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2016 Research Update Session 

•Presentation on Cure SMA Research Activities 
–Jill Jarecki PhD, Cure SMA Research Director - 15 min 

 

•Talks and Question & Answer Panels 
–New Drug Application Process Talk by Annie Kennedy – 20 min 

–New Drug Approval Panel Discussion - 35 min 

–SMA Drugs in Development Q&A Panel - 45 min 

 



$60 Million in Total Research Funding 

 

• Basic research to understand disease biology 

• Drug discovery to make practical new therapies 

• Clinical research for tools to effectively test new therapies  

• Care research to improve patient care and quality of life 

• Researcher meeting to share and promote progress 

The Cure SMA funding model is based on independent and expert 
review by our SAB, TAC, and MAC. 

 



 

Looking Forward: Cure SMA Strategic Research Plan 

• Research landscape survey with SMA experts  

• Medicine & Science of BOD prioritization for Cure SMA funding 

• Three major priorities identified 

•Continued funding for basic research 

–Where, what, when and how is SMN needed 

– Identification of novel new targets for combo therapies  

•Greater funding for clinical and regulatory research 

–Regulatory approaches to patient-focused drug development 

» Clinical meaningfulness and risk benefit framework 

» Voice of Patient Meeting with FDA 

–Standardizing and training for clinical trial protocols across sites 

–Education / engagement of physicians, caregivers and patients 

•Greater funding for patient care initiatives 

–Patient care database - Dr. Schroth 

–Centers of excellence - Dr. Schroth 

 

 

 



•8 New Basic Research Projects for $890,000  

•6 ongoing projects 

•4 New Drug Discovery Projects for $700,000 

•$600,000 of funding to explore novel targets 

•1 ongoing to Dr. Brian Kaspar for CSF delivered gene 

therapy 

•3 New Clinical & Regulatory Research for $100,000 

–Newly formed industry consortia 

•2 New Clinical Care Projects for $100,000 

–2 ongoing projects 

•SMA Researcher Meeting for $250,000  
 

 

$2 Million in New Funding Announced in FY2016 

26 Total Active Projects 



Cure SMA Funding – Leveraging Seed Money 

-Antisense (2003-07, $550K): U Mass licensed to Ionis  

-Gene Therapy (2010-16, $850K): $4 million NINDS grant + $100M IPO 

-Cytokinetics (2013-2014,$100K): partnership with Astellas in SMA 

-CALIBR (2012-2106, $850K):  $2M NINDS grant  

 
  

  
 
 

ά²Ŝ ǇŜǊŦƻǊƳŜŘ 
preclinical research 
relating to skeletal 

muscle activators that 
was funded by Cure SMA, 

who provided grant 
funding around which we 

did some very 
impressive preclinical 
research. That also 

provided a catalyst for 
our interest to pursue 
this in a Phase 2 trial," 

said Robert Blum, CEO of 
Cytokinetics. 





Facilitating Clinical Trials and Drug Development 

• Funding New Trial Outcomes / Endpoints 

– Dr. Lowes for infants 

– Dr. Heatwole for adults 

• Providing Patient Perspective to FDA 

– Family focus groups with results sent to FDA 

•To assess meaningful benefit and impact on daily living 

•Paper in BMC Neurology in 2015, second submitted 

– Patients surveys 

•Clinical trial participation / expectations with paper in preparation 

– Voices of SMA booklet sent to FDA 

– Patient meetings with FDA 

– Comments to FDA on guidance, i.e., Rare Disease: Common Issues in Drug 

Development Guidance for Industry 

 

 

 

 

 

 



Next Step:  Formal Industry Partnerships in 

Consortium Initiative  

• 7 company consortium to collaborate on  

patient focused drug development projects: 

–Voice of the Patient Workshop with FDA 

–Further Define Clinical Meaningfulness  

–Risk / Benefit Framework for SMA 

–SMA Centers of Excellence for Clinical Trials  

–Education / Engagement: Physicians, Caregivers, & Patients 

• Making sure the companies: 

–Share data 

–Share ideas  

• Kickoff meeting on June 15 

 



Announcing $2.5 Million in New FY17 Research Funding  

Aligned with New Strategic Research Plan 
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Research MeetingMajor Goals: 
1) Identify New Drug Targets  
-Identify combination therapy approaches 
-Treatment options for all types and stages of SMA 

2) Facilitate Clinical & Regulatory Approaches 
-Patient focused drug development 
-Clinical trial site infrastructure 
-Physician, patient, caregiver education 

3) Patient Care Initiatives 
-Care database 
-Centers of excellence 



After Registration Trials: What Comes 

Next? 

Routes to Hasten Drug Approval 

Clinical Trial Phases 



New Drug Application Process 



Drug Trial Phase Success Rates 

Nat Biotechnol. 2014 Jan;32(1):40-51 


