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$7% A % : capmatinib (Tabrecta® )
Bfe B2 8 iyt 2 ¥pai
i3

f%;b‘?f«?f(]‘%iﬁﬁp BoATAG 0 111 B ek B A T g o B R A
L& e ﬂa'g’ o N i % F@EF\ AV % & 5 o] dmre % g (small cell lung cancer, SCLC) ~
’ijlff% (‘adenocarcinoma ) ~ @k %m*2 J% (squamous cell carcinoma, SCC) % = ‘w2 7% (large cell
carcinoma, LCC ) % /% » 21] %2 % % (non-small cell lung cancer, NSCLC ) 4 it 85-88% -
RS s F L 2. p % NSCLC Fte #R S BAFIRE b4 EGFR-ALK-ROSI
BRAF V600E - RET ~ MET ex14 - KRAS G12C # #_NTRK % % % » "f I FCALE: SRS - §- e
BHSR  F 3 AR R ER T RS s E 8 S
i NSCLC g, & > MET ¢HE 5 14 pe3f 3 ® % (MET exon 14 skipping mutation,

METex14) - 5] 5 B,L A% 5 v B A B E o - RS A > F AV T H%ﬁ%’;\m}a %
Lok i A =y ;}F, METex14 2 ¥ 34 o2 s X E A B ahirgd 2 AT B L
(Ma &{-#¥4$ ¢ =5 (Food and Drug Administration, FDA) % /& i * >4 5 METex14 % %
2 &1+ NSCLC % 4~ & 353 capmatinib( Tabrecta® )~ tepotinib ( Tepmetko®)> £ ¢ Tabrecta®
5 - BEEERFDAP AR EY > AR FE L EF RAABDL A -
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FoBRrg AR

R A # i 713 (mesenchymal-epithelial transition, MET ) L Fli=*t A 8 7 5.4 ¢ #h
£RF B EV D -MET 39 > x 57w 4 £ F]5 <48 (hepatocyte growth factor
receptor, HGFR ) - § 3+!m® 4 £ %]+ (hepatocyte growth factor, HGF) ¥ ¢c-MET 4p %% & p% »
§ ESEA B C-MET = Rt i sl T L Bl el miesifd ~ A T fre sy 45
PR SN ﬂ*ﬂffﬁ T R R R 2 L2 ER

MET A F1 8 % 4558 ¢ 4538 A& 4 3 (over-expression) %) 15~70% ~ #%3 (amplification)
£ 2~5%% ¢ B3 14 &)“pg‘} AR (METex14) % 3~4%% - METex14 ¥ & % L e MET A 7]
X% A RBehwre ¢ AT L A W NG TS (juxtamembrane ) 1c-MET © 4 £
IR0 0 T OEREL B T&g:}% Fai o ERwme RS L3 K 0

Capmatinib( Tabrecta® )& — #& v PR &7 | %) iz vk fiF 374 F( tyrosine kinase inhibitors, TKIs) »
T EMAE C-MET F ch ATP % & =% & » & 5|74 F] HGF 27 ¢-MET % £ &8 ¢-MET i & %

WATIEAF PR T (B > 2@ P& T 25 4 B e B 4 ] L Prd g e By
B4 enivr 8o

Capmatinib *+ 2021 & 6 * % iz 45 "6 % &4 & &5 (overall response, ORR) % & 45 3§

pF R (duration of response, DOR ) enficdp & % @ e 7,8 F 3 o # 305k 5 (28] mre 5

Ber A rEmd § METexl4 % 8 :ha 4y 4o L i ik 0 1 44 7 FEGOH 2k K P 3 T o
s 7

BLA

o

> EpHF

Capmatinib % 200-400mg =3 & T » AUCq.12n (area under concentration-time curve from
time 0to 12) %2 Cpa (maximum plasma concentration at steady-state ) + 3% = v& B3 4v o — &
by 32 E R ¥ kR - ¢ JR capmatinib 400mg ¢ - % 1-2 -] pF (time to maximum
plasma concentration, Tmax) € i ¥ 3| & 3 = ch,;k)i (Cmax) © Capmatinib o PR & 53+ 3
> 70% - 4 BiE S (s 2§ R > capmatinib AUCp.aon 4P 12 © & a4k 8 ( a’,",«.ff;] 1000 +
B2 2 50%% %) € 4 % :é 2. AUCq.ne (AUC from zero to infinity) 3§ 4 46% > Cpax Bl %
P Mg d (G 3004 22 20%%%) T ASIHEEFRE

Capmatinib . 3 3d & & 5 2L 96% L 324 G %ﬁﬁ 50164 Lo ¥t ;]\» 5 15>
GRBERPRIETED 090 R (Tup) 95 651 3555 5 24 Lihre
Capmatinib i & %34 /¢ 5 5 d CYP3A4 off§ it fs (aldehyde oxidase ) 1{78 > Capmatinib
78%d § 4% (¢ A2% 5 RAVE) A 22%d furgtk (RIAEET L) 0

Head s pBu % BE =3¢ BT #0242 (Cler 30-89 mL/min) » frgs ~ ¥ ~ £
BFF G 22 P FRORER T AF L capmatinib § B F R £ R T4 50 3 2 (Cler 15-29
mL/min) p # @t g "o

B %% §
p w0 capmatinib %877 £ 3 #4150 mg{-200 mg & #1345 METex14 A FIR ¥ & F >

2



FA TS Fgl‘?a?%“%

F £ % capmatinib ja g s 4 o ERAR 5 400mg o F P v RA o TR GRS
MR TR o AE R REMEEIR .

