
ABBREVIATIONS
CaT, Ca2+ transients; CN, central nucleation; DIA, diaphragm; DMD, Duchenne muscular dystrophy; GAS, gastrocnemius;  
H&E, hematoxylin and eosin; HRT, heart; IF, immunofluorescence; MDX, muscular dystrophy X linked; NHP, non-human primates;  
rAAVrh74, recombinant adeno-associated serotype 74; SD, standard deviation; TA, tibialis anterior; TH, thermolysin high; TRI, triceps; WT, wild type.
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•	 In vitro, individual cardiomyocyte function was assessed using sarcomere shortening and CaT analyses. Cardiomyocytes were enzymatically isolated using 
Liberase™ TH; Ca2+ was reintroduced step-wise to 1.8 mM. Myocytes were incubated in a low-Ca2+ Tyrode’s solution containing 5 μM Fura-2AM for 30–35 
minutes at room temperature. Intracellular CaT and sarcomere shortening measurements were induced by electrical field stimulation between 0.2 Hz and 4 Hz.
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Representative western blots across HRT, diaphragm, and skeletal muscle of NHP (Part 2).* 
(A) Samples taken after single dose of delandistrogene moxeparvovec. (B) Samples taken 
after plasmapheresis and redosing with delandistrogene moxeparvovec or rAAVrh74.MHCK7.
micro-dystrophin.FLAG treatment

*In Part 2, NHP Cohorts 2–4 underwent plasmapheresis before redosing; Cohort 5 was redosed without plasmapheresis.

Western blot and quantification of delandistrogene moxeparvovec micro-dystrophin expression in muscle

Representative phase contrast cardiomyocyte images show chronological morphology 
change from Day 1 to Day 5 (when cardiomyocytes were transduced) and Day 9 (fixed day)

10× objective.

Representative IF images of iCell cardiomyocyte cells expressing AAVrh74-MHCK7-GFP (green)

ng
/L

1

1,000,000 WT
Saline 12 weeks
Delandistrogene moxeparvovec 12 weeks
Saline 52 weeks
Delandistrogene moxeparvovec 52 weeks

100

10,000

Serum troponin I levels
Scale bar, 400 μm. 10× objective.

Data are represented as the mean ±SD.

Data are represented as the mean ±SD.***P<0.001; ****P<0.0001.

H&E demonstrated improved muscle histology (decreased CN) in the gastrocnemius; following treatment with delandistrogene moxeparvovec in DMDMDX rats
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Data are represented as the mean ±SD. *P<0.05, ***P<0.001, ****P<0.0001. † Assay was performed shortly before endpoint at 12, 24- and 52-weeks following treatment with delandistrogene moxeparvovec

Improved ambulation of horizontal activity in delandistrogene moxeparvovec-treated DMDMDX 
rats vs saline control.†

Data are represented as the mean ±SD. *P<0.05, ***P<0.001, ****P<0.0001. † Assay was performed shortly before endpoint at 12, 24- and 52-weeks following 
treatment with delandistrogene moxeparvovec


