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Twelve	  global	  consor6a	  collabora6ng	  with	  1,300+	  scien6sts	  and	  61	  companies	  

C-‐Path	  Consor6a	  in	  the	  Pre-‐Compe66ve	  Space	  	  
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Collabora6ng	  When	  Challenges	  Are	  Too	  Big	  
For	  Any	  One	  Organiza6on	  

•  McCune,	  S.K.,	  Mulugeta,	  Y.A.	  “Regulatory	  science	  needs	  for	  
neonates:	  a	  call	  for	  neonatal	  community	  collabora<on	  and	  
innova<on.”	  Front	  Pediatr.	  2:	  135-‐137	  (2014)	  	  
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•  Develop	  prac<cal	  tools	  to	  incorporate	  in	  clinical	  trials	  in	  
neonates.	  

Interna6onal	  Neonatal	  Consor6um	  

Pediatric	  Trials	  Consor6um	  	  
	   •  Consor<um	  will	  provide	  C-‐Path	  with	  recommenda<ons	  to	  

form	  a	  new	  non-‐profit	  organiza<on.	  
•  The	  new	  non-‐profit	  organiza<on	  will	  provide	  the	  
sustainable	  infrastructure	  needed	  to	  plan,	  start	  up,	  

conduct,	  and	  close	  out	  pediatric	  clinical	  studies	  that	  deliver	  the	  high-‐quality	  data	  
necessary	  for	  regulatory	  standards	  and	  review.	  
Primary	  outcomes:	  	  	  
Clinical	  trial	  efficiency	  &	  speed,	  High	  quality	  data,	  Increase	  in	  pediatric	  labels,	  	  
Be1er	  clinical	  guidance	  for	  physicians	  and	  parents,	  Improved	  child	  health.	  	  
	  



INC	  Members	  Spanning	  the	  Globe	  

Neonatal	  Nurses	  	  
§  NANN	  
§  COINN	  
	  
Founding	  Companies	  
§  AstraZeneca	  
§  Jannsen	  
§  Lilly	  
§  Novar<s	  
§  Pfizer	  
§  Sanofi	  
§  Shire	  
	  
Families/Advocacy	  
§  Graham’s	  Founda<on	  
§  March	  of	  Dimes	  
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Priori6zing	  Ini6a6ves	  to	  Address	  Unmet	  Needs	  



Sharing	  Data	  is	  Central	  to	  Developing	  New	  Methods	  
	  to	  Evaluate	  Safety	  and	  Efficacy	  of	  Therapies	  
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• Data	  contribu6on	  
agreements	  
implemented	  
per	  dataset	  
	  

• Level	  of	  allowable	  
sharing	  defined	  	  
in	  advance	  
	  

• Data	  privacy	  
assessment	  and	  
anonymiza6on	  
must	  conform	  	  
to	  all	  applicable	  
regula6ons	  

Clinical	  data:	  78	  studies	  
	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  	  41,114	  subjects	  

Note:	  nonclinical	  not	  included	  
	  	  	  	  	  	  	  	  	  	  	  118	  studies,	  5,458	  subjects	  



Value	  of	  Data	  Sharing,	  Standards,	  and	  Pooling	  
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•  Nine	  member	  companies	  
agreed	  to	  share	  data	  from	  24	  
Alzheimer’s	  disease	  (AD)	  trials	  	  
	  	  	  

•  The	  data	  were	  not	  in	  a	  common	  format	  
	  

•  All	  data	  were	  remapped	  to	  the	  CDISC	  AD	  
standard	  and	  pooled	  

•  	  	  	  
•  A	  new	  clinical	  trial	  simula6on	  tool	  was	  created	  	  
	  	  	  	  	  	  and	  has	  been	  the	  first	  model	  endorsed	  by	  the	  	  
	  	  	  	  	  	  FDA	  and	  EMA	  

•  Researchers	  u6lizing	  database	  to	  advance	  	  
	  	  	  	  	  	  research	  

Start	  Point	  

Result	  

•  Integrated	  database	  
	  

•  24	  studies,	  >	  6500	  pa6ents	  
	  

•  Database	  accessed	  by	  >	  200	  qualified	  
researchers	  in	  35	  countries	  



Changing	  the	  Paradigm	  in	  Drug	  Development	  
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Progressive	  kidney	  enlargement	  in	  Autosomal	  Dominant	  Polycys6c	  Kidney	  Disease	  (PKD)	  
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Biomarkers	  for	  Polycys6c	  Kidney	  Disease:	  
Baseline	  TKV	  and	  Baseline	  eGFR	  	  
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Qualifica6on	  of	  Biomarker	  -‐	  Total	  Kidney	  Volume	  in	  Studies	  for	  
Treatment	  of	  Autosomal	  Dominant	  Polycys6c	  Kidney	  Disease	  
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August	  17,	  2015	  
	  
The	  Cri<cal	  Path	  Ins<tute’s	  Polycys<c	  Kidney	  
Disease	  Outcomes	  Consor<um	  Secures	  FDA	  
Qualifica<on	  for	  Enrichment	  Biomarker	  (Total	  
Kidney	  Volume)	  in	  Autosomal	  Dominant	  
Polycys<c	  Kidney	  Disease	  (ADPKD)	  	  
	  

EMA	  Qualifica6on	  Status:	  
CHMP	  has	  issued	  posi<ve	  qualifica<on	  
opinion	  for	  TKV	  that	  is	  currently	  undergoing	  
public	  review.	  



Collabora6ng	  with	  other	  Partnerships	  	  
to	  Biomarkers	  to	  Detect	  Kidney	  Injury	  	  
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www.c-‐path.org	  

Thank	  You	  