FIRT PRI UF o EEAEHE - 2 plsel v R 300G E p o
o ARG T IR200mMg o F A o FrORE R AE 200 Mg F p oA e 40 2K
Akt 189,

L~_3 e

Capmatinib 2 & % d CYP3A4 2 pg % i f=(aldehyde oxidase ):& {7 i #p> ¥% 4 Bl d CYP1A2 ~
P-p% 3¢ (P-glycoprotein, P-gp) ~ 5 Elfa.f%mﬁ# #v (breast cancer resistance protein, BCRP) .
MATE1 ( multidrug and toxin extrusion protein 1) % MATE 2K & o

- ~ 33 CYP3A $ri#) 89

Itraconazole (% »z CYP3A #r#1#| ) ¢ ¢ capmatinib AUCo.ng 3 4r 42% > Crax # % © #
P pFié * capmatinib £ 53 »c CYP3A $rd | #IpF » EE R A AFHF 23 25 5o

=~z ¢ B CYP3A i H#) "9

Rifampicin (5 »c CYP3A 3% %#]) ¢ # capmatinib AUCo.ine i > 67% » Crax % *° 56% ©
Efavirenz (¢ & CYP3A £ %# ) 3f & ¢ ¢ capmatinib AUCO 12h B2 44% 7 Chax B 7° 34% -
tx capmatinib F wd & sz ¢ B CYP3AGZ A E * > & £ H 2585 i< capmatinib h% &
RS R BT w "X capmatinib sndiE R A 1 o

= ~CYPLA2 £ f "®°

Capmatinib ¢ ¢ caffeine (CYP1A2 % ) AUC o3 e 134% > Crax # % o P PEE #
* o il 0 B T CYPLAZ X Al -

® »P-gp 2 BCRP % f "°°

Capmatinib ¢ ¢ digoxin (P-gp = % ) AUCqo.nr 3 #v 47%F Cpax 3 4v 74% ; 7 € i
rosuvastatin (BCRP = ) AUCq.inr 3 4v 108% 2 Ciax 3 4r 204% - Fe pF ¢ * capmatinib ¢ i@q’
SeP-gp 2 BCRP X Fengx &8 » dok 284 B 9p1 87 H T3 M P-gp & BCRP %
FenE g o

I ~ f+ Z$r4# (proton pump inhibitors, PPI) "

Capmatinib 72 f2 & & 5 pH Bk igdd > A8 Bag R T3 ﬁ;’f; 5% £ o ¥7 rabeprazole
& * ¢ & capmatinib =7 AUCo nr i % 25% % Crax i % 38% o s ™% § a2 # 4 (blde: F5 F
A s H2 < 8RR ~ 41pA] ) ¥ s F] capmatinib 3 j2 R e g @ "i‘ AR * o ATy
CI I G 57?']5%})%4’3“‘*‘]/._,&, v ¥ 'y)?é_x’é TOHy R R FEFR NIRRT R A T ERA
PRF H2 X R3EFus| 2 > 3/ > & §_6 /) PF{SPR* capmatinib; A pR* fIpeH T > 2 /) pF
o & F_ 2] pEES R capmatinib o



B s FRER

M~ TRk R

GEOMETRY mono-10 8 — 1 % © « ~ 2E5E 48 « 5 3 RlEsk o 324§ ek 52 4 # & %
W E 18 &k > Z¥rstage IIIB & IVNSCLC » ® &5 METex14 % % ¢ MET amplification » iz
EGFR % % -/ % 124 = % cps (anaplastic lymphoma kinase, ALK) & sf&f: » ¥ ¥ 3 5 3
- B RR R (T WERF BTG ERERA LL R & M) B % r R capmatinib
400mg - B A% ERAREN A NRE BRSO o FER LT 364 L EY
BAFIRBEHV LI IREE R EFA o LB R R R 5 FMF &S (ORR) Y ¥
- R R gt F REFH MR (DOR) -

METex14 R % mip » 28 A SGis e fr 69 8 422 o e 4« E 89 el 71 f&
60% = ~ 15 75% 5 6 A o FEBkF % 4ok = o AEor capmatinib & 5 METex14 % % 7 NSCLC
AL ¥R E N A AL EINR fs 4 0@ & MET amplification <9 NSCLC
ko Hipfrnk 2 R R AT

