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2 Use CRISPR/Cas9 to correct
mutation in skin cells
(fibroblasts and keratinocytes)

s

1 Isolate skin cells
from patient biopsy %

l —— Genomic, MRNA,

protein analysis
4 Graft skin onto\

patient wounds

Grow gene-corrected skin Study approved by national
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>16 year olds only

using novel skin
engineering method




Five Enrolled Donors

A DAPI C7 Claudin-1 DAPIC7 C7 B
Donor COL7A1 mutations
Healthy
donor apego1 | Allele 1: ¢.2778_2779del
Allele 2: c.8065G>A
Allele 1: c.550A>T
HDEDD2 AIIZIZ 2: z 5720>5721deIGAinsAT
RDEBO1 - -
Allele 1: c.8698 8708del,
RDEBO3 P
Allele 2: c.3840del, c.8780G>A
RDEBO2
c¢.3840del ¢.5720 5721delGAinsAT c.8065G>A
(exon 31, RDEBO03) (exon 68, RDEB02) (exon 109, RDEBO1)
| ) |
RDEBO3 NC-1 Triple helix domain Triple helix domain NC-2
A
Exons 1-28 Exons 29-112 : Exons 29-112 Exons 113-118

Hinge region
Exons 71-72
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Gene editing restores Col7 expression

RDEB unedited Normal “ RDEB dited




Gene editing restores Col7 expression

Normal Human Cells Unedited RDEB cells Edited RDEB cells
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Unintended Effects

Target gene is edited
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Innovative Genomics Institute | CRISPRpedia

https://innovativegenomics.org/crisprpedia/crispr-ethics/
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Prime Editing —
the next generation of gene editing
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This journal Molecular Therapy journals Journals Publish News & events  About [ \
Prime editing (PE)- J
mediated gene a—
ORIGINAL ARTICLE - Volume 34, Issue 2, P817-831, February 04, 2026 - Open Access [IRadiPen oC PRt AEEIS correction =
Prime editing as a promising therapeutic strategy for junctional . * -

epidermolysis bullosa P
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Created in BioRender. Hierl, M. (2025) https.//BioRender.com/mS1b
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LNPs with lasers—
For topical delivery of gene editing

Cell Stem Cell

A Cell Press journal
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ARTICLE - Volume 33, Issue 2, P233-252 E12, February 05, 2026 SRl CELRTINESITE l | l ' ~

Lipid nanoparticle-based non-viral in situ gene editing of congenital ichthyosis- U — il
causing mutations in human skin models Ehrmey P
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Conclusions

1. Gene editing therapies are already in the clinic — FDA
approved

2. Gene editing is getting safer and more precise

3. The field is moving towards topical delivery

4. Progress is slow — and current therapies are very expensive
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