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Digital Mini Health Technology Assessment of the Nationally Negotiated Drugs Nusinersen Sodium
Injection and Risdiplam Powder for Oral Solution

LI Xiao, QIU Zhihong, YU Zefang, DONG Zhanjun'(Hebei Key Laboratory of Clinical Pharmacy, Hebei General
Hospital, Shijiazhuang 050051, China)

ABSTRACT: OBJECTIVE To actively promote the clinical access of nusinersen sodium injection and
risdiplam powder for oral solution for the treatment of spinal muscular atrophy(SMA), a rare disease, and to promote the rational use
of these two drugs in clinical practice. METHODS By applying the "Guidelines for Drug Evaluation and Rapid Selection in
Chinese Medical Institutions(Second Edition)", the effectiveness, pharmacological properties, safety, economy, and other attributes
of nusinersen sodium injection and risdiplam powder for oral solution were quantitatively evaluated in 5 major components.
RESULTS After the evaluation of the optimized evaluation system, the scores of pharmacological properties of nusinersen
sodium injection and risdiplam powder for oral solution were 24 and 22.8 points respectively; the scores of effectiveness were 25
and 23 points respectively; the scores of safety were 13 and 14.9 points respectively, the scores of economy were 13 and 12.67
points respectively; the scores of other attributes were 5.3 and 5 points respectively; and the total scores were 80.3, 78.37 points
respectively. CONCLUSION Risdiplam powder for oral solution is administered orally in powder form, and the dosage needs to
be calculated strictly according to the body weight for daily administration. The economy is not as good as that of nusinersen sodium
injection in terms of long-term medication. Risdiplam is marketed at a later stage, and the consensus of the recommended guideline
is less than that of nusinersen sodium, and the level and strength of the evidence are lower than that of nusinersen sodium. The
results of the evaluation provide valuable references for the access to healthcare organizations and the rational use of both drugs in
clinical practice.
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Tab.3 Summary of premarket clinical trials of nusinersen sodium injection

LEWES ETLN, WL,
Ere S
i ;"jg ;‘”g WMABRER AT E L mfjff L
MABEHL. B 51 30~262d  SMNI Jit 12 mg ¥ NG 254 BshBEEMR WwaiEdURE TS B4R WAL s B
H. g Raia e sR TR MATCF AR ERT HRBEETHTF
HIT RN PRETE acyeall] B’ F AR X+ |4 ARXFIELH (P=0.004)
AR (P=0.005)
MHFFRREE 19 3H~6 A A 28 34 6mg ZRIHNGAT K2 B 126 63%) B8 T ZeMM 1661 (80%) i 45 T
I RAFF 5 SMN2, B FlED 12 mg i FEA Hammersmith 22 JL. 4% 101 R =HEA R HE
L& &, WS 12 mg Wz R AR ;5 Bi 4 (5 1) 3E
AR 2(HINE-2) kX 5 i -l HE5 SMA %
BTt el e Rt A &
M ETAS
TR 19 3~7 A 4 SMNI 4 By 8 ) & (1. HINE-2 1958 5HL% LM, K CMAP EE  CMAP % K iT 43 (19
Il PRAFFFT] ATHAE 3,65 9 mg) BB Z2BEIL it i 3% 5 CMAP %
RERAE 16 i) fEizsh e 22 ) A7 A v BE AR
AR H R Kk, CMAP 4 &
TR, HIMAT 0.5 mv
A 8 Miszhl

RESUI 15 B2
301, JFischr - 25 P4EfE 2.3 > SMN2 BUEEINTERT12 mg, 2R A7 FLME I B0 AT BOK A GE

2 MU 92203~ 0 A fE (fF T L, 4B (16%) &
ZE e 42)d 81, 15, 29, JL(2 1~SMN2 #0)
64 K4 25), SRk IG MR T =6 h,
TE 5 FNEE 119d Vg =7 4, Hop
5T 1 IRHERRE 2 19 s LA A A