% = ~ GEOMETRY mono-1 5 »c s & /10

R0 Ry s A LR REY SRt i
(N=28) (N=69)

X5 &% (ORR)(95% CI) 68% (48-84) 41% (29-53)
R 2 4% 0%

WA 64% 41%

F ¥ ¥ p R (DOR)

¢ = 3( ) (95% CI) 12.6 (5.5-25.3) 9.7 (5.5-13.0)
DOR>12 i * & 4 47% 32%

S UF A2 plien

Capmatinib % L enZEH 2 25 & 45 % 8-k (59% )~ vk (46% )~ A % (34%) % &
BRi3(21%) e B 7 A F e 4578 (28% )~ 773 M~ vep o (40% )~ w9 v F1EE(25%)
5% % (13% ); GEOMETRY mono-1 25k 53t % 35 4 >10%2 %4 4 2 F B E 24k - 189

FRF DA T BN REFE R IREES D LE R 2R R .
ERES? LF BREERBIEERFEL L AT HY -

F.— ~ i * capmatinib % 4 2 2 2 ¥ 2 (=10%)

Capmatinib 400mg BID Capmatinib 400mg BID
$1 B e 4p B o n=334 B EF M n=334
*AE R * R R . .
" ¥ 1ls3 % 4% G ¥ 1lu3% 4%
¥k 52% o 44%
5 32% PRk 28%
L B89 15% i A& 18%
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Capmatinib 400mg BID Capmatinib 400mg BID
B E AR B e n=334 V& AR e n=334
3 AE R R ’ ’
& 5 1%3 % 4% G % 1%3 % 4%

¥R 14% 8 18%
w» 14% e FlEE 24%
e RE 10% "% HR 16%
8 P53 21%

P~ B3

bE A ) e R B LR PRt FRIBATIRET A BEE T iR
52 FHiEH 27 METex14 R8s i3 4 2 8 > w955 - 4L £ > capmatinib £_FDA
BB 2 METex14 % %25 ) e b peniiie #4000 A p wirl— 7 % 30353 g 2
%#" Tk 5 5 % BT A SRk 4 0 @ % capmatinib f5 0 FEREE BT S 68% 0 F k#
FERY m#ks 126 'Las v 05 ¥ A E A AR i % -kvs 00 204 % p % capmatinib
AP~ EERLH ‘Fé'**  RRAEEHEF p S =t 400mg s Fp HF P *é*‘*'j‘f‘:f » 6,900 ~ -

E- QR s A )lfle

1FscfefEad 451130 o 111 & B £ 5~ F]sizh 2 % - Available at
https://www.mohw.gov.tw/cp-16-74869-1.html Accessed 02/2024.

2,74 | 4 %5 ZER Ak oo gl EF x4 (TEPMETKO) %ﬁ)%* FHEE L o Available at
https://www.cde.org.tw/Content/Files/HTA/%E8%97%A5%E5%93%81/2023/11202_%E8%A8
%8EYEB8%AB%I6%E6%A1%88%E7%ACYACLWNELEY%AL%88 Tepmetko.pdf Accessed 2
12024.

3E g gt A cHRE Y o2 e o R R B A TS o P AL A 2022:33:274-286

4.?ﬁ&g$%‘§ o MET ¢t 8¢+ 14 p+BE (MET exon 14 skipping ) % 3t 24| fmbe W g2 iof o A %ﬁ
221 02022 £ 7 7 - Available at https://www.tmuh.org.tw/UploadFile/files/97(2).pdf Accessed 2
12024,

5.« % o Capmatinib * ** MET exon 14 g 2f 58 % % ehat #p 25| e W o S H BB o
2022 & 12 * - Available at
https://wd.vghtpe.gov.tw/pharm/files/3.3_new/111/%E8%97%A5%E8%A8%8A-11112.pdf
Accessed 2 /2024.

6. Vansteenkiste JF, Van de Kerkhove C, Wauters E, et al. Capmatinib for the treatment of non-small
cell lung cancer. Expert review of anticancer therapy. 2019;19(8):659-671.

7.2 5.0 H . ﬁx ¥ 200 % 5o %7 4z_o Available at
https://info.fda.gov.tw/MLMS/ShowFile.aspx?Licld=52028096&Seq=001&Type=9 Accessed 2
12024.



https://www.mohw.gov.tw/cp-16-74869-1.html
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https://info.fda.gov.tw/MLMS/ShowFile.aspx?LicId=52028096&Seq=001&Type=9
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8.Micromedex : Capmatinib. Available at
https://www.micromedexsolutions.com/micromedex2/librarian/CS/D11222/ND_PR/evidencexpe
rt/ND_P/evidencexpert/DUPLICATIONSHIELDSYNC/C88B49/ND_PG/evidencexpert/ND_B/e
videncexpert/ND_AppProduct/evidencexpert/ND_T/evidencexpert/PFActionld/evidencexpert.Do
IntegratedSearch?SearchTerm=Capmatinib&UserSearchTerm=Capmatinib&SearchFilter=filterN
one&navitem=searchALL# Accessed 2 /2024.

