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33%%#%13_7 FHRMTEH AR .Ps%giji AT «kzﬂv’f g Cochrane
Library/PubMed/Embase 4p B ¥ jt » V1B 21 & F 5 PR B R 2 B HERE

PoipM iRk %% o

&k
CADTH/pCODR
(v k=)
PBAC (;&/)
NICE (# &)

g T

L p I
32022 #& 39 17p 22 o

2022 # 37 18p =4 o

32022&3% 18p kAT

SMC (§1: 1) FAAF#=R L -
Cochrane Library/PubMed/Embase 8% % % o
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EFRFRELTH | RFEFTA2022E 20 250 4 -

3 1 SMC % Scottish Medicines Consortium gk it fg 4 £ A ¢ HER
(- ) CADTH/pCODR ( %t £ + ) [8]

‘v £« CADTH *+ 2022 # 3 % 17 p =4 F B * % & % avalglucosidase alfa
it ¥ % > CADTH 4 £ ~ £4 & & i ¢ (Canadian Drug Expert Committee,
CDEC) &3 .% 1 avalglucosidase alfa 2z £ #p @& * » #* b0 8002 7 f B < T

Ao F R OEBA TR

%_ 7 //z /;L
RANE N

© BRBHTTELESRFIRD T FRFL I KL
it {7 4_(ambulatory) » "1 2 K ¥ X iFin R p Lo

g | T A EREARET IR MRLRE R ¢ S ?ﬁﬁf

2 k=

v 14 2_ s %87 % (Pompe-specific cardiac hypertrophy) ~ £ 7 B &
A

PP RS BB TASFR RN Rl g) A @ﬂ

B g r 4 E R g P B 30%3 85% o

FriEd | kK },@méﬁxg},@A L AR R e

[ %’},% A IR s iE - fRe R i % avalglucosidase alfa Jp o :

* it DL E ’rﬁﬁi%] ;1 F J(infusion-related reaction) °

BRI e A RINEE T P E HIRE -

e EHAEEANHRIEFLDF VAN DK I B A AR
FANEE Bt e Benfe & o

g /FG RN G eRA BRSNS SRE v Jé"“‘l’éf?}
,‘q_,'fﬁm?g B Rt X R o

7 Y RF +57 avalglucosidase alfa % % > & H i £ 22 alglucosidase

alfa Ap vt > SR E G ISR E R e

1. Z2REda@d 22T Rk Y

l“‘b

£ 3% avalglucosidase alfa % * »v 803 3] & b < g 2 & @ Jp COMET #5% >
Ha B e;a;:}ﬂ LA H 49 F2 8 = FHr 4% 5 £ (forced vital capacity,
FVC) ¢ g8 @ | & v % it (upright FVC% predicted) - ;%% & % &1 » & *
avalglucosidase alfa f; »= 7 % *t alglucosidase alfa ; @ &= & redpth e 57 # 48
ﬁﬁﬂﬁ%%ﬁ%ﬂ’ﬁﬁﬁﬁﬁiiﬁﬁﬁ%%%%@—ﬁ’%ﬁﬁﬁﬁﬁi
R A B RSB L b G R R st
YRR R fCEys R iR A o PR LG KL :b‘;z\ ﬂ9 ’avalglucomdase
alfa $1° 5 4 X% Lenisfe § & 0 4p ot alglucosidase alfa E 5enigg o 4
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£ ~ Sanofi Genzyme = # 4& % avalglucosidase alfa cuE 3% % 2 fo4p b 2 4> =t A&
¥ > %% o1 avalglucosidase alfa #p #.>% alglucosidase alfa = & fix i< » ¥ 3
B ARy s ik o Flm CADTHA R g &4 M o

b LR g x T MBS R L] RGP PR LERLFR
A g alglucosidase alfa ﬁﬁ:}ﬁ" 3 & * avalglucosidase alfa #p i >t & 3F i@ *
alglucosidase alfa & 7 T@s 7 & ¢ *b > 30 @ * alglucosidase alfa & Ji 7 & & "F'i‘
F R E R (plateaued response) o5 A 0 B oW Ak L gy L R 3
avalglucosidase alfa ¢ £ § &k »x % > F|p* CDEC 7 #£ 3% avalglucosidase alfa &
i sk g i@+ alglucosidase alfa ip SR

2. KR X 2 HETR

CDEC &w®fs 1 & ikdf— 30 5 ¥ v ~ B B ELH R OH 2 I T H R R
(COMET) » %3k 1 B A5 5 $ % 5 Ao e AR B e & 50t 7 4
=4 ava1g1u0051dase alfa 1% — ¥ T2 f:f:‘%%(NEOl)'frﬁi ¥ 2% (NEO-EXT) » A %] %
— B TR R TR WAL SR RS o MRSk e B R
iﬂ—r'(m)z + FALE AP BE < %JlﬁwiﬁzﬁﬁcmnH%%it
3% (COMET)Z. &% o

COMET 3#% ihil & Froodpih 5 PR AP I % 49X 2 ZHFVC I H &
AR A R odp A 458 % BT 0 @@ * avalglucosidase alfa 27 ¥
*+ ¢ * alglucosidase alfa e W] (Ffh B 5 -1.1%) > A& A i BAR 4 2> Fpt
e Rt A SR - AR ERY TR A FEE R o8 A% 2
% > & * avalglucosidase alfa enie W] F L2 2 F & 3 AFL ~ F5 ~ R 5 T
¥+ PR %2 (alglucosidase alfa) 7 Fé"h FI? AFE N ARk e BT g X
'fﬁ Yo Y DI IRE SR o

CDEC 325 COMET #&kei 4|2 A » 2B 4B ed —gi Fé‘*{:;é—‘ﬁ T
7 3 (baseline)#F e s 5 £ & » b4 @ # * avalglucosidase alfa 2 %] ik ) & d2
SRR Avis 2 B R RGeS R A A s TR R E X o B {FL R hE
Bez BRELIp —kﬁiﬂﬁp B2 BaER 2R o2 RAEFI S 5 B E
FREEES T w@ﬂﬁ@%%?$ﬂ-Wvaaﬂ A IR NPNEE T

FRERS RS DAY PFHRLE A2 S RDFREER G R
avalglucosidase alfa =3¢ > L2 ATLELFRFE T L2 BHFHEE LT

h3 e folg B Kol o B O NRERER IR B L BRGNS XY TR
alglucosidase alfa e gﬁ—ﬂ B K NN ?i“'?f A Bt 0 A RE iR b kA
ROFTHFL > HAoPRr g AP E-

