Assessed for study eligibility
(N=57)

A 4

Consented into the phase 1/2a study
(N=10)

A 4

Excluded (N=47)

Diagnosis not recessive dystrophic epidermolysis bullosa (N=7)
Negative NC1 expression status (N=5)
Positive NC2 expression status (N=6)

Positive anti-C7 antibodies on indirect immunofluorescence (N=7)
Unable to culture keratinocytes from biopsy (N=5)
Deceased prior to consent (N=10)

Other (N=7)

A 4

Enrolled and received treatment
(N=7)

\ 4

Analyzed
(N=7)

A 4

Excluded (N=3)

Deceased prior to enrollment (N=1)
Positive NC2 expression status (after retesting) (N=1)
Subject developed fever on day before treatment, treatment cancelled
(N=1)




