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Table 2. Baseline characteristics of 4 adults with RDEB (enrolled as 5 subjects) who received COL7A1-modified autologous fibroblasts.
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SUMMARY & CONCLUSION

* In this single-centre, open-label phase | clinical trial, each of 4 subjects with RDEB, aged 30-59 years (2 males and 2 females)
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RDEB transduced with SIN LV-COL7A1 at multiplicity of infection (MOI)-5. T: Transduced; WT-FB: Wild-type normal primary fibroblasts.

* All 4 subjects tolerated the injections without serious adverse reactions or autoimmune reactions against recombinant C7.
There were mild adverse reactions related to administrative procedures (n=6) over the 12 months. No one developed

PRIMARY SAFETY OUTCOMES malignancy post-injections.

 Regarding efficacy, there was a significant (P<0.05) 1.26-fold to 26.10-fold increase in C7 MFI in the injected skin compared
Fig 4. Intradermal injections of to non-injected skin in 3 of 4 subjects with sustained increase up to 12 months in 2 of 4 subjects. The presence of transgene

gene-modified autologous was demonstrated in the injected skin at Month 12 in one subject but no new mature AFs were detected.
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 There were no serious adverse reactions.

* Injection site erythema (n=4), injection site bruising (n=1) and
injection site pruritus (n=1) were the only adverse reactions
(grade 1 severity) related to the administrative procedure.

 No malignancy developed in any of the trial subjects and no
significant changes to BEBSS or increase in affected body
surface area detected throughout the trial.

 The safety and early efficacy data generated provide a rationale for phase Il controlled dose escalation studies to further
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