¥ - g o ikyp 7 4 S R T EK (constancy assumption) & B » COMET
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R ¢ E ¥R 2 (alglucosidase alfa) 4 I > Z 2 iE 2 A H TRA R TR T
HekApiT 0 &P TRk RH R o iE 2y B 4piT o COMET #2264 4 (7
1 LOTS 38 2% % TRk 3%k s fril R o g S ML £ 0 S BETBKRA > A
BROTAITREE D G AR A TSRS AL R <0 Rk
Tpd o R CEEF LA K 0 A B TRA % 9 alglucosidase alfa e X Ea i
RApiz o 2R@ & LOTS #5%4p+t » COMET &5 alglucosidase alfa E'_ﬁp‘ A e gl P
FHORE A IREG BHGe p A ERA CFVC AR ERF - A
A 4B (TRIE A B AF) 0 e B R AT A f3R 5 @ alglucosidase alfa .E‘_ﬁﬁ A
COMET #% i % A dele & LOTS 388 ihd - ¥4 5 B RT3 7 i
- ¥ # 1x COMET #5% % % i v avalglucosidase alfa 2 & i E 2. ¥ a4 >
PRUCETHYAFERAPT 2 F BAAPART SR Tk & RABRE TRS
4 1

B E 0 v7 ¢RI avalglucosidase alfa 7 % *+ alglucosidase alfa 2

= (’va o

|

B 5 o COMET i@ en= i@ &2 £ < TR 8 A 00 - ok & 5305 &
FF ML SR0E BHTHG U T MRS R R PR KA

R 2A R L VR AR AR o F R P R2AR L TR FR K
Bpr eV -3 g FEWRELSELHL AR COMET @5 j - & HFH
EY@ET ' ML COMET & # 325 & % o ¢ ¢ > 445 COMET %
TR dpthdod < o F R4 (MEP) ~ 2 B 5T £ & SF-12 & #c~ e ds (72 i 3=
& (GMFM-88) " »t 8L 4]k B ks 4 a% 6 > 2 Ronk o Ak T30
BREG AR o

3. mxMHL A

v £ % e % S5 B4 (Muscular Dystrophy Canada)¥ 4 £ < B b e ¥ §
(Canadian Association for Pompe) & i% > &-%¢ = & i [ < A A R AR
EHEFARHDR > T RFAL LA REG MRL CESDL R

(1) Be b ¥t doa 4 2 3(8 28 % a0 4 vivd T frfeid 4 ) fort et 5y N
B HFE A RETAER R R FALE R IR o LR L
b ¥
|4 Ea

\\\?{r ~x

QFALTEEE I L] BELERDL CEESF SR NES% LR B ILN
H T * Pl &7 5 & Kki#g* alglucosidase alfa i {7755 o %K/vv\f)?‘ﬁ * & T R
R AR EEM L > REF R AR TR EE- el A H

P LOTS 5% (9] = 18~ %7 ~ L BHHROF Z YTk Fok B % A3k 0L p
fi ~ % % alglucosidase alfa » /8 % 5 % E#| o

¢ AFERHAl P > COMET 3% ¢ alglucosidase alfa &2 % & £ 8 5 2.87 > @ LOTS &%
alglucosidase alfa &2 % FH L 8 %2 3.02; & Bk 1782548 5-0.15 pft 7 7 12
B TR TR E 11% 0 AR % o
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%
H\
n\—k

TR ARG £ .

3) i+ frﬁ@&—“‘%‘*’ﬁ FTER SR ‘sb}aw:f 4
B HT AR R A A LS E S R E R
%%%ﬁ%$4x’uaﬁﬂ*%vﬁﬁ’ éﬁﬁ%%?%@%&o

(4) & =4 X avalglucosidase alfa Tk 2% p 4 & &0 Awgr 23 3 &G
o wiRsk RS If& ARFIER R A T R A et d ) P
Boreed ot p W A B foe kR o

(B) *TF PR b “E A T AT UBL R AEFTLE > 0L A
BREL oA A A AR R EL T 6 TRt i et B
RIS R A o

"L“

seEER S L s LR ?E}‘ﬁ:ﬁ:ﬁﬁ

;ax ‘+‘ﬁt el

(=) PBAC (&) [10]

EWERS AL R §(PBAC)YT 2022 & 30 18 p &4 > A kA%
% 5. avalglucosidase alfa 7] » § B & ¥ i % 7.3+ 3 (Highly Specialised Drugs
Program, HSDP) » it 5 & 23| £ ;g (IOPD) ~ # > # 4 i £ X Ji (juvenile-onset
Pompe disease, JOPD)% = i 4| & [ < jz (adult-onset Pompe disease, AOPD) 535 5

e ©

e

1. 7z Ed

PBAC 3% & avalglucosidase alfa * ** /o s A1 R b “p(e 7 7 > # ARk T
SR A E AR L SRR r g R AT 2 7 alglucos1dasealfa o @ f BRI B
b ')'v/fzfﬁ”% C HARR R xR L RBHE A Y HEP LG 3 AP FER ]v
KR8 @ 2 > avalglucosidase alfa ¥ ic #& &£ alglucosidase alfa 7 4p 02 e >

o B nfk IF AR HEROERT » PBAC 3L 5 avalglucosidase alfa AP FIT S }%‘
GE- X AR boSop e s AR LN g g pnehis R o e H B 4e ml&i‘g N S F 8
o PR AREEM

ﬂrn
34
\1- ‘\

\“—
\rr'

o
3
¥ ®

2 f}lr‘g\?‘ L»I‘I%%%.":f‘l\l ]l/ :k

72 Sanofi-Aventis = & ¢ # avalglucosidase alfa % i * 3¢ = %3 @ B 2
y%ﬂ@ﬁ@@ﬁé%%@»;»ﬁﬂ%&mm«¢M@9i~ﬁmﬁy
WE S EA L VE(EHFEZI8 R BY S EA R NEEBENT I 0F
Eooe g teEEB AR 2(F A EFEE IR E 80%) ~ PER T IRE 0~ P A
B oo

S FOEYURE SRS EAREL AT AHAELRFARE TR o
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B g @’&ﬁéﬁ%‘ﬁ%ﬂ%$%»*@&#yﬁ‘ﬁﬁﬁﬁﬁ
3 M &g ;ﬁ; & H T gg Rig ;m?ﬁ}%;k,m, IVE c,.;}fgﬁ:;%&ﬁ;;;;‘gp»
B e IER S G T 4 2R ok e L .ﬁ.}ﬁayf‘%{ﬁpsé.féﬁ? °

w
o

T

i® M Sanofi-Aventis = ¥ $#& 2 14 alglucosidase alfa iF5 31 & %4 %> 2%
REAI( 2 ) (7 5 Lt » PBAC 45 alglucosidase alfa fc %+
Ft é % 53+ 4 (Life Saving Drugs Program LSDP) » i® 5 in R B 23] ~ 5 > & > 1Y

v

2 X EA R P Sz i &% 5 avalglucosidasealfa th%-+ 5 o & PBAC:n 5 » &

# 5.4 14 2+ F (Pharmaceutical Benefits Scheme, PBS)# & (RS SCALY, WA BET
Bl afin™ X FATT s L FEROLET &

4 TeR R

é%ﬁ%ﬁﬁ@&%ﬁiiﬁﬁ T2 () 2R FTHEARM R M
W & 4f i PBAC $20 #7322 38 S Bicdii=h o

(1) 9% A B B ek 2c P PBAC 32 % COMET @5 1 & ,kalﬁﬂl_(m 4oL
k48 17 3Rk ) S 78 avalglucosidase alfa *t 3 »c7 % *% alglucosidase alfa &_&
ins #Ra o PBAC 74 I p m * 7 B 5 75 2 (overall survival s f 2 AL o

