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C-Path’s Public-Private Partnership Model
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• Foster development of new evaluation tools to inform 
medical product development and regulatory decision-
making

• Convene scientific consortia of industry, academia, and 
government for sharing of data/expertise
 The best science
 The broadest experience
 Active consensus building
 Shared risks and costs

• Enable iterative EMA/FDA/PMDA participation in 
developing new methods to assess the safety and 
efficacy of medical products

• Obtain official regulatory endorsement of novel 
methodologies and drug development tools

• Goal is to provide actionable solutions that lead to 
getting treatments to patients as efficiently as possible.
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Global Regulatory Successes
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Critical Path for Rare Neurodegenerative Diseases 
(CP-RND)
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Acce le ra t in g  Acce ss  t o  Crit ica l Th e ra p ie s  fo r ALS Ac t  (ACT fo r ALS): FDA a w a rd e d  
C-P a t h  a  g ra n t  t o  e s t a b lish  a  P P P  in vo lvin g  FDA/NIH, p e rso n s w it h  live d  
e xp e rie n ce /a d voca t e s , re se a rch e rs  a n d  in d u st ry a im e d  a t  a d va n c in g  re se a rch  
in  ALS a n d  o t h e r ra re  n e u ro d e g e n e ra t ive  d ise a se s .

At a xia s- CP TA

Hu n t in g t o n ’s  Dise a se -HD-RSC 

Am yo t ro p h ic  la t e ra l s c le ro s is  (ALS)

Ot h e rs  b e in g  d e ve lo p e d  t h ro u g h  Ta sk Gro u p s (P SP , FTD) 

A c rit ica l ro le  in  t h is  m o d e l is  t h e  co n sis t e n t  in p u t  a n d  e n g a g e m e n t  w it h  
p a t ie n t s , ca re g ive rs  a n d  t h e  a d vo ca cy co m m u n it y. 

Co lla b o ra t io n  w it h  re se a rch e rs a n d  in d u st ry e xp e rie n ce  w ill h e lp  d e fin e  sc ie n t ific  
e vid e n ce  a n d  g a p s in  d ru g  d e ve lo p m e n t .



Identified Focus Areas 6

• ALS Focused Real World Data Warehouse/Data Portal
• Data standards
• Capable of scientific and regulatory use 

• Biomarkers (e.g., NfL, TDP43, DHTs)

• Clinical Outcome Assessments 

• ALS Disease Staging/Progression Model/Clinical Trial Simulation Tool



Learn and Confirm Strategy
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Persons with Lived Experience



• Goal, “Accelerate the development and approval of 
therapies for ALS; ultimately leading to a cure.”
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• Integration of regulatory considerations and persons with lived 
experience input into research early and often to most efficiently 
advance drug development

• CP-RND can be a meaningful collaborator in advancing drug development 
in ALS by:

• Generating drug development tools to address unmet needs
• Providing advice on Federally funded research projects (non-

competitive projects) to help with their regulatory strategy



Thank you.
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