I 35

To/Malf, 14 2~15% ¥ SMA HRENFIE G, LA 1050 16] SMA THZ5
85 d(+168 d T4 6. 98 12 mg)  KEUGMWT  FHikFsrfrEfE
BEDT). T 445K BB 59657 J1,IRHTT 6MWT;
i A ZIRDetE  7EER 253 K, Wik
L Z5E AT B Bt B 8] 11
F G WIS T 17.0 m,
g7 TEHE 1050 K34

T98.0m

Io/Madl., 28 2~15% 1161 (39%) £ 17 1. 29 HFMSE. Ljf 3 HFMSE if 4 .
253d. b7t M7ISMA,  FI85 KiRFI3mg  #EI(ULM).  ULM W53FI6MWT
F& (3. 6. 17 k61%)  (n=8); 55 2 4 IR 6MWT., JHEIEET 1150d;
9. 12 mg). M7 SMA  H 6 mg(n=8); %5  CMAP filiZ  CMAP 3 {i {4
EZill=Npis SUIAH 9 mg(n=  HEZpE HXERE
HhRsE . £ 9); % A4 M B
LA 12 mg(n=9)

FEPL. WHE. 26 1.8~11H 1I#H SMA, % 1. 15, 291 ANREFCFG™ Sw WA B F 2
TFART MA SMA 64 KiEAHINE  EARAREM L #H . k. M
.14 4 A Me 28 Il 12 mg, MW RAEFR, K. LIFEKHE K
FBF5E 183 Fl 302 dfg  DAKIGIRSE Y EMESERS 72 h

440H 1k BESHM NEE LR S
M RGEHK 2K (29%)
e

HilErE, £ 173 16~65% 5q SMA, #b 45 1. 14, 28 F1 46.10.14 4 V¥ HFMSE iF4r 5
TR BF 7.8 63K ANES J,HFMSE  RZAMILBEFE

5T HPEDd 12mg SIPIIAEL
BTHRE, FLL MR
HAERAL
HWIEAEN 28 2~14%  [/IFRISMA  FORESNHIE (1. Lt W2 SHNGgTT, 24,
AT TP 3,6 5 9 mg) PEFZyBhy TS R
W& B
Sy PN Gp

15

EEEES A EILAH THT
FYSEEL L iz B LR
T, T 23/25(92%)

TET “H AT

B ,22/25(88%) 52

BT “MAfTE”

<112 <11 %14
A1 % B> 255
Wz5% & B H m o,
INERES 6MWT J 55 T /1>

gtk WA ILER AR R F
M 1E3RYT s A
JLEFEWFSTIN R] 35
ZT=1 ANRRIR
ERIE(n=28;100%);
545 (18%) JL#
HTEARF

MAEFGE AR 15 K

WA 3.9 ngmL, £ 898
PUARAE N K 1132 ngmL’
W B L3 A0 K
SMA 8 # B 5 &
A VR vk
S B[R] 43 A — 2
RULM M %5 6,10, 1440 H, F
ZEE 6.  HiEhUfgtst
10 F1 144> SRR LL B T0eE
A7k

rRE BN F 2524 2025 4F 2 A58 42 555 4 ) Chin J Mod Appl Pharm, 2025 February, Vol.42, No.4 - 659 -



&SR3

e TEa B
WA
X %g ﬁg WG Al LR s miﬁﬁ s
FBEE RS 147 <2104 TAISMA DB aiiin 9 fF A f7 BeZtoasr s RRE e oo . ik,
e FrECRE W REAE SR AT B i
WAGEEE R e e, WRUE; A L4
R EAASKHEEY R IR
o
ARG S5ZE 274 53~33.6 SMA - B RN SRR NS ANRFE K MRt (E A
A4 Al BAIHINE-2  BWG S Wik -V i
W I
R 24 =18% Nl ~ N M . 75% 55 Frteh e FIILA Ak . 0 s M, 3% 56 10 4
SMA LB o 2 BV 48 O P A3

F4 A= 0 RERARER AR ARG TFNICE

Tab.4 Summary of premarket clinical trials of risdiplam powder for oral solution
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Tab.5 Summary of nusinersen sodium injection versus risdiplam powder for oral solution
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