(2) % 523K B S oc  PBAC 323 mini-COMET 35 e jp et 3K i 82 4
BIGTRIBIAR)EERECARL b hESFERF(FRY 28F =<
24 B2 )F AR 0 SRR L T A G BN enitit 447 - PBAC 3R
R ATHR ol & 2 A L 3F avalglucosidase alfa * 3t B 2% B Ko
7 % >t alglucosidase alfa shiE3k o 2@ E 48 A 3 - avalglucosidase alfa * +t 5
52 B BN 2T % ¥ oAt ¥ alglucosidase alfa #p i o

(3) % > 1 :PBAC 3% 5 avalglucosidase alfa 3% > {4 J& 22 alglucosidase alfa 4p § °
PHRFFEFTHEFANAFRF AT T

(4) 2x EHER: L2 FH RS 5 R Y alglucosidase alfa(i® 5 5 & %
# %~ avalglucosidase alfa) 7 # & 588 5 7 7% 15 % % iR % % - PBAC /2

TR F R o g (4 R E R A s s FER) S T R a1
iR AR o Ra o tF:«’E'F S g iR A PR AT AP

B 4

ﬁylﬁii'fi"

(-mb \

x

5. FEFLL

f Mini-COMET ##5 % B 2cMh% = 9 585 3% > 3#5% P 05 =% avalglucosidase alfa # ¢ 3
alglucosidase alfa /¢ Jr 5% B 2R e PS4 2% 2142 4§ Fwldpie L AR
22 () 205 FHREMM B
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PBAC i% i PBS ":Pé‘:é-?f%‘}ﬁ'?’ ‘kﬁfﬁ”ﬁ Fﬁ@)"% EXAEeng B & kb g
o A 1R PR X 5 F& B AR 0 E APRE e B R PRt € (Australian
Pompe Association) X % R F 5 g 5 2 ﬁ*(Rare Voices Australia) » #% &7 2T F,
g

() FRFFRCRLOIMER LRI H Ll o LA
Zovbe3 ZRAg o A 53‘,%;}5-;»@}%‘55@}%’\‘?"&14% P TP FREFTATE S

(2 #B ke e ﬁj—‘;*« :PBAC/Z & IIiRM R b “Jgt> € $% % avalglucosidase alfa tjs % &2
iR E AR FFRE KA RERATFOFFOREE R R E
ME AR f”ﬁ%]/ K ‘*—%ﬂ’}%}‘m*l R A3 LR °W/E/"l—?—ﬂa}")ﬁixﬁ‘ﬂﬁii
PGS EN o 4 0 £ AT R R 4 o

(B) B B N A R BAEE o A feRAEE RIP R B OVERTR A LB R
R SR St o R H BRI AT L ARS f‘?ﬁ%]‘}i%—%‘r%ﬁ"ﬁ? SR

(=) NICE (# &) [11]

£33 2022 # 37 18 p ik » B 4EF avalglucosidase alfa | 3% & K K i
BEREL BT TIRWNICE)2 B eF - &5 avalglucosidase alfa 9% I+ &
wEP o FE 2022 # 8 2 B4 Pg)%‘fi#:’irfﬁ =
(z) ##REFTH

B PR BT

5

(1) SMC (&# )

£3 2022 %37 18 p 1 » B 45 Tavalglucosidase alfa | 3% gt if Z 4~
4 B €(SMC)= F 7 » x5 avalglucosidase alfa 2 FRPHFRIEL -

2. A FTAEARM 2 g
(1) #%F>:2

& 4F £ * 3> 40%F Cochrane Library/PubMed/Embase T + F L & 2. & % 3P 4o

SPBACILR I F A 7 (7 ,/y@é& PBA RRERR FHLGF DGR 730
LB AN avalglu0031dase alfa 3  PBAC 7= /1 & | avalglucosidase alfa cH% # % 5-c
4§ 32 & 4p ¥t alglucosidase alfa *% 4 o
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1T 7] PICOS fas #0F i 12 » Ti0F B £ AN RATHEL HF 2T 2 54
¥ (population ) ~ 7> = ;* (intervention ) ~ f > ¥+ P& & ( comparator ) ~ f ><ip| £
ip % (outcome) % #1F K3 & > 2 (study design) - B H0&F iF i FIL 4o

P iEE DR

jﬂ'
nE
ﬁ%ﬁﬁ:ﬁ

TS e LS

Population A
T

%

Intervention | avalglucosidase alfa

Comparator | A 3K 2

Outcome A% L

Study design Tk % (clinical trial) ~ RN e }Fﬁ% W é{éf (systematic review) ~
S & & 7 (meta-analysis)

i% Bg i 2. PICOS - % i Cochrane Library/PubMed/Embase % < TR
32022 & 3 % 2 p > 2 Tavalglucosidase alfa |~ " glycogen storage disease type II |~
"Pompe | s MeEF & FH0F » F Lok 30 \qfaho o

(2) =%

2022 & 3 % 2 p ik B4R iR (F40F 0 4 W)t PubMed 7 3] 3 £ F R
Embase 1 ¥| 50 & 7L » Cochrane Library 7 3] 19 & 34l o 5k 3 2 FHE’—{T\?%{
&R 58 PICO 3 3 &2 % h(de % PRAE) 5 5 & % ff[review] ~
#%%yiw%%@%wﬁﬁ%%%@&%ﬁ%ﬁpﬁgwﬁv%’&wfﬁ
T EFR(E S IR RS RER)E TARER AT AP DR o gtk s A2
%ﬁ%%bﬁﬁpﬂ’*mwﬁv%%%kmé%;kbﬁbﬁ,ﬁﬁ@xbﬁ

SRS AR L T LA AREFFE L o Ft o PR AT

BS A PSTIRA R B R EEAAMTH RN AL .

