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SUPPLEMENTARY MATERIALS

ABBREVIATIONS
AAVrh74, adeno-associated virus rhesus isolate serotype 74; CMV, cytomegalovirus promoter; ddPCR, droplet digital polymerase chain 
reaction; DMD, Duchenne muscular dystrophy; eGFP, enhanced green fluorescent protein; ELISA, enzyme-linked immunosorbent assay; 
IM, intramuscular; IV, intravenous; LTA, left tibialis anterior; qPCR, quantitative polymerase chain reaction; Q.S., quantum satis; rAAVrh74, 
recombinant AAV rhesus isolate serotype 74; SD, standard deviation; TA, tibialis anterior; vg, vector genome.
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Clinical Pre-clinical
Clinical assessment of delandistrogene moxeparvovec vector shedding in participants 
from ENDEAVOR 

Biopsy at 
baseline

Part 2:
Up to 5 years

Part 1:
12 weeks

Screening:
Up to 31 days

Study design: Single IV infusion dose of 1.33x1014 vg/kg* of intended
commercial process delandistrogene moxeparvovec material
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*Linear qPCR. †Only 1-year data for Cohort 1 are presented in this poster; 1-year data for other cohorts are not yet available; genetic mutation criteria varied by cohort. 

Baseline clinical characteristics of Cohort 1 in ENDEAVOR

Characteristic Total for Cohort 1 (N=20)
Mean (SD)

Age, years* 5.8 (1.1)

Height, cm 108.8 (7.7)

Dosing weight, kg 21.2 (4.2)

Years since DMD diagnosis 2.4 (1.4)

*Age distribution: 11 (55.0%) patients in the age category 4–5 years and nine (45.0%) patients in the age category 6–7 years. 

Experimental treatment groups
Strain Cohort Number of  

animals/sex Test/Control article Route* Dose (vg) Volume (µL)† 

C57BL/6J 1 3/Male Saline IM N/A 30
C57BL/6J 2 3/Male AAVrh74.CMV.eGFP IM 1.0×102 30
C57BL/6J 3 3/Male AAVrh74.CMV.eGFP IM 1.0×103 30
C57BL/6J 4 3/Male AAVrh74.CMV.eGFP IM 1.0×104 30
C57BL/6J 5 3/Male AAVrh74.CMV.eGFP IM 1.0×105 30
C57BL/6J 6 3/Male AAVrh74.CMV.eGFP IM 1.0×106 30
C57BL/6J 7 3/Male AAVrh74.CMV.eGFP IM 1.0×107 30
C57BL/6J 8 3/Male AAVrh74.CMV.eGFP IM 1.0×108 30
C57BL/6J 9 3/Male AAVrh74.CMV.eGFP IM 1.0×109 30
C57BL/6J 10 3/Male AAVrh74.CMV.eGFP IM 1.0×1010 30
C57BL/6J 11 3/Male Saline Ocular N/A 4
C57BL/6J 12 3/Male AAVrh74.CMV.eGFP Ocular 1.0×102 4
C57BL/6J 13 3/Male AAVrh74.CMV.eGFP Ocular 1.0×103 4
C57BL/6J 14 3/Male AAVrh74.CMV.eGFP Ocular 1.0×104 4
C57BL/6J 15 3/Male AAVrh74.CMV.eGFP Ocular 1.0×105 4
C57BL/6J 16 3/Male AAVrh74.CMV.eGFP Ocular 1.0×106 4
C57BL/6J 17 3/Male AAVrh74.CMV.eGFP Ocular 1.0×107 4
C57BL/6J 18 3/Male AAVrh74.CMV.eGFP Ocular 1.0×108 4
C57BL/6J 19 3/Male AAVrh74.CMV.eGFP Ocular 1.0×109 4
C57BL/6J 20 3/Male AAVrh74.CMV.eGFP Ocular 1.0×1010 4

IM = intramuscular injection into the LTA muscle. *Test article delivery into the TA occurred on the left side, while ocular delivery occurred on the right 
side of the animal (i.e. left TA and right eye). †Doses were Q.S. up to total desired volume with saline. 
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• ENDEAVOR is an ongoing, open-label, single-arm, single-dose, Phase 1b study with five cohorts and a two-part follow-up 
period conducted at four sites in the USA using the intended commercial process material. Samples from different clinical 
biomaterials at predefined time points over the course of the study (260 weeks) were collected from subjects across the  
five cohorts.




