened to collaborate pre-

competitively with the goal of optimizing the efficiency of paths for developing
digital tools for PD drug development.

= 3DT is leveraging a prospective study called WATCH-PD (Wearable
Assessments in The Clinic and Home in PD), a 12-month multi-center,
longitudinal, digital assessment study of PD progression in subjects with
early, untreated PD as an exemplar pilot study to collect digital data in an
early PD target population for the purpose of facilitating discussion and
alignment with regulatory agencies.

» Face to face meetings with FDA and EMA have taken place and advice is
being adopted into multiple digital device clinical studies
Biogen, Takeda, UCB, Merck, Roche, Lundbeck, GSK

Academic advisors: University of Rochester, Rush
University, Parkinson’s UK, Michael J Fox Foundation

Ray Dorsey,
Principal Investigator
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Triangulation approach: part I
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and what measurement gaps
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Triangulation approach: part Ill
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Triangulation approach: integration of knowledge
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Regulatory Pathway Strategy (FDA)
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Briefini Document

Regulatory history
cou

Modeling analysis plan:

Summary

% Data sources and management
++ Data analytics

Q&A:

*» Questions to the Agency

*+ Consortium position on the questions
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https://www.fda.gov/Drugs/DevelopmentApprovalProcess/ucm505485.htm

Regulatory Pathway Strategy (EMA)

Qualification of novel methodologies steps
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