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CaGI-C scoring

The first four items assessing change in patient’s health from baseline to week 52 utilize a 7-
point categorical response options ranging from very much worse (7), much worse (6),
minimally worse (5), no change (4), minimally improved (3), much improved (2), very much

improved (1).

CaGl-S scoring

CaGlI-S items are rated using 5-level categorical response options with lower values indicating
less severity: symptoms, very mild (1), mild (2), moderate (3), severe (4), and very severe (5);
physical ability, very mild impairment (1), mild impairment (2), moderate impairment (3), severe
impairment (4), and very severe impairment (5); daily activity performance, very mild
impact/impairment (1), mild impact/impairment (2), moderate impact/impairment (3), severe
impact/impairment (4), and very severe impact/impairment (5); and overall health summary,
very mildly impaired/impacted (1), mildly impaired/impacted (2), moderately impaired/impacted



(3), severely impaired/impacted (4), and very severely impaired/impacted (5). Change in severity
was derived as the difference in severity between the week 52 and baseline (change from
baseline) and could range from -4 to 4 with lower (negative) scores indicate improvement.
Response could be categorized as Improvement (score change of -1 or less), No change (score
change of 0), or Worsening (score change of +1 or more).



SUPPLEMENTAL RESULTS

Supplemental Table 1. Treatment group counts and percentages for CaGI-S responses by age group (mITT population; Part 1, ad hoc
all patients).

Difference at Week 52 from Week 0

All Missing
Patients Response -4 -3 -2 -1 0 1 2 3 4

Age Group - 4-5 years

CaGl-S1: Severity of DMD symptoms, n (%)

All Patients 60 (100) 7(12) 0(0) 0(0) 1(2) 18 (30) 27 (45) 5(8) 2(3) 0 (0) 0(0)
Delandistroge 30 (100)  5(17) 0(0) 0(0) 0(0) 11 (37) 12 (40) 2(7) 0(0) 0 (0) 0(0)
ne

moxeparvovec

Placebo 30 (100) 2(7) 0(0) 0(0) 1(3) 7(23) 15 (20) 3(10) 2(7) 0(0) 0(0)
CaGI-S2: Severity of impairment, n (%)

All Patients 60 (100) 7 (12) 0(0) 0(0) 1(2) 20 (33) 27 (45) 5(8) 0(0) 0(0) 0(0)

Delandistroge 30 (100)  5(17) 0(0) 0(0) 0 (0) 14 (47) 11 (37) 0 (0) 0 (0) 0 (0) 0 (0)
ne

moxeparvovec

Placebo 30 (100) 2(7) 0(0) 0(0) 1(3) 6 (20) 16 (53) 5(17) 0(0) 0(0) 0(0)
CaGI-S3: Ability of daily activities, n (%)

All Patients 60 (100)  7(12) 0(0) 0(0) 1(2) 16 (27) 27 (45) 9 (15) 0(0) 0(0) 0(0)

Delandistroge 30 (100)  5(17) 0(0) 0(0) 0 (0) 11 (37) 10 (33) 4 (13) 0(0) 0 (0) 0 (0)

ne

moxeparvovec

Placebo 30 (100) 2(7) 0(0) 0(0) 1(3) 5(17) 17 (57) 5(17) 0 (0) 0 (0) 0 (0)
CaGl-S6: Severity of overall health, n (%)

All Patients 60 (100) 7(12) 0(0) 0(0) 1(2) 14 (23) 29 (48) 8 (13) 1(2) 0 (0) 0 (0)



Difference at Week 52 from Week 0

All Missing
Patients Response -4 -3 -2 -1 0 1 2 3 4

Delandistroge 30 (100) 5 (17) 0(0) 0(0) 1(3) 9(30) 12(40)  3(10) 0(0) 0(0) 0(0)
ne

moxeparvovec

Placebo 30(100)  2(7) 0(0) 0(0) 0(0) 5(17) 177  5(17) 1(3) 0(0) 0(0)

Age Group — 6-7 years

CaGl-S1: Severity of DMD symptoms, n (%)

All Patients 65 (100) 7 (11) 0(0) 0(0) 1(2) 14(22) 30(46) 12(18) 1(2) 0(0) 0(0)
Delandistroge 33 (100) 5 (15) 0(0) 0(0) 0(0) 10(30) 14(42)  4(12) 0(0) 0(0) 0(0)
ne

moxeparvovec

Placebo 32(100)  2(6) 0(0) 0(0) 1(3) 4(13) 16(50) 8 (25) 1(3) 0(0) 0(0)

