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Supplementary Figure 1: Western blot of cell lysates show dystrophin expression in

fibroblasts of patient 3

Western blot analysis shows dystrophin expression in extracts from the treated, but not in

control, non-treated, fibroblasts.
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Supplementary Figure 2: Inmunofluorescence analysis of whole sections of the treated and
saline injected extensor digitorum brevis muscles show clear sarcolemmal labelling in
various muscle fibres.

Arrows show clusters of revertant fibres in saline-treated samples. Scale bar=1000 um.
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Supplementary Figure 3: Serial sections showing sarcolemmal co-localisation of the newly
generated dystrophin with dystrophin glycoprotein complex proteins

Sections from a control, treated, and untreated muscle that show dystrophin (labelled with
Mandys106) in the treated muscles co-localised with a-sarcoglycan and B-dystroglycan. Scale

bar=100 pm
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Supplementary Figure 4: Protein expression between the treated and control EDBs in
patients 1 and 2 (0-09mg AVI-4658)

(A) Western blot analysis of homogenates of treated and untreated muscle (20x10um sections)
and control muscle (2x10um sections) shows dystrophin expression in extracts from the control
muscle (C) but not in the treated or untreated muscles from the patient. (B) Mean random
intensity measurements: 4 fields of the immunostained transverse cryosection of each muscle
were selected at random (out of focus) and were then photographed (in focus). Ten regions per
image, each including an area of membrane and fibre cytoplasm, were selected by moving the
cursor across the image and were analysed with MetaMorph. Analysis of average intensity
showed an increase in dystrophin expression in patients 3—7 (p=0-002), but no increase was seen
in patients 1 and 2 (who had the low dose [0-09 mg] AVI-4658). C=control muscle. O=untreated

muscle. X=treated muscle.