4w Avalglucosidase alfa 1p B Tk 5%

BANA | et SR R R B i 17
NEOI o REWE L E - PIRAK R
AR | [12] o ok %% i alglucosidasealfa 5 & A S50 2
bR B AR B R
o KR e AT EA2I8 EF L o

" 4o NEOI/NEO-EXT #5% 4 B>t §i 3.5 #fr 5.5 2 pF 7 % 2 Ap M #cdy » A 302 © 8547
2R o
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i R W R B RS TR
NEO-EXT o RHRYH I F D ZPTRE RS
[13] o Jz& 4% @ LA avalglucosidase alfa ;o e

HAR L R 4 0 3 NEOL ehk 9 3 Big= §
o GEERA C RREFY 0202270 24

COMET o BB EZDTRERR A LA PFRER o
[14, 15] o e ERH R ALISRZAFNRE R

o HEMKEIRHRTS PR AT IFL R o
Bl hitEe o G A AR o

Mini-COMET | * #Z%¥ 5 © % = I 524k 3%

[16, 17] o ek E A L A B U ol 18 A -
alglucosidase alfa ;¢ 88 523 B b <

s WERMLE L 3ANEE

ERSE0) :
B Baby-COMET | * #2%¥ 5] © % = I 05 ¢ 5%
[18] . k ier‘%l A% 12 B0 i sk cn 52 R B
o RERHIRHREFY AR RLER S
2024 & 57 o

F MBS AR b S ehfRsk Rsk 0 4 3 NEOL & COMET F i &L%%@w
B b REATIE T2 S AIRE L B RS T COMET #5% % % »
ARl F 3 COMET #Ek a%#(S 7 ook S5 a3 4 & B < TR )7
NEOI é%ﬂdf‘p & E 8P if BizkB NEO-EXT 4= A 478 % o @ B 2|k &
JE TR 5% 0 B L & 4§ 4 Mini-COMET &4~ # #icdy » 2 4§ it Baby-COMET 2
AR L K o M TRA RS R AT

A SR D AR TR R
(2) COMET :#5%[14, 15]
| - COMET 3% 3% 3+

COMET(NCT02782741) 5 % B~ % ¥ w Mg A v R 0% = W Tk B% -
WERAIRA XA BIFEK S 5 - B ﬁ;i;f.\ 49 TR B 0 B D IFER S 240 e
B i W ks 0 102 4k enif B o B IcE W R S 3 A g s GAA
PRGL 843 M RRPR I CAA A BRRPRE S ¢ ¢
Fioh D EAFRIEE 2 F 42 % 4 9 EE (upright FVC) 4 > 5 8 5.2 30 3 85%

Pl Ed Ed0 -~ B D3R E D k- BIEREE o 4 B EREFEVO) S ¥ &
_g_y‘ 80%14 F o

g."t *‘M

e
g8y
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Poae A lEfeR O FH RS RFA 40 2o o:fik",lrtﬁ # % ¢ &5 alglucosidase
alfa & H U B b SRRkt B v S5% «‘I{%Q £ 3 B b S gp e g & (cardiac

hypertrophy ) ~ % & i& » et ez pf £4 B BH R R T R R BN A

9

WRERY - R @ E M- - 2% 3 avalglucosidase alfa &
alglucosidase alffa e > Z U A E = THRFVC  FH EF » 4 (<55% 255%) .
M s EREIS R A =18 &) & *‘rs;q\ﬂﬁ&",,b Tk 18}% IV m;ﬁ A(p g
pAmeh)ivs Ak e %5 & E > o o avalglucosidase alfa 2% alglucosidase alfa &
Ty A ME 11 20mghkg KA k- S Le o B 49 (S 0 0 H - R
i * alglucosidase alfa s |3t % = FF g+ & * avalglucosidase alfa > fe ¥+ %
S B RS AR

FELARF s #R AP I3E%RS 49 X 224 FVC L HEF »
2 oM AR & Rondpih s AW I ¥ 49 & 4 489 7RI 5#(6-minute walk test,
OMWT)ersg it ko & 8352 6 » 32 % & K A 47 i 1% (hierarchical testing strategy) * &
P R fodp R 7 4 1R 0 F 19 LOTS @k el 7 U5k i
11% ; Eaiten? g 32 > L e- HRFREER T -

P #COMET i#% © % & % - PP 1T RIS - FRE 49 i 2 325 5 % [14]
ELE R el B A AR R L

Il - COMET 5% % 38 % &9 F#

AR T 100 R E Y o M4 R %X avalglucosidase alfa (51 )
£ alglucosidase alfa (49 i+); £ 2+ 95 =% ﬁ"ﬁ LN N R S A NP S TR
MR o A T oA BXRHADTREAIHFLE e B A T

-
7

™~ 1

iy

o

Il - COMET @5 4p$ »c 2 & 2 3= % 5% (% - FFE)[14]

Fere ¥ % kom0 % avalglucosidase alfa 2t 2% % 49ik 2 > Z $ FVC
AR ER A o dp T A 2 % 5 2.89% > @ alglucosidase alfa e dp ot A
2% SR E 046% 3 22 2l LR 5 243% 5 95% 1% #f % B (confidence

Iy FOm A 2o 3¢ aed o gif 24 E (non-invasive ventilation) R ¥ 4k~ 3E 5% o

K H U & fondpthde 0 AS 3§ 49 % § 54 (inspiratory muscle strength > 14 B 2 B % s R
4 [MIP)ip] &)~ sA 8 3 % 49 ik = § 94 (expiratory muscle strength » ™2 & = & + =& § /& 4 [MEP]
BIE) S F/Tsvg 4 F (upper/lower extremity muscle strength > 12 £ 3% g 4 2-[HHD]p| £) ~ &
#° 34 i (motor function » 17 -1 i #+ 7 it [QMFTiR| £ » A Heft Bl 5 0 % 64 A » A Hcdk § 48 4 )

D pgefh ok 20 2t § Aok 95% R i % B R A5 HE =k R) > @ 24345 LOTS #
5%? ¥ s alglucosidase alfa & % &2 B e B 2 80% G ¥ % B 22 T *Tdm 2 (80% 1% ¥ % A :2.14%
3 5.15%) 0 EH 1.1%528 &% F 7 alglucosidase alfa 4p #3+% 3 0 50%; 5 F %
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interval, CD) /i +0-0.13%2 4.99% » $1% 1L | SR PGRR L(11%) » 71 47>

Z 372 % $4(P=0.0074) ;

AR -

R E
3 fa» (24%) 11 2 EE R (22%) H v

— o

# 1 COMET 2% < 4 A9 §#

18 F]H A% 0 Flpt A
i alglu0051dase alfa(P=0.063) - H 4=t & K f»‘f»#p § U N 3 It
FHAY IS 49 B2 fockh g ot elkpied 2 o

7@ avalglucosidase alfa >t ¥t e
Ee 0 TERH

> M=% 2 % o avalglucosidase alfa 22 % L7 L F 2 5 # ¥F]W(24%)
v 3 A ol BRI A L o RS R R

avalglucosidase alfa

alglucosidase alfa

(n=51) (n=49)

£ K 46.0 £ 14.5 50.3+13.7

<18 & (%) 2% 0%

=18 3 =44 (%) 45% 39%

=45 & (%) 53% 61%
w8 (%) 53% 51%
8% (%)