9.UpToDate : Capmatinib. Available at
https://www.uptodate.com/contents/capmatinib-drug-information?search=Capmatinib%20&sourc
e=panel_search_result&selectedTitle=1%7E8&usage_type=panel&Kkp_tab=drug_general&displa
y_rank=1 Accessed 2 /2024.

10. Wolf J, Seto T, Han JY, et al. Capmatinib in MET exon 14-mutated or MET-amplified non—
small-cell lung cancer. New England Journal of Medicine. 2020;383(10):944-957.

11.Eisenhauer EA, Therasse P, Bogaerts J, et al. New response evaluation criteria in solid tumours:
revised RECIST guideline (version 1.1).Eur J Cancer. 2009;45:228-247.
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https://www.micromedexsolutions.com/micromedex2/librarian/CS/D11222/ND_PR/evidencexpert/ND_P/evidencexpert/DUPLICATIONSHIELDSYNC/C88B49/ND_PG/evidencexpert/ND_B/evidencexpert/ND_AppProduct/evidencexpert/ND_T/evidencexpert/PFActionId/evidencexpert.DoIntegratedSearch?SearchTerm=Capmatinib&UserSearchTerm=Capmatinib&SearchFilter=filterNone&navitem=searchALL
https://www.micromedexsolutions.com/micromedex2/librarian/CS/D11222/ND_PR/evidencexpert/ND_P/evidencexpert/DUPLICATIONSHIELDSYNC/C88B49/ND_PG/evidencexpert/ND_B/evidencexpert/ND_AppProduct/evidencexpert/ND_T/evidencexpert/PFActionId/evidencexpert.DoIntegratedSearch?SearchTerm=Capmatinib&UserSearchTerm=Capmatinib&SearchFilter=filterNone&navitem=searchALL
https://www.uptodate.com/contents/capmatinib-drug-information?search=Capmatinib%20&source=panel_search_result&selectedTitle=1%7E8&usage_type=panel&kp_tab=drug_general&display_rank=1
https://www.uptodate.com/contents/capmatinib-drug-information?search=Capmatinib%20&source=panel_search_result&selectedTitle=1%7E8&usage_type=panel&kp_tab=drug_general&display_rank=1
https://www.uptodate.com/contents/capmatinib-drug-information?search=Capmatinib%20&source=panel_search_result&selectedTitle=1%7E8&usage_type=panel&kp_tab=drug_general&display_rank=1
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#7% 4 % : onasemnogene abeparvovec (Zolgensma® )
Bl - ESBEE R L E

§ 93

¥ AP X S5 (spinal muscular atrophy, SMA) & - f& =3 A 45 % 7 $+& BF 4 ¢ 48 (5q
11.2-13.3) 1 SMNL A& Fl4 finrig % e it id @ 7 Eaﬁsfga R Stk B S
A BTG R A SRR A ESI A > R L BRI SR
up ﬁ123

et R E R ZEE 2 595 110000 (6 By B o ov prag L NG
1/17181%) > f{»w?ﬁ £ A ATd 2 95 25 e A e 4‘%‘.””“?‘ % »fﬁvrz{ﬁ-’ 7
FRBEAEY @ RTH TR DR < TR BT ‘/‘Eﬂ?ﬁﬂf &8 RREF
FRABER AR R LANT G 400 LA ROV R t{i o

2016 & B 450 & EBPup £ 1}71}_/?}%‘%’5#}‘5 FRERE PR @ " IR EFLEER
a&% (FDA) 37 #3055 SMA» szl 5 i ¥ B E e n AR 2 Fprxo L G
B KF o ¥ — %784 % SMN2 & F]# it > 4o nusinersen (Spinraza® ) ~ risdiplam (Evrysdi® ) ; %
- % 2# ~ £ 2 SMN1 4 %] » 4= onasemnogene abeparvovec ( Zolgensma®) ° o« @ & < #-4 &
# ~ ¥ = SMN1 £ %)2_ # $ onasemnogene abeparvovec ( Zolgensma® ) -

FRpSe AR

AR X R RO R FIALE $ A g A 75 7% A F] 1(survival motor neuron 1, SMN1)
ARG WREFENE ﬁvzé < 33 7% (survival motor neuron, SMN ) 3o % 4 i (v & % e
AT R e B e B 1 B R FIALA Flak g A et 4 3 0T 9 SMIN B T
mir R Y.

A g SMN #id %7hF SMNL £ SMN2 > 4 %3t SMNL 7 12 @1_@4 R R T
SMN2 @i 7 SMN F-v ¢ 5 5 10%E5 = 5 ic » H 4 00% F—v Pl iy 2 B LG # i o
d % SMN2 & 27 @i 10%* it & ¥ 7 SMN F-v » “702 P 9303 SMN2 £ ficdd 5 chf &
P 7 Wit ¥ HSMN 3od B 2 A% 5 o Rk Tt Ak

HoER  LFRALESMA Bl 8 35 2 ¥ H i SMNL 8 (- 2 ¥4 1 0a
ESMNLAF] - & p A adifkhid Mt ) a SMN2 AF R 8 ? BRI ELH TR
R BE ARG M o - A 5 0 SMN2 A F1E ok 5 o 3 5 £ d0ARa0 ~ TR R AR
T NG A FEEA ¥ -~ ] (R- ).

