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Discussion	
  of	
  the	
  design	
  features	
  
that	
  currently	
  limit	
  the	
  success	
  of	
  

stem	
  cell	
  clinical	
  trials	
  



Discussion	
  of	
  the	
  major	
  
unacknowledged	
  design	
  feature	
  
that	
  currently	
  limits	
  the	
  success	
  of	
  

ALL	
  stem	
  cell	
  clinical	
  trials	
  



Stem	
  Cell	
  Clinical	
  Trial	
  Design	
  Goals	
  
1. Relevant	
  to	
  the	
  ques>on	
  evaluated	
  
2. Feasible	
  (e.g.,	
  supply)	
  
3. Prac>cal	
  
4. Well-­‐powered	
  
5. Safe	
  
6. Ethical	
  
7. Manageable	
  
8. Affordable	
  
9. Yield	
  interpretable	
  findings	
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In	
  ALL	
  Trials	
  And	
  Treatments	
  
Stem	
  Cell-­‐Specific	
  Dose	
  Is	
  Unknown	
  
I.	
  Approved	
  therapies	
  and	
  trials	
  designed	
  to	
  improve	
  

	
  e.g.,	
  HSCT	
  (cord	
  blood,	
  bone	
  marrow,	
  mobilized)	
  
	
  

II.	
  Cell	
  replacement	
  transplant	
  trials	
  
	
  e.g.,	
  pancreas,	
  liver,	
  cornea	
  

	
  

III.	
  Non-­‐homologous	
  transplant	
  >ssue	
  repair	
  trials	
  
	
  e.g.,	
  MSC	
  and	
  HSC	
  transplants	
  for	
  stroke,	
  heart	
  adack	
  

	
  

IV.	
  Gene	
  therapy	
  trials	
  
	
  

V.	
  Gene-­‐edi>ng	
  therapeu>cs	
  	
  trials	
  
	
  

VI.	
  Treatments	
  in	
  private	
  stem	
  cell	
  clinics	
  
	
  	
  



2019	
  FDA	
  Standards	
  Coordina>ng	
  
Body	
  (SCB)	
  Recognizes	
  the	
  Need	
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  adult	
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  stem	
  cell	
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  has	
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commiZed	
  progenitor	
  cells.	
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  by	
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  for	
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  counDng	
  	
  

1. 	
  cGMP	
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3. 	
  Xeno-­‐free	
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  Affordable	
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  –	
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Both	
  improve	
  for	
  paDents	
  and	
  stem	
  cell	
  medical	
  
progress	
  when	
  Dssue	
  stem	
  cell-­‐specific	
  counDng	
  
and	
  dosing	
  are	
  finally	
  implemented.	
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