I A 6% 0%

AARAEFZIFA 2% 4%

g A 92% 96%
LU B g E e 0 & 447+ 14.7 482+ 14.6
PLUTEp A BHER o & 1.30 £2.67 2.21+4.99
BEEHFVCHFHER A 0 % 62.5+ 14.4 61.6+12.4
» AR (TREAE 0 o < 399.3 +110.9 378.1+116.2
» A TRERE L AP EE A % 57.3+15.0 553 +16.6
MIP { sgH & |~ > % 51.74 £24.85 (n=43) 53.71 £23.47 (=47
MEP t sgfh e g #* > % 59.17 + 21.60 (n=4s) 70.21 £ 27.32 (n=47)
£ 54 (HHD)- 7 sooep 4 8 > Adic 133045462544 (ns0)  1466.16 + 604.91 (na6)
£ 35 ip) 4 (HHD) Paoep 4 @0 e 153595+ 673.60 n46)  1608.56 + 633.95 (n47)

LER SRR VAS /3]

41.29 £10.15

42.30 £ 10.58 (n=46)

F

& E # SF-12 » ﬁi
4 12 %> $H(PCS score)
ST A

> #(MCS score)

35.95 £ 7.82 (=50
48.31 = 10.11 (n=50)

36.76 £ 9.40 (n-4s)
50.58 £ 8.69 (n-48)

uﬁ;\ﬁ&;,@,\# N :ri\;—,l

fefd ¥t Gl B IR H A dcdy

T 3544L 7 (standard deviation, SD) -

22/50



111CDR02011_Nexviazyme

%2 COMET 35 % 385 0385 % 49 42 3 R foefp R 2 = & focfp 2 1

avalglucosidase alfa

alglucosidase alfa

BT BTy

(n=51) (n=49) (95% CI)
A 2.89+0.88 0.46 £0.93 2.43 (-0.13 to 4.99
BT AR % . . . . 43 (-0.13 to 4.99)
R RURR At 2
L oae 32.21+£9.93 2.19+£10.40 30.01 (1.33 to 58.69)
= A gy (TEEHE
TP ER AV 5.02+£1.54 0.31 £1.62 4.71 (0.25t0 9.17)
L oy 0
MIP } gy 5 4
LR 0 8.70 £2.09 429 +£2.19 4.4 (-1.63 t0 10.44)
MEP } sgHp B F »
LR 0, 10.89 +2.84 8.38 £2.96 2.51(-5.7t0 10.73)
T 3% HHD 4 #c% it 260.69 + 46.07 153.72 £ 48.54 106.97 (-26.56 to 240.5)

1 % HHD A ﬁﬁ:&é i 173.54 + 38.04 109.67 £38.98  63.87 (-44.76 to 172.51)
RN Bl VA

21 3.98 +0.63 1.89 + 0.69 2.08 (0.22 to 3.95)
SF-12 # 1@ /> fic % v 2.37+0.99 1.60 + 1.07 0.77 (-2.13 to 3.67)
SF-12 'uﬂ’&ﬁz%ft 2.88+1.22 0.76 + 1.32 2.12 (-1.46 to 5.69)

&%7

S a4 22 (standard error, SE) ©

%= COMET &% % - M E% 2P3ER 2%

avalglucosidase alfa

alglucosidase alfa

(n=51) (n=49)
e ? M3 A E 2 (TEAE)™ 45% 49%,
Bc£ TEAE 16% 25%
ﬁix?"i F & 26% 33%
TEAE 313 3385 0% 8%
TEAE %3 7~ = 0% 29
¥R AEE
B 24% 25%
TR 24% 10%
Ep A 22% 33%
g 18% 4%
i 9] 14% 20%

moosk Y Mg A E i

(treatment-emergent adverse event, TEAE)
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avalglucosidase alfa alglucosidase alfa
(n=51) (n=49)

L% $748 (anti-drug antibody, ADA)

e ® 11 ADA 96% 96%
w74 % ADA 96% 96%

R B % 2 ip 212,800 20% 33%
APt entE ¢ okl F & (neutralising antibody response)tt ]

R A ik i Tl 4% 8%
Bps A WPyl n? foiitllF 24% 40%

IV ~ COMET #% 48 #7722 % 2 135 % (% - 1 &)

WL SR ARGY LRSS E R - RS E RS
S R[15] e W R AR BRPU N RRPT  BYEFERAKL - PR
% avalglucosidase alfa 7751 % ;é—fg v 1R 44 i F % alglucosidase alfa e11% &
—fg o 3 H Z FEERFEH% Y 0 R A % alglucosidase alfa % ?‘;ﬁ;ﬁ o @
avalglucosidase alfa" » @ Jn 2L & * avalglucosidase alfa P %45 7 % o 3% % 97
T BT o FVC FSEH g A - 81 > 20 % - [ * avalglucosidase alfa
2 H 4e 2.65+1.05% ~ alglucosidase alfa 2.3 ¢ (0.36+1.12)% 5 = 4 487 {7 FEHL %
it 3% - FFELi * avalglucosidase alfa 23 4v (18.6 + 12.01) > =~ alglucosidase
alfa 3 4 (4.56 + 12.44) > = o

(b) NEO1 #5%[12]

NEOI(NCTO01898364) % % — # ~H A~ F W 5 P o ~ B uifsh » B% A7
BEFL213 & 77 32015 & 27 - 3 P 5% avalglucosidase alfa ** A 3
io R 5 2 4 alglucosidase alfa o enB g A1 P S 4 2 % 2 G Ea
FEhdd B ERE S UAFEABREE M AT SR SRR
avalglucosidase alfa £2 alglucosidase alfa e94p $F 5 <% % © ** COMET # &% 4 it
P B RO ~ % T &% alglucosidase alfa Ja % 0 »Y NEOI #Egk i *

avalglucosidase alfa ;5% 2. 4p B 2 %

FRRL RPN 24 BB AR P S p 4 0B Y 14 % 2 4R alglucosidase
alfa sl B0 b I AR B S A 0 TI0EEE 363 K0 A~ £ RS
TR Frer 7% o a F M LR RIS > alglucosidase alfa jof 2@ > F 5 1=
(36%) % 3E K *ofr ke 1 R| 3] avalglucosidase alfa #ufll > *032% % - TR Z
Plepaif 5§ 2 1,600 H ¢ 2 =550 (8 e < gt A (i 5 12,800) 5

" 1345 PBAC 3¢ 4 - j¢_alglucosidase alfa #& 4% = avalglucosidase alfa el %] » 5 20 4 = = %
97 ¥ if B o
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TOHO e R A AR Y - AR 6T 2k R R ol
5 1,600 0 823 FikEdaAEZ A2 4 > RS ABRRI P L o tfris i E
HE oA 2 > T54 4 avalglucosidase alfa 348 P B 5 p B 4ot 152 (4.7
£ 46.6)% o