-~ ARRPCE X EE R S 8L R FE (S A w

ER MAEEN T Bk o TOEETAZE 2 M

E| 2718 B A T L2 @i s 30%E 7 i 25 K
=4 uifﬁﬁﬁgﬁiw Bop oo ow i E G X

EN BAMEAER k- F BT L RE -
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Onasemnogene abeparvovec &_r4 2547 e e 2 4] % 9 n iF 3 9:]17&1 R R AL i
(adeno-associated virus type 9, AAV-9) 3 Fak - NIRRT Z4 > 7 SMN A F]e1cDNA »
T % s N B i SMN 3¢ 5 DNA # ~ é,—"“ fmre oo @ mre iy 4 2 = SMN
v o FIpRAPTE c BP PAZ R R R D R UT 0 KA TR 2 SMA ¥ R
BPESEHBL  HSMN2 228 3% > 2 ave @ ef i BE X 12 it A
¥ 30 % & %o

;\?;;?33216

Onasemnogene abeparvovec # "% & % ;2 &3] 3 £ % 2 x 10* vector genomes (482 7]
@)MLo@%<aaﬁw%Ma%’@wwém%@AmWﬁL % (1.1x 10" vglkg) 4%
= - Onasemnogene abeparvovec f& i1 b+ % §Tf i& 7 8 = §# 7% ﬁ%] L T 01X 60 A BER
LCRRARE A PR Y BEE SN E R A

Borotp R T (P20 aER-60 &) ek x B o g H T B 2
ﬁghaﬁ%ﬂ<%«28&%—£%wah&w@% EAG o TRLERER (S
2-8R) w14 X o hoBBME R BT A SRS 0 F N R mé\ﬁiﬂ“i P F RN R R
s\ﬁiﬂ Ao FERT IR Bk S EF R o ERE AL (TR ) EF -
R %L&m?yo

T 24 ) PER o BRI LA & ez o v R prednisolone (1 mg/kg/= £
W E ) THFF 30 X IEEFF M o 30 X B AP TR i (ALT ~ AST - total
bilirubin = prothrombin time ) » &3 F £ RPF# i 2~ = B 7 o §m 4 & 3R LRI H
ﬁw%%’n@k%ﬁ#MMRa¢ﬁ§%ww*o3

PRRHANARRE P DA AR B X 2 fon 3 BT RAEDE o TR
LR A B E K Al L s fg B > 3 RI7 f&diiL onasemnogene
abeparvovec -

Lo mBEWME B %2

A MEFF (ko) # 2 (vg) WHE A2 (mL)
2.6-3.0 3.3*10" 165
3.1-35 3.9%10" 193
3.6-4.0 4.4*10" 220
4.1-45 5.0%10™ 48
4.6-5.0 5.5%10" 275
5155 6.1*10™ 303
5.6-6.0 6.6*10" 330
6.1-6.5 7.2%10% 358
6.6-7.0 7.7%10% 38.5
7.1-75 8.3*10" 41.3
7.6-8.0 8.8%10" 44.0
8.1-8.5 9.4*10" 46.8




fa L FREN

AL R (ko) #E (vg) RARFH (ML)
8.6-9.0 9.9*10" 49,5
9.1-9.5 1.05*10% 52.3
9.6-10.0 1.1%10" 55.0

10.1-10.5 1.2*10% 57.8
10.6-11.0 1.21*10%® 60.5
11.1-11.5 1.27*10" 63.3
11.6-12.0 1.32*10" 66.0
12.1-12.5 1.36*10" 68.8
12.6-13.0 1.44*10" 715
13.1-13.5 1.49%10" 74.3
13.6-14.0 1.54*10" 77.0
14.1-14.5 1.59*10" 79.8
14.5-15.0 1.65*10" 825
15.1-15.5 1.71*10" 85.3
15.6-16.0 1.76*10" 88.0
16.1-16.5 1.82*10" 90.8
16.6-17.0 1.87*10" 935
17.1-175 1.93*10" 96.3
17.6-18.0 1.98*10" 99.0
18.1-18.5 2.04*10% 101.8
18.6-19.0 2.09*10% 104.5
19.1-19.5 2.15%10% 107.3
19.6-20.0 2.20*%10% 110.0
20.1-20.5 2.26*10% 112.8
20.5-21.0 2.31*10" 115.5

