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HypothesisHypothesis
Systemically administered stem cells 

correct collagen type VII deficiency.
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Primary Endpoint
Event-free survival by 1 year post transplant
Event = 
• death or 
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Which Specific Bone MarrowWhich Specific Bone Marrow--
derived Cells Benefit the Skin? derived Cells Benefit the Skin? 
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do they do they 
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Which Which 
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Where do Where do 
they go to?they go to?

Patient: XX Female

Donor: XY Male

Host‐
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Patient: XX Female

Donor: XY Male
Donor CD45‐/CD31 cells.
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Trial 2: Addition of MSCsTrial 2: Addition of MSCs
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Survival of Patients with EB          
(N=17)

76% (95% CI: 48 92%)
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HurdlesHurdles
1. No funding for POC→family support

2. Uncertainty of mechanism2. Uncertainty of mechanism

3. Some children died waiting in a queue

4. Insurance→exp tx as a standard HCT

5. Investigator-

-clinician conflict;-clinician conflict;

External

Advisory

Panel

John A. McGrath, MD
Alain Hovnanian, MD
Hiroshi Shimizu, MD 

Experts in Epidermolysis Bullosa
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Hype, Harm, and HopeHype, Harm, and Hope

1. Decrease suffering or prolong misery?

2. Treat infants with severe phenotype or 
adults with mild form of the same ds?

3. How much preliminary data is enough to 
substantiate clinical trial?

4 When is exp tx no longer experimental?4. When is exp tx no longer experimental?

5. Vulnerable population c unknown risks?

6. Wait for alternative tx? How long?
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Lessons LearnedLessons Learned

1. Need funds to shorten the start-up phase

2. Need proof-of-concept, mechanisms

3. Need objective oversight, EAP

4. Need to collect data in the same way

5. Need family support group Gene-
d

           

corrected 
EB iPSC-
derived 

blood and
skin cells               

Murine
Models

Clinical 
Trials
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“New ideas need 
new facts.”
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1. Normal skin 3. Transplant2. RDEB injured skin.

Keratinocytes

Endothelium

Dermal Fibroblasts

Collagen 7

5. Wound healing4. Donor cells in skin

C7 C7
Recipient Immune Cells

Donor Immune Cells
Donor Non-immune Cells
Receptor 1
Receptor 2
Ligand 1
Ligand 2