+

Z ~ NEOI #% < ;%4 (4 alglucosidase alfa id i 2)* & 25 345 % (L ks

avalglucosidase | avalglucosidase avalglucosidase
alfa 5 mg/kg alfa 10 mg/kg alfa 20 mg/kg
(n=4) (n=4) (n=6)
E>Z% FVC ¢ 18 & -0.5+4.31 —2.0+224 1.4 £ 5.71 n=5)
AR % (0 F) (-3.3t05.9) (-3.5t0 1.3) (—4.3t0 10.1)
a4 TR EHPE | —1.2+580 0.7+1.25 ~1.3£8.94
BRI % (4 F) (-9.6 to 3.7) (-0.6 to0 2.0) (-14.8 t0 6.4)

By & L3R K (standard deviation, SD) -

(C) NEO-EXT #2[13]

NEO-EXT 8% 7 i€ 779 > 8% =2+ p 4 5 2022 & 7 7 » 117 2
- g AES /]?%:f%iil?&l M 2% - NEO-EXT(NCT02032524)% % = ~= ) - ¥
RES SRS P w s B iEsk o H P i @G & iR % avalglucosidase alfa sh%
rPHEfcELH A B FENEOl cnE HEHF T P v R D ARFTY AT
S¥ % AT 5B L g ¥ R 4o~ avalglucosidase alfa 5 3% (NEO1) ¢
x;i"fqz CHFETHRFED ¥ - P AR AT 2P (2014 & 2 " )= 5 2 Ais~ &>
EHF =R p R Y avalglucosidase alfa 133G AT L 5 o

Avalglucosidase alfa &+ # & ;- * NEOI1 5% > & p 2016 & 42 » 23 B EH E 2
20mgkg @ - %% FREHEGEL P VF LI R 2 AR E 2 G

SN

4

FRefer= 570 e 32 SR ik ~ 20 4k%% > R R AT o

LI 19 o AR FEBEHS T 0 ¢ F 8 230 NEOL 2% % & 7§
e S E 2 11 m#& 4k 3 2 * avalglucosidase alfa % éféﬁ (T AL e
#4) o Avalglucosidase alfa '2 ¥ L 72 & F @ Z k& ~ R B fod B o B
302020 & 2 % o st 18 iRy HIALEAE 0 ocl g ¢ B S 1,600(8
] - 100 2 51,200) 5 § 6 i 3 ¥ 7F % #5474 Fil (enzyme uptake inhibitory
antibodies) T B 1+ F B> 11 2 4 =% ;éj‘q" ¥ % % % M Fr 4l (enzyme activity inhibition)
EHEF R L ARRI A EE DL - # * avalglucosidase alfa T % 6 #
B[22 ERFVC EIFHEF A2 [= A4k (FHEY]S By s AR5
14 53R (7 3E 15 (repeated mixed measures model) c & = ZF 4 FVC  Fp# @7 A v
WA G IR S R 50473/ (95%CL: -1.188 I 0.242) @ 4k i 3E K
214 5-0.648/# (95%CI: -1.061 1-0.236) ; = » 48 (TR A G IS SR 2L %
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L 5-0.701/# (95%CI: -1.571 1 0.169) » @ & 3% ;é—‘ﬁ %1t 5 -0.846/F (95%CI:
-1.567 1 -0.125) -

B. 23R PR TRA F%
(a) Mini-COMET :#&[16, 17]

Mini-COMET 25 7 38 7 ¢ > @Bk~ p 5 2024 & 12 7 » 1T 49
%ﬁ%ﬁ%%ﬁﬁﬁ%%ﬂ’uﬁ—%ﬁﬁgﬁﬁéﬁﬁﬁw%%%°Mm-
COMET(NCTO03019406) % % B~ % ¥ & ~ B 3cdend - H ik 2% > 3% P i
;¥ iz avalglucosidase alfa * ** 2 3 alglucosidase alfa ;o S5k 8 23] R b < e
TR o A B4 8 o FHAL NS BRI %y - FEG 25 %0
47 # %4 7 #F (primary analysis period, PAP) » % = FFEC R 5 346 ¥ enit £ o R 8 -
2 F G AR ERED -

BRI H RS ERLAA B AR I8 Ao SEn: GAAREER L

X H & F o s % (cardiomyopathy) 0 ¥ T % FP:‘ C RIS 6 B om
alglucosidase alfa ;5% ¥t % - FF R 1% ;é'*ﬁ » BRELRI|IUT I - 3o E
(clinical decline) > & 7 :rfwrs iy ~ @i > fo AR S B2 "E X @
E o ,E,,rn,\ ] g RIEBLZ T T i - 2 = il §sk F J&(suboptimal clinical
response) > ¢ F DWEERF G @ H G o fr R ATH L LR T ko KR HFH
alglucosidase alfa hip % & 4 F /& +2All(high antibody titer) ] #G# S 42k - & 3¢
RBHBFAARRY LEDTES LR -

;;ésg_t A B 4 A R (cohort) o i K] e 22 f;#iﬁé#i‘e#%s‘:' %
ol B i F e el 0 F R A Rs 3afr 3b hE R
PALSEHS & 7%k X avalglucosidase alfa 2% alglucosidase alfa 75 o & & 1 g A
** PAP ¥ & X 3 iF - =% ch avalglucosidase alfa 20 mg/kg 5 £ # 2 &5 4 B>t PAP
g ¢ * 3 ¥ - =t e avalglucosidase alfa 40 mg/kg o § & * 1 fot' & 2 % ;:é"ﬁ g
BB % %?l]faflﬁi’é&i o 3 AR IR R R (7 0 X E Y PAP IR B
w3 * B i¥ — =t e avalglucosidase alfa 40 mg/kg(ﬁms mff;» A E)(E P~ 3a)s
i@ * &% i¥ - = e alglucosidase alfa®(® i 3b) o & PAP FFEC S &2 {8 » £ & 3b 3%
W ek 2 # % avalglucosidase alfa 40 mg/kg > .’,F'—, A (5 3maE o PAP 1 £
@ g ARP o B & }%‘f»:}ﬁ 5 PAPFAECI L 2§ 2 0% ;é—‘ﬂ‘z A Bl & ﬁ;f]
AR R R fodp iRl 5 PAP PRI IRAE AL F s~ Ehb 4 Fap i

© i~ EE R T @ * alglucosidase alfa @] £ & {7 5% > alglucosidase alfa & & % B A3E S
Fig* 20mgkg 3 & ik # * 40 mg/kg °
Piadpdpnig s & BE A% R T avalglucosidase alfa 40 mg/kg[17] » &2 Tk RSk g b5
Wi G AR (21 adE Y - FFELR * fr 4% avalglucosidase alfa 20 mg/kg) [16] 5 #3F 2 /i
TRk R RS THED -
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2019 & 4 % 3 p R Tph 22 =% ;éﬁ g -

