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Bl >R it
FERN (1~180 H) [(181 ~ 365 H)| (366 ~ 730 H)| (731 ~ 1095 H) | (1096 H~) | N8 « Kz RO G
R EREGIEL 95 90 75 55 34 95 95
BI1EF OFEBUEGIE 26 29 25 16 8 2 54
BIVE D FBLEI & 27.37% 32.22% 33.33% 29.09% 23.53% 2.11% 56.84%
BI{EH R B ORI RBEGIR (BBES : %)
YU d5 K OVAE duiE 1 (1.05) 3 (3.33) 2 (2.67) 1 (1.82) 1 (2.94) 0 (0.00) 6 (6.32)
[ % 0 (0.00) 1 (1.11) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
YRS 0 (0.00) 0 (0.00) 1 (1.33) 1 (1.82) 0 (0.00) 0 (0.00) 1 (1.05)
_L-URSE % 1 (1.05) 1 (1.11) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
|- Sl kg 0 (0.00) 1 (1.11) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
COVID-19 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (2.94) 0 (0.00) 1 (1.05)
Bt EE R KO OB LY .
@l & O ) — 7% B E) 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
KA 0 (0.00) (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
Mg ds L) v/ SR RE 0 (0.00) 1 (1.11) 2 (2.67) 0 (0.00) 0 (0.00) 0 (0.00) 3 (3.16)
f i 0 (0.00) 1 (1.11) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
[ A PR AL 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
R d L OREREE 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
3 (3.33) 1 (1.33) 1 (1.82) 0 (0.00) 0 (0.00) 7 (7.37)
1Q. 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
Mi L»T% 0 (0.00) 2 (2.22) 0 (0.00) 1 (1.82) 0 (0.00) 0 (0.00) 3 (3.16)
LffiE 0 (0.00) 1 (1.1 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
HERE 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
TSR 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
OB VEISHIAE 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
IR 2 (2.11) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
JITIH75 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
I 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
M g, MoEhds X OERRlE 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
WP e 1) 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
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FERN (1~180 H) [(181 ~365 H)| (366 ~ 730 H)| (731 ~ 1095 H) | (1096 H~) | B « KFLiR RO

BI{EH OFRE EIE R ORI RBEGIR EBES %)

H R 1 (1.05) 1 (1.11) 3 (4.00) 2 (3.64) 2 (5.88) 2 (2.11) 8 (8.42)
iR 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
i b 0 (0.00) 0 (0.00) 1 (1.33) 1 (1.82) 1 (2.94) 1 (1.05) 4 (4.21)
MR 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
H R 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.82) 0 (0.00) 0 (0.00) 1 (1.05)
[ERESTERUR/ U/ S 0 (0.00) 1 (1.11) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
oD 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05) 1 (1.05)
[PERR NG 21k 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
L/ QG 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (2.94) 0 (0.00) 1 (1.05)

FFF REL A7 s 7 2 (2.11) 1 (1.11) 2 (2.67) 2 (3.64) 1 (2.94) 0 (0.00) 8 (8.42)
B E 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 1 (2.94) 0 (0.00) 2 (2.11)
[ HRE S 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
iR 0 (0.00) 1 (1.11) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
JH R 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
fHEEA ) —F 0 (0.00) 0 (0.00) 0 (0.00) 2 (3.64) 1 (2.94) 0 (0.00) 3 (3.16)
2 o IR 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)

FZRE 3 & OB N AR 6 (6.32) 3 (3.33) 3 (4.00) 1 (1.82) 0 (0.00) 0 (0.00) 8 (8.42)
X i 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
e % 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.82) 0 (0.00) 0 (0.00) 1 (1.05)
KT BE 0 (0.00) 1 (1.1 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
BT 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
% B 2 (2.11) 1 (.11 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
iR 2 (2.11) 1 (1.11) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 3 (3.16)
&= RE 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)

R Ty SO Ry H e 2 (2.11) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
g0 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
RS il A 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)

BE K VIR E 3 (3.16) 9 (10.00) 6 (8.00) 2 (3.64) 1 (2.94) 0 (0.00) 16 (16.84)
i Al 0 (0.00) 1 (1.11) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
H R 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
PR R 0 (0.00) 1 (1.1 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
NE A== 0 (0.00) 0 (0.00) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
B KR RE 0 (0.00) 4 (4.44) 4 (5.33) 1 (1.82) 1 (2.94) 0 (0.00) 7 (7.37)
B AIE 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.82) 0 (0.00) 0 (0.00) 1 (1.05)
Z R 1 (1.05) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
HHEIR 0 (0.00) 1 (1.11) 1 (1.33) 0 (0.00) 0 (0.00) 0 (0.00) 2 (2.11)
PR A R 0 (0.00) 1 (1.1 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
Ny il s 2 (2.11) 1 (1.11) 0 (0.00) 1 (1.82) 0 (0.00) 0 (0.00) 4 (4.21)
L BEAT R 0 (0.00) 1 (.11 0 (0.00) 0 (0.00) 0 (0.00) 0 (0.00) 1 (1.05)
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Safety of Viltolarsen in Patients with Duchenne Muscular Dystrophy
in Clinical Practice:

Interim Analysis of Post-marketing Surveillance in Japan
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Abstract

The safety of long-term administration of viltolarsen in patients with Duchenne muscular dystrophy
was investigated under real-world clinical conditions. We conducted post-marketing surveillance in
Japan, and examined the incidence of drug-related adverse reactions corresponding to the safety
specifications, as well as factors that could affect safety. The interim safety analysis included 95
patients, with an average age of 14.7 years. The overall proportion (number of patients) experiencing
drug-related adverse reactions was 56.84% (54). The main drug-related adverse reactions were Beta-
N-acetyl-D-glucosaminidase increased, Beta 2 microglobulin urine increased, Nephrocalcinosis,
Glucose urine present, Protein urine present, Cystatin C increased, and Brain natriuretic peptide
increased. No new safety concerns were identified in this interim analysis that would pose problems
for the clinical management of viltolarsen.

Key words : Duchenne muscular dystrophy, exon skipping therapy, viltolarsen, post-marketing
surveillance, safety




