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#1 #2 #3 #4 #5 #H6 #HT #8 WT: GTTCTTTGAAAGAGCAACAAAATGGCTTCA

MDX: GTTCTTTGAAAGAGCAATAAAATGGCTTCA

e o+ et e+ ot o F - F -+ -+ ssODN: GTTCTTTAAAGGAGCAGBAGAATGGCTTCA
Tsel: S T MR2: AGAATGGCTTCA
' ‘ ' #11:  GTTC GAGCAGBAGAATGGCTTCA
#12:  GTTC AGAATGGCTTCA
1 #13:  GTTC AGAATGGCTTCA
#14:  GTTC AGAATGGCTTCA
#15.  GTTC AGAATGGCTTCA
#16: GTTC AGAATGGCTTCA
#17:  GTTC AGAATGGCTTCA
#18:  GTTC AGAATGGCTTCA
#21:  GTTC TGGCTTCA
#22:  GTTC TGGCTTCA
#23°  GTTC TGGCTTCA
#24:  GTTC TGGCTTCA
#25:  GTTC TGGCTTCA
#26:  GTTC TGGCTTCA
#27-  GTTC TGGCTTCA
#28: TGGCTTCA
#31: GAGC TGGCTTCA
#32: GAGC TGGCTTCA
#33: GAGC TGGCTTCA
#34: GAGC TGGCTTCA
#35: GAGC TGGCTTCA
#36: GAGC TGGCTTCA
#37: GAGC TGGCTTCA
#38: GAGC TGGCTTCA
#41: GAGC TGGCTTCA
#42: GAGC TGGCTTCA
#43: GAGC TGGCTTCA
#44: GAGC TGGCTTCA
#45: GAGC TGGCTTCA
#46: GAGC TGGCTTCA
#4T: GAGC TGGCTTCA
#48: GAGC TGGCTTCA
#51: GAGC TGGCTTCA
#52:  GTTC GAGC TGGCTTCA
#53:  GTTC GAGC TGGCTTCA
#54:  GTTC GAGC TGGCTTCA
#55:  GTTC GAGC TGGCTTCA
#56:  GTTC GAGC TGGCTTCA
#57-  GTTCTT GAGC TGGCTTCA
#58:  GTTC GAGC TGGCTTCA

Supplementary Figure 1. HDR-mediated gene editing of Dmd in myofibroblasts of mdx
mice.

(A) Tsel digestion confirming HDR-mediated Dmd correction in myofibroblasts of mdx mice.
Allele-specific PCR products from genomic DNA of cultured MuSC were sub-cloned into TOPO
cloning vector, followed by colony-PCR with the same pair of allele-specific primers. PCR
products from individual colonies were directly digested by Tsel.

(B) Confirmation of HDR-mediated Dmd correction in cultured skeletal muscle-derived
fibroblasts by DNA sequencing. TOPO clones referred in (A) were sequenced. Silent mutations
were indicated with green letters. Point mutations were indicated with red letters.
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Primers

sequences (5'-3")

Mdx-F1 GACACTTTACCACCAATGCGCTATCAGGAG

Mdx-R1 GAGTCAGACATGGATGCAATGCCACC

LA-F GAACATGTCTTATCAGTCAAGAGATC

SM-R2 CAGATAGTTGAAGCCATTCTGC

SM-R1 CCTCGATTTCCTCGAACTCA

Mdx-F2 CTCATCAAATATGCGTGTTAGTG

Mdx-R2 GGCAGCTTTCCACCAACTG
G*A*A*GATAAATTAAAACTCCGAGACGTTTCAAGAAATTT

ssODN CCTCGTCGTCTTACCGAAGTTGATAGACTCACTGTGACA

CTTC*C*T*C
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