Hoo 10 i St (51 32 & 3bfeip et di1ed w6

5564 o kA4 F4-E T 2019 % 97 30 p 2 PAPFAE A 78 % [16] o @ Pzt
Tiiéf)%‘ﬁﬂ”‘v i HE“.“ 2021 # 37 19p A4S E T W Lok 2R EEA
B8 A BN KRR T ) R SR A SRR A (R 6 L)1)

HTHEEL 6.8 K

% 4 Mini-COMET 25 2. PAP ¥ £( 5 25 )4 49 .2 % [16]

avalglucosidase  avalglucosidase avalglucosidase alglucosidase
A fegt T alfa 20 mg/kg alfa 40 mg/kg alfa 40 mg/kg alfa
+ 1 (n=06) 2 (n=5) £ # 3a(n=5) £ # 3b (n=6)
e ? IR
. 5 5 5 5
2 ¥ 2 (TEAE)
BcZ TEAE 1 3 0 2
R 0
FLE L (ADA)
e s ADA 0 0 1 2
iv R % % ADA 0 1 3
EER eh A
Jo B T A
oy 6.50 £22.24 9.80 £ 13.99 11.00 £10.80 =4y  17.00 + 8.44
e
Pompe-PEDT# 6.19 +£10.55 2.12+4.04 2.60+1.72 5.20£5.95
+ + + n= 20 £5.
PRI . . . . . T2 (n=3)
Heid 3 B Gy
) -0.17£4.45 3.20+4.55 4.25 £3.30 (=4 5.17+4.54
A & B
=CEEE ZA 0.60 £2.16 0.60 +0.71 0.58 £0.76 0.47+1.76
0.60+2.16 =5y  -0.60 £ 0.71 (ne -0.58 + 0. 47 +1.76 (=
H 1 (M )| " " "
ERH TR AERNE 2 EFE Z A D TR R A (standard deviation, SD) e

/

9 oK 3 3% FUpl (treatment induced ADA response) 3 # % F-v }*’T i E -,“;:)%‘ 2
M i H v FLZE FUl (treatment boosted ADA response) & i f 2 ¢ F Al
";”wﬁeﬁa‘mr/ﬁ 2_ 15 FrAE A 3 4o o

Fled iTs T % ( Gross Motor Function Measure-88, GMFM-88 ) & = 523 # {F74 it 3 #
‘Fr“ﬂr?{r~;&_? £3 SBEFE G e > B3B8 BITHALP v & BIE P A Hh OJ_ 34 Adk
AL R A F nm‘Lﬁ* °

SRE AR EE A EH TR R
Skills Scale, Pompe-PEDI) » /&

MR A R
v @ AR }W

% (Pompe Pediatric Evaluation of Disability Inventory Functional

FoBEGae (PARE -HBH - AEgs i ) #Pawik
?""’F’v”“‘f* ARz R B AdERIS 03 1000 & HARF S A 4 AR o

V2w g R Z A (M H#53Y) (Echo-Left Ventricular Mass Z-Score M-mode) © % M #3812 5
A{q RFTG 0 Z AR AT I0E R X e ﬁ#’%ﬁ]g-zi 25 A2 R A LA o
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(b) Baby-COMET & 5[18]

Baby-COMET 2% P w0 17 8779 » 1L B 073t 2 o R 5 2024 &# 5 7 »
VLT ALY TR RSk e 5k R e %%&o&@%DMH@EN@wW®é¥3$~
A SRS ¢ v~ B ’é%% H p i 3® % avalglucosidase alfa * *t <12 i
5\%gw%miﬁﬂﬁﬁ%ﬁ@&ﬁ@ﬁ\iiw\ﬁ%%4ﬁwiéﬁﬁi
B FLREFHEZATF I RBELGCGAALBRE > 12 2 - LR & Fvop
LR GAAFEA LR A PR DR L g DB RS DRSS
Fox(F g R~ AR S B F s 4 o Avalglucosidase alfa e
RN ikypm A ME 0 2 40 mgkg B ¥ - SR o WEREHIp IR F
S2F AR AR BB GE A R R P HL E o

(1) EwFfms FH

Bk et 2022 20 Rl AR A EF T R =
Fe= 3 S ﬁ?ﬁ)ﬂu}t Tl B RREF R FRpois o BRo¥ 2L REY
TR TRk R A Y };Llliﬁl;j;,g. AT E T H P A
ZECSTIN N A

N

BPRIA ERFRE S FFRRGTREFRLADM S RT3 ¢
R é # COMET #% ~NEOI % ~NEO-EXT #% £ Mini-COMET #% °
ERERETAE AFLEE SR ST L

FMa s o 2R REDEFTREP G Ra o MW EF TN AL
ﬁlé’,—]l—f@%‘ﬁ,‘ .

e *ERZERCOMET et BRPpERLFL G 22 v‘)ﬁ%ff% VIERRE

ﬁ’f?/]?’v'“’—*i% T powe e k2 37 @#éiﬁiﬁfﬁiimmfﬁ

o AL AR T COMET &% ehg @4 ¢ 7 3 & §£% ¢ ~ Mini-COMET
o X SEARE R ’W”%?L*Fizﬁsﬁ“ﬁ 23R 4% B Ap BE RSk B
BS o B TGA lﬁﬁ%p“} iﬁmf{f'fr;ﬁ%x;\

o AFEDPGE AP RAEF SR L SHTRERRTH  HERY R
ﬁmﬁ%?%w”»ﬂwEﬂ&%ﬂbwyammTﬁﬁiw@;fow»
R T A FR o *\F TP E %ﬁg@fg? MHEF 2T R IRIGRZ AP
Mok g i & 30 R, jif%/\ikviﬁﬂﬁd 7 Iglg-/‘l‘fﬁff’@m EARN Sl
i ES Iim?&,ﬁ’*’»aémzi%‘ (%l

T~ ROIGER B
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(<) Boes

ol

|
|3

‘%&'&

ASFRECARLEBMFT R g s T 6 B R L S p(RE
G- F A Lm)R L R A R R R R AR i
SRV R R e

t‘ufb"'é'—.il"h’ﬂ\ r‘-’.g,ATC"‘ijE%
E”ﬁ lglucos1dase alfa o ¥ %39 fF

zu‘?’ Q'E?L 4“9‘%%# A)J“—’/Z‘E‘ﬁ‘;é’g
v 2

B ALGAB 2 7 % 2B R B g B

S UL e Bkt k2 BRAGHET(F 3 =3y

e B b X g ¢0 alglucosidase alfa @ 4 » &1 "{:H ) 'fit“%%ﬁ WA~ >TAR
PN TR T AZFEAAM TR FM 3 B AXEREL G ARITINR
¥ = en# 52alglucosidase alfa » ¥ fa i AR E 2 Bt Y & o