B Epd g

&d onasemnogene abeparvovec $“48 5t jE ;&% 0 T 3E i AR fJ"\,,z ¥ g BT
g ¢ ¥ RF chdcE - 5% % BT onasemnogene abeparvovec i & %18 X if f LA AN
z@%’f#ﬁ]ﬁ_ %;; 30 P !r‘ ° Lt_%] A% - X8 R 2 v ¢ ch onasemnogene abeparvovec kR
AR R R 990.1%-0.01% 5 MESERFEFF TS o

AP AFRIEGERA AN S 5T R XA LT B AP Lo PRI 1.1 x 10%
vg/kg | & ﬁi%] /2 onasemnogene abeparvovec & snB F R R KR hyt A LR kY BFRG F 7
T 5% U1 DNA cni 5758 o M2 o e Rk~ ORI TERER T B PR R é
#¢ s %,?*s*q;,{ N B#F%f N A ,]@L_afll SRR 3;511,’;{ -;EIJ@]?@ DNA -



WARFTEFES LT T F% 0 Panily ¢ o < L3 (8% o

e~ LR R BiER 2

BT EBRTRABAT Y Y 0 Mg 99 i iEdpE s AR (L1x10Yvg/kg) A EiER
onasemnogene abeparvovec-xioi % > > L ESE Y F A EFE2F LFE B (22 ) FOFRE %
ArEdr b 2 (24.2%) 3 1 (9.1%)  rRet (8.1%) fe3 4 (5.2%) -

F4 X EL Y LI(21/10); F L :(>1/100 2<1/10); - & :(>1/1,000 % <1/100) ;
F & 1 (>1/10,000 % <1/1,000) - &% & :(<1/10,000) -

2272 AE R
MedDRA % 5t - - )
, * 2 A &
= F Y =¥ ¥ -
T S R APV FR (Gg_ﬂ_]%ﬁ,);\ ’ s e
n /&‘I;E?# ,f\ ..VL.}ZT\: Fﬁ * i ‘“- ” %;)J.ﬁs:/ﬁ\‘ ) p *}:“riﬁ. . ? )P\:]é%
VYRR e
AR B A (8 F I g | R
P ]23 B dE Mg f.ﬁ) N ,Fiﬂ:r_#ﬁ“ 1'5
SRR oy
popn g mnspe | (SIS AT gy
¥ %%—iﬁ’i-ﬁgﬁﬁﬁAST\F& BUAF SR 4e &5 RUAF
¥ RRLE R T IS g ﬂ"i\: 4 T 7 e
i GER WA ) Fod fovedt goe 1)

~

BESL 20 F  SARAT R T RA FHEAR 0] ELY ARER
R B g e (R R MR R ) D F L AR ES R 2R P
—-’9“°ﬁﬁﬁ“ﬂi“’A*ﬁ%ﬂﬂﬁﬁﬁﬁﬁﬂww%fgﬁﬁ,vruuyﬁﬁﬁaiav
R (%% § A E Y AST e 4 A BF ALT ~ 558 o & foita f5 R PF ) it % & 3
CEFTRPFH B o

4L 2A 10,11,12,13
7 ¥

=
= N
28

Onasemnogene abeparvovec & # ®E7vp £ S hR B 2 o Fl 5 0 B4Ry - S
*;%“i’ X o p % onasemnogene abeparvovec i Eik ik A4S KL T P Mt - T E
ECEE S TS S IR R NSNS Y Eab R A B - Nl Ll
ﬁﬁ}i‘ FMaE R e ES QR TR EREAER LA KL P F ke S
2023 & 8 * #-onasemnogene abeparvovec (Zolgensma® ) 4 » ik » ¥ i ig { % e Bpyop
LHERp A

ﬁ*fﬁﬁﬁ“*’“ﬂmﬁmﬁI%ﬁﬁaiymxﬁ,wrﬂf@?%«%m%ﬂ
ORIRBCE A iR R FI e F TR SR LA R R s e 2t
?ﬁ%ﬁﬁ@ﬁ”‘ix?*@k@¢diﬁ’wé”%€aﬁ?ﬁﬂi%&?ﬁ%&ﬁﬁo

RS
1SMA i # 4 & B~12 ¢ o 303 SMA - Available at

10


https://www.smabma.org/%E8%AA%8D%E8%AD%98sma

R e F R

https://www.smabma.org/%E8%AAY%8D%E8%AD%98sma Accessed 02/2024.

2. 5. H LA %Rk L5 - Available at
https://mcp.fda.gov.tw/im_detail 1/%E8%A1%9B%E9%83%A8%E 7%BD%95%E8%8F%8C%
E7%96%AB%E8%BC%B8%E5%ADY%97%E7%AC%AC000029%E8%99%9F?item=5869
Accessed 02/2024.

BALME A SRR S € o R #-Onasemnogene abeparvovec - Available at

https://www.pharmaceutic.idv.tw/prescription-view/Onasemnogene-abeparvovec Accessed
10/2022.

4.Chien YH, Chiang SC, Weng WC, et al. Presymptomatic diagnosis of spinal muscular atrophy
through newborn screening. The Journal of pediatrics. 2017;190:124-129.

5. MM L L pk g g AR A LA B 6 o F R X e A TR %
2 fFH A B@E L P o Available at
https://www.tfrd.org.tw/tfrd/assets/uploads/library b1/65/tfrd 20230424111748.pdf Accessed
03/2023.

B.tit 2 T E IR LS b % 2354 o Available at
https://www.fda.gov.tw/tc/includes/GetFile.ashx?id=f638312558619753770&type=2&cid=45468
Accessed 03/2023.

7.UpToDate : Spinal muscular atrophy. Available at

https://www.uptodate.com/contents/spinal-muscular-atrophy?search=SMA&source=search_result
&selectedTitle=1~52&usage_type=default&display rank=1 Accessed 02/2024

8. UpToDate : Onasemnogene abeparvovec: Pediatric drug information. Available at
https://www.uptodate.com/contents/onasemnogene-abeparvovec-pediatric-drug-information?sear
ch=SMA&topicRef=6146&source=see_link Accessed 02/2024

9.Micromedex : Onasemnogene Abeparvovec-xioi. Available at

https://www.micromedexsolutions.com/micromedex2/librarian/PFDefaultActionld/evidencexpert
.DolntegratedSearch?navitem=headerLogout# Accessed 02/2024

10.5 % Freid b R348 o ¥ RpRoop Lapm F ok i 41 02022 # 08 * 177 4 - Available at
https://epaper.ntuh.gov.tw/health/202208/project_3.html Accessed 02/2024.

11.0gbonmide T, Rathore R, Rangrej SB, et al. Gene therapy for spinal muscular atrophy (SMA): a
review of current challenges and safety considerations for Onasemnogene Abeparvovec
(zolgensma). Cureus. 2023;15(3):36197.

12. Erdos J, Wild C. Mid- and long-term (at least 12 months) follow-up of patients with spinal
muscular atrophy (SMA) treated with nusinersen, onasemnogene abeparvovec, risdiplam or

combination therapies: A systematic review of real-world study data. European journal of
paediatric neurology. 2022;39:1-10.

13.Chong LC, Gandhi G, Lee JM, et al. Drug discovery of spinal muscular atrophy (SMA) from the
computational perspective: a comprehensive review. International journal of molecular sciences.
2021;22(16):8962.

11


https://www.smabma.org/%E8%AA%8D%E8%AD%98sma
https://mcp.fda.gov.tw/im_detail_1/%E8%A1%9B%E9%83%A8%E7%BD%95%E8%8F%8C%E7%96%AB%E8%BC%B8%E5%AD%97%E7%AC%AC000029%E8%99%9F?item=5869
https://mcp.fda.gov.tw/im_detail_1/%E8%A1%9B%E9%83%A8%E7%BD%95%E8%8F%8C%E7%96%AB%E8%BC%B8%E5%AD%97%E7%AC%AC000029%E8%99%9F?item=5869
file:///C:/Users/a0380/AppData/Local/Microsoft/Windows/INetCache/Content.Outlook/0RVK3GV6/Onasemnogene%20abeparvovec(pharmaceutic.idv.tw)
https://www.pharmaceutic.idv.tw/prescription-view/Onasemnogene-abeparvovec
https://www.tfrd.org.tw/tfrd/assets/uploads/library_b1/65/tfrd_20230424111748.pdf
https://www.fda.gov.tw/tc/includes/GetFile.ashx?id=f638312558619753770&type=2&cid=45468
https://www.uptodate.com/contents/spinal-muscular-atrophy?search=SMA&source=search_result&selectedTitle=1~52&usage_type=default&display_rank=1
https://www.uptodate.com/contents/spinal-muscular-atrophy?search=SMA&source=search_result&selectedTitle=1~52&usage_type=default&display_rank=1
https://www.uptodate.com/contents/onasemnogene-abeparvovec-pediatric-drug-information?search=SMA&topicRef=6146&source=see_link
https://www.uptodate.com/contents/onasemnogene-abeparvovec-pediatric-drug-information?search=SMA&topicRef=6146&source=see_link
https://www.micromedexsolutions.com/micromedex2/librarian/PFDefaultActionId/evidencexpert.DoIntegratedSearch?navitem=headerLogout
https://www.micromedexsolutions.com/micromedex2/librarian/PFDefaultActionId/evidencexpert.DoIntegratedSearch?navitem=headerLogout
https://epaper.ntuh.gov.tw/health/202208/project_3.html

B2 2T
7 topiramate = & ¥ %7 i M4 I A SF T IRER &

N NCAT LY

-

—

F - 2FFEF 7 LR R4 wFF 5 topiramate £ A FHF 2FR

Topiramate 3 7 sulfamate P~ f 0¥ pE4F - P+ A 7o topiramate F g 2 S5 17 hEpR T
* 2 FEr ] T A B PR ET TR R e 3T 1 G S 40304 GABA-A X 88 I A e i
F 40 AMPA/Kainate 4 %fs < A8 1 ) 2 Frdl i prre (Bu Lk a2 e IV) 4B -

2023/9/1 @/'Ll‘l%g%‘? 2h (EMA) 2 # 5% >ZAREh %54 f § (PRAC) ## %
PE O RPIRE Y F R T topiramate & A F R0 TS B2 A GF T RR
(neurodevelopmental disorders) 2 b *& - i 2 ;RFRB-ATNE 78 % o

A2 a7 topiramate & A E Rz FHFRE 2 TP AR AR A ko 2 AR
& 3 Lennox-Gastaut Ji i ¥ 2_ g 2 R > ¥ ,y+ 55 7 L PR Sl B4k 0 % 2% partial
onset seizure 5 & 2 ¥ - B 5 ST hER fa’ TR ;\:n [ % GIRF AFS T A e BT E o
HEFTHRE ) PREFHERE AR A4 B EE 2 b s o

FOFRARZpARALE

_‘?&Aﬁ%gﬁiﬁ:

1.2 5ol 4~ @ * topiramate § B3 Bef G 04 X052 4 B o BT auT T B A
7R WY topiramate T ik § e T8 P 5 T HRARL o KRB BT AT
Tl EAGB e 2enw P> A G ie ™ topiramate o FERLATF T o RE i A o A
f2I0 % #p FFPR* topiramate 2 b ' o

ZHPLTL S PRLLERRABPR KD PIRRFILRMEEALGE 15 B
PR GAREE ek B AR DR toplramate P RERE 1133 ERp EEE
ZINRER S T R )

3.1 topiramate ¥ 844 12 i o R LRTR & U TR I SR TR 17 ALk
BER -

SR A RLLEE

1 D‘ ;‘7—}-’\

+ ¢ P 4%f§ 7 topiramate = A # 5-F i § FRAXGAS ¥ & & topiramate T4
AN :".i P gy g Rl el ) M E e TR % R tOplramate P -

L P R TR %\m&. o Aep PR EEIRE A s LR Y B R o
2. gy FéF—*ge A G PSEF o I fJR* topiramate m)%*éi’ﬁ/ﬁa‘ Vi BRI F
AT B E S F)T *b EHBAADNREFFT o FERESRIT LMY > 2 TR

«'E‘r’? B o
BEHN T EG Em gl o I FR AR

12



R e F R

RN e Rt ]

[ERNEEY - A & A

OTOPA2 TopaMax 100mg tab /% 5|a a4z 100 = % topiramate
OTOPA4 TopaMax Sprinkle 25mg /- %’r HEc A% E 25 R topiramate
OTOPI2 TopiNmate 25mg tab /% &% 4z 25 % 5 topiramate
OTOPI4 | Topiramate Sandoz 100mg tab /3« & £ £ 52 4z _100 % 5. topiramate
OTORA1 Toramate F.C.tab 100mg /i 7 "% 42_100 = 5. topiramate
OTROK1 | Trokendi 50mg XR cap /< i & 4% F 1@ £ 50 * 5 topiramate

2 T kR

Lo#red 8¢ 2021 & S4%Y ph 5 e r?&?ﬁﬁ;%? g2 7 Rk SRIMIGH4p5! o Available at
https://www.vghtc.gov.tw/UploadFiles/WebFiles/NewsFile/Files/ee52179c-e937-4e05-ada4-5a441a414b7
7/2021%E4%B8%ADY%E9%A2%A8%ES5%BE%8CY%E7%99%B2%E7%99%87%E6%B2%BBY%E7%99
%82%E6%8C%87%E5%BC%95.pdf Accessed 12/2023

2.2 ARTI3% 8 S F 5 g% o 7 topiramate = 4 5% > T b &AW £ o Available at
https://www.tdrf.org.tw/wp-content/uploads/2023/11/2023-topiramate-safety-alerts.pdf Accessed 12/2023

13



https://www.vghtc.gov.tw/UploadFiles/WebFiles/NewsFile/Files/ee52179c-e937-4e05-ada4-5a441a414b77/2021%E4%B8%AD%E9%A2%A8%E5%BE%8C%E7%99%B2%E7%99%87%E6%B2%BB%E7%99%82%E6%8C%87%E5%BC%95.pdf
https://www.vghtc.gov.tw/UploadFiles/WebFiles/NewsFile/Files/ee52179c-e937-4e05-ada4-5a441a414b77/2021%E4%B8%AD%E9%A2%A8%E5%BE%8C%E7%99%B2%E7%99%87%E6%B2%BB%E7%99%82%E6%8C%87%E5%BC%95.pdf
https://www.vghtc.gov.tw/UploadFiles/WebFiles/NewsFile/Files/ee52179c-e937-4e05-ada4-5a441a414b77/2021%E4%B8%AD%E9%A2%A8%E5%BE%8C%E7%99%B2%E7%99%87%E6%B2%BB%E7%99%82%E6%8C%87%E5%BC%95.pdf
https://www.tdrf.org.tw/wp-content/uploads/2023/11/2023-topiramate-safety-alerts.pdf