CaGI-S2: Severity of impairment, n (%)
All Patients 65 (100) 7 (11) 0(0) 0(0) 3(5) 12 (18)  33(51) 8 (12) 2(3) 0(0) 0(0)
Delandistroge 33 (100) 5 (15) 0(0) 0(0) 2 (6) 6 (18) 18 (55) 2 (6) 0(0) 0(0) 0(0)
ne

moxeparvovec
Placebo 32 (100) 2 (6) 0(0) 0(0) 1(3) 6 (19) 15 (47) 6 (19) 2(6) 0(0) 0(0)
CaGI-S3: Ability of daily activities, n (%)
All Patients 65 (100) 7 (11) 0(0) 0(0) 1(2) 15(23)  31(48) 9(14) 2(3) 0(0) 0(0)

Delandistroge 33 (100)  5(15) 0(0) 0(0) 0 (0) 7(21) 17 (52) 4 (12) 0 (0) 0 (0) 0 (0)
ne

moxeparvovec

Placebo 32 (100) 2 (6) 0(0) 0(0) 1(3) 8 (25) 14 (44) 5 (16) 2(6) 0(0) 0(0)
CaGI-S6: Severity of overall health, n (%0)

All Patients 65 (100) 7 (11) 0(0) 0(0) 3(5) 9(14) 36 (55) 8 (12) 2(3) 0(0) 0(0)

Delandistroge 33 (100)  5(15) 0(0) 0(0) 1(3) 6 (18) 20 (61) 1(3) 0(0) 0(0) 0(0)
ne

moxeparvovec

Placebo 32 (100) 2 (6) 0(0) 0(0) 2 (6) 3(9) 16 (50) 7(22) 2 (6) 0(0) 0(0)



CaGlI-S, CaGl-S, Caregiver Global Impression of Severity; mITT, modified intention-to-treat population



Supplemental Table 2. Treatment group counts and percentages for CaGI-C responses by adverse event (mITT population; Part 1, ad
hoc all patients).

All Missing  Very much Much Minimally Minimally Very much
Patients Response  improved improved improved No change worse Much worse  worse

Nausea or vomiting in the first 2 weeks after treatment

CaGI-C1: Changes in symptoms, n (%)

All Patients 45 (100) 2(4) 10 (22) 11 (24) 14 (31) 4(9) 3(7) 1(2) 0(0)

Delandistrogene 38 (100) 2(5) 8(21) 10 (26) 13 (34) 4 (11) 1(3) 0(0) 0(0)

moxeparvovec

Placebo 7 (100) 0(0) 2 (29) 1(14) 1(14) 0 (0) 2 (29) 1(14) 0(0)
CaGI-C2: Changes in physical ability, n (%)

All Patients 45 (100) 1(2) 11 (24) 13 (29) 13 (29) 4(9) 2(4) 1(2) 0(0)

Delandistrogene 38 (100) 1(3) 9(24) 12 (32) 12 (32) 4 (11) 0(0) 0(0) 0(0)

moxeparvovec

Placebo 7 (100) 0(0) 2 (29) 1(14) 1(14) 0 (0) 2 (29) 1(14) 0 (0)
CaGI-C3: Changes in activities ability, n (%)

All Patients 45 (100) 1(2) 9 (20) 11 (24) 13 (29) 9 (20) 2(4) 0(0) 0(0)

Delandistrogene 38 (100) 1(3) 7 (18) 10 (26) 12 (32) 8(21) 0(0) 0(0) 0(0)

moxeparvovec

Placebo 7 (100) 0(0) 2 (29) 1(14) 1(14) 1(14) 2 (29) 0 (0) 0(0)
CaGI-C4A: Changes in overall health, n (%)

All Patients 45 (100) 1(2) 10 (22) 13 (29) 8 (18) 10 (22) 2(4) 1(2) 0(0)

Delandistrogene 38 (100) 1(3) 8 (21) 12 (32) 8 (21) 9(24) 0(0) 0(0) 0(0)

moxeparvovec

Placebo 7 (100) 0(0) 2 (29) 1(14) 0(0) 1(14) 2 (29) 1(14) 0 (0)

No nausea or vomiting in the first 2 weeks after treatment

CaGlI-C1: Changes in symptoms, n (%b)
All Patients 80 (100) 4 (5) 6 (8) 18 (23) 18 (23) 27 (34) 7(9) 0 (0) 0 (0)
Delandistrogene 25 (100) 3(12) 3(12) 9 (36) 5 (20) 3(12) 2(8) 0 (0) 0 (0)
moxeparvovec