(5) L& FRPHFRLFLL SR

\

#32022#3% 18 p 2k o &% 8% PBAC frte £ < CADTH 2 # =& 4F
2o AW ERNICE 2BeFT agd Ak 2 FRPHFRELT 44 o

1. 4c £+ CADTH:»+ 2022 & 3 % 17 p o2 &1 ¥ %1% 3% % 1 avalglucosidase
alfa * >t 75K 8% 2] B B LR A ;’;,;1 BLE TR

CADTH # 4 i i
c EHLATVEDEEIRFURL R D ARG L 3 AN
DR ALY MR AR s A

dediE c FEREAPETAE-FRLBLCERL LG RLE
& 1= — e ¥ v o ey o . ox
Bz wmgim s s B BRERRB(F ARG AFFASFTRE
rppee e By A FEFREE 2 FH 2 S mEE R

F 3 3p i 30%% 85% -

g | ARE RATER RS 2 B BT - & o

iR A IR S - - Jp iz * avalglucosidase alfa ;5% -

. F;, AL E rn%],l); J& o

e RARREE Y S RE -

s WHAHRS R DORIEFELFAAPN 0 SFIHL SR
ZEEANGE B TS Refe R o

";}?’v‘?u' Erm)%‘z PAREACE & ek B U SR B R R

g fﬁ*’/@&».‘é§°
E4 L;fi’ B ¥ 7 avalglucosidase alfa e & § - i@ H % # &
alglucosidase alfa 4p+¢ > iv 4% G- & 4 iof B 7 PdF g

&
S
)
=
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CADTH = i; avalglucosidase alfa & * >t 803 4| b g A & &y
COMET 2% > # 1 & i sxdp th& T & * avalglucosidase alfa ** % 7 3%
alglucosidase alfa ; @ %= &> & > avalglucosidase alfa 4p #.*% alglucosidase alfa
= AF M Flam A LB

2. ;2 PBAC : 32022 # 3 % 18 p =4 72 &3 ¥4~ % % 7 avalglucosidase alfa
FIrBRBEMEEFFIWIETIRE N F O ERRE VR £
B b Vg ER o BApM Y 40T

* Avalglucosidase alfa * /oo A& P (e 7 7 > E3 R L g
£ AR B N Ep) e oot % 0 ot 7 % 3% alglucosidase alfa o

o AL ARE «;;I*rw MR A REH A
BRI I L E s FH A 7 o avalglucosidase alfa ¥ it ¥ 12 a‘%.

\*n

lﬁr ~=$

alglucosidase alfa 5 4p "”?‘ PG % o

o AR E LK T H > PBAC 4 B € 3u 5 avalglucosidasealfa £22_4p vt > #
B A R B SR A fomt A R b SRR A KAl - 3 o o e
Ao iR EareE BRL G AT b A g4 i BH it
WAk it @AY B2 5 At

(2) Astpoes s 2

Ji

ETFFREE RS E R TEFTH(E S RF #% ¢ 7 COMET-
NEOI ~ NEO-EXT ~ Mini-COMET - Baby-COMET)i {7 4p $$ 7 2 2 4p $4% > 1245
e T AR FEARE CEfE A RL VEL \’BP FLiE 7 B

1 B3 R B Sk 2 R B S m AR M Tk 2% ¢ 5 COMET - NEOI
12 % NEO-EXT %% o # ¢ » COMET 2 & 4% & A 55055 %3 chdp 8 o0 0 @
NEOI # & 3 5 alglucos1dase alfa jof 2 A SIS SEHDEFRHELES (A
& JE 45 alglucosidase alfa ipfr %3 % %) » NEO-EXT R4 i NEO1 #5% 4
Z LB HGE % o

(1) COMET % © &4 4 (05 52 ch ¥ = B 285% -

o @ avalgluc051dase alffa @3 A B 3 E% % 49%F 2 2 LHFVC I FPHE
A v Y 2 7 3% alglucosidase alfa 22 > & 2 B AP AL B 5 2.43%(95% CI: -
0.13%23% 4.99% > P=0.0074[# % 24 47] ~ P=0.063[# il |+ 4 47] )

o Rt & focdp Pl AfH S £ MFE R REG S 2 T2 . (2).
ZQ)A@)M\GMET$%W%%ﬁ£$ PER=TIR S N

. > > % o avalglucosidase alfa 2 % L7 L F 2 5 H e FC(24%)~ ¥ A/
(2¢%)’Jliiﬁﬁ(22%)°
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I

o R 7 > COMET #5%#% &7 v b % % > % % & o1 avalglucosidase alfa
-

*% alglucosidase alfa °

(2) NEOI #5 : 4 £’ alglucosidase alfa ;% > #& 4% 3 avalglucosidase alfa e%
- PHEREEESE -
e i * avalglucosidase alfa 5 mg/kg ~ 10 mg/kg ~ 20 mg/kg >+ A T % 253 &
ZEHRFVC FEHER At 259 5-05+431%~-2.0+224% 14+
5.71% o

R 2 LI LN S R S R T
TR AT HE R R

(3) NEO-EXT %% : NEOI %52 £ i Bl % o

s NAFi{F[EZEXH FVC J?F—‘ﬁﬂl oA - iR AR B R
avalglucosidasealfa6 £ 2. 15 » 8 * ZH FVC | FFH EF AV A F o 5§
o R R K A i 5 -0.473/# (95%CI: -1.188 % 0.242) ; = j¥_alglucosidase
alfa #4% 1 ® * avalglucosidase alfa 7% 3#F 2. % 1* 5 -0.648/# (95%CL: -
1.061 % -0.236)

e & * avalglucosidasealfa % L% 2 F 2 ZR Y ~FH ~rBofogd B o

o AR R L o NEO-EXT jsk B 4 5 4 4045 & % 0 X 4F
HEheh>2 VT ERAR -

2. BB R g 2B B b N a4p B PTRA R8¢ 7 Mini-COMET -
Baby-COMET ; # ¢ > Baby-COMET P # & % F T P #icdp b % 1 o

(1) Mini-COMET 2% : = 7 alglucosidase alfa i5 o S5 <R 240 R b < e 4

2_ avalglucosidase alfa fav = B iRk iRk o

o NEES A RGRERTEEL(R © 3afr3b)end 25 iF A 1745 % B 7 > avalglucosidase
alfa ¥ Linf? 2 AF B A7 S RE-PLAFREE S EFF TR
z2_ T a2k % vk M3 alglucosidase alfa » £ i+ 3a (avalglucosidase alfa 2 )fc 3b
(alglucosidase alfa j)cie & (£ #5 50 & g i 5 5% 4~ W 5 11.00 + 10.80 4 fr
17.00 + 8.44 %~ -

o KA