All Missing  Very much Much Minimally Minimally Very much
Patients Response  improved improved improved No change worse Much worse  worse

Placebo 55 (100) 1(2) 3(5) 9 (16) 13 (24) 24 (44) 5(9) 0 (0) 0 (0)
CaGI-C2: Changes in physical ability, n (%0)

All Patients 80 (100) 4 (5) 8 (10) 16 (20) 22 (28) 19 (24) 10 (13) 1(1) 0 (0)

Delandistrogene 25 (100) 3(12) 5 (20) 7 (28) 6 (24) 2 (8) 2 (8) 0(0) 0(0)

moxeparvovec

Placebo 55 (100) 1(2) 3(5) 9 (16) 16 (29) 17 (31) 8 (15) 1(2) 0(0)
CaGI-C3: Changes in activities ability, n (%)

All Patients 80 (100) 4 (5) 6 (8) 12 (15) 27 (34) 27 (34) 4 (5) 0 (0) 0 (0)

Delandistrogene 25 (100) 3(12) 4 (16) 7(28) 6 (24) 5 (20) 0 (0) 0 (0) 0 (0)

moxeparvovec

Placebo 55 (100) 1(2) 2(4) 5(9) 21 (38) 22 (40) 4 (7) 0 (0) 0 (0)
CaGI-C4A: Changes in overall health, n (%)

All Patients 80 (100) 4 (5) 5 (6) 16 (20) 24 (30) 24 (30) 709 0 (0) 0 (0)

Delandistrogene 25 (100) 3(12) 2 (8) 9 (36) 7 (28) 2 (8) 2 (8) 0(0) 0(0)

moxeparvovec

Placebo 55 (100) 1(2) 3(5) 7(13) 17 (31) 22 (40) 5(9) 0 (0) 0(0)

CaGlI-C, Caregiver Global Impression of Change; mITT, modified intention-to-treat population



Supplemental Table 3. Treatment group counts and percentages for CaGI-S responses by adverse event (mITT population; Part 1, ad
hoc all patients).

Difference at Week 52 from Week 0

All Missing
Patients Response -4 -3 -2 -1 0 1 2 3 4

Nausea or vomiting in the first 2 weeks after treatment

CaGl-S1: Severity of DMD symptoms, n (%)

All Patients 45 (100)  8(18) 0(0) 0(0) 0(0) 10 (22) 22 (49) 5(11) 0 (0) 0 (0) 0 (0)
Delandistroge 38 (100) 7 (18) 0(0) 0(0) 0(0) 10 (26) 17 (45) 4 (11) 0(0) 0 (0) 0(0)
ne

moxeparvovec

Placebo 7 (100) 1(14) 0(0) 0(0) 0(0) 0(0) 5(71) 1(14) 0(0) 0(0) 0(0)
CaGI-S2: Severity of impairment, n (%)

All Patients 45 (100)  8(18) 0(0) 0(0) 1(2) 14 (31) 19(42) 3(7) 0(0) 0(0) 0(0)

Delandistroge 38 (100) 7 (18) 0(0) 0(0) 1(3) 13(34) 16 (42) 1(3) 0(0) 0(0) 0(0)

ne

moxeparvovec

Placebo 7 (100) 1(14) 0(0) 0(0) 0(0) 1(14) 3(43) 2 (29) 0(0) 0(0) 0(0)
CaGI-S3: Ability of daily activities, n (%)

All Patients 45 (100)  8(18) 0(0) 0(0) 0(0) 9 (20) 21 (47) 7 (16) 0(0) 0(0) 0(0)

Delandistroge 38 (100) 7 (18) 0(0) 0(0) 0(0) 8 (21) 18 (47) 5(13) 0(0) 0(0) 0(0)

ne

moxeparvovec

Placebo 7 (100) 1(14) 0(0) 0(0) 0(0) 1(14) 3(43) 2 (29) 0(0) 0(0) 0(0)
CaGI-S6: Severity of overall health, n (%0)

All Patients 45 (100)  8(18) 0(0) 0(0) 1(2) 8 (18) 22 (49) 6 (13) 0(0) 0(0) 0(0)

Delandistroge 38 (100) 7 (18) 0(0) 0(0) 1(3) 7 (18) 19 (50) 4 (11) 0(0) 0(0) 0(0)

ne

moxeparvovec

Placebo 7 (100) 1(14) 0(0) 0(0) 0(0) 1(14) 3(43) 2 (29) 0(0) 0(0) 0(0)



Difference at Week 52 from Week 0

All Missing
Patients Response -4 -3 -2 -1 0 1 2 3 4

No nausea or vomiting in the first 2 weeks after treatment

CaGl-S1: Severity of DMD symptoms, n (%)
All Patients 80 (100) 6 (8) 0 (0) 0 (0) 2(3) 22 (28)  35(44) 12 (15) 3(4) 0 (0) 0(0)
Delandistroge 25 (100)  3(12) 0 (0) 0 (0) 0 (0) 11 (44) 9 (36) 2(8) 0 (0) 0 (0) 0 (0)
ne
moxeparvovec
Placebo 55 (100) 3(5) 0(0) 0(0) 2(4) 11(20) 26 (47) 10 (18) 3(5) 0 (0) 0 (0)
CaGI-S2: Severity of impairment, n (%)
All Patients 80 (100) 6 (8) 0(0) 0(0) 3(4) 18 (23) 41 (51) 10 (13) 2(3) 0 (0) 0 (0)

Delandistroge 25 (100) 3 (12) 0(0) 0(0) 1 (4) 7(28) 13(52)  1(4) 0(0) 0(0) 0(0)
ne

moxeparvovec

Placebo 55(100) 3 (5) 0(0) 0(0) 2(4)  11(20) 28(51)  9(16) 2 (4) 0(0) 0(0)

CaGI-S3: Ability of daily activities, n (%)

All Patients 80 (100) 6 (8) 0(0) 0(0) 2(3) 22(28) 37(46) 11(14) 2(3) 0(0) 0(0)
Delandistroge 25 (100)  3(12) 0(0) 0(0) 0(0) 10 (40) 9 (36) 3(12) 0(0) 0(0) 0(0)
ne

moxeparvovec

Placebo 55 (100) 3(5) 0(0) 0(0) 2(4) 12 (22)  28(51) 8 (15) 2(4) 0(0) 0(0)
CaGI-S6: Severity of overall health, n (%)

All Patients 80 (100) 6 (8) 0(0) 0(0) 3(4) 15(19) 43(54) 10(13) 3(4) 0(0) 0(0)
Delandistroge 25 (100)  3(12) 0(0) 0(0) 1(4) 8(32) 13 (52) 0(0) 0(0) 0(0) 0(0)
ne

moxeparvovec

Placebo 55 (100) 3(5) 0(0) 0(0) 2(4) 7 (13) 30(55) 10(18) 3(5) 0(0) 0(0)

CaGlI-S, Caregiver Global Impression of Severity; mITT, modified intention-to-treat population



Supplemental Table 4. Sensitivity analysis where responses were imputed for patients with missing responses at week 52 and week 0
(for CaGlI-S).

Complete Cases

Imputed Models Model
Prop Odds
Delandistrogen Tests
Estimated e moxeparvovec Placebo N Fails/ N
Odds N (N Imputed) N (N Imputed) Models Estimated Odds
CaGlI-C
Rate any changes in symptoms 4.0 (2.0-7.8) 63 (5) 62 (1) 0/50 4.0 (2.0-8.0)
Rate any changes in physical ability 4.9 (2.4-9.8) 63 (4) 62 (1) 0/50 4.9 (2.5-10.0)
Rate any changes in activities ability 4.0 (2.0-7.9) 63 (4) 62 (1) 0/50 4.0 (2.0-8.0)
Rate any changes in overall health 3.8 (1.9-7.5) 63 (4) 62 (1) 0/50 3.8 (1.9-7.6)
CaGlI-S
Rate the severity of DMD symptoms 3.6 (1.6-7.9) 63 (10) 62 (4) 10/50 3.9 (1.8-8.8)
Rate the severity of impairment 4.4 (2.0-9.8) 63 (10) 62 (4) 5/50 4.4 (2.0-10.2)
Rate the ability of daily activities 2.2 (1.0-4.7) 63 (10) 62 (4) 15/50 2.2 (1.0-4.9)
Rate the severity of overall health 3.8 (1.7-8.5) 63 (10) 62 (4) 10/50 3.6 (1.7-8.3)

CaClI-C, CaGl-S, Caregiver Global Impression of Change; CaGlI-S, Caregiver Global Impression of Severity; DMD, Duchenne
muscular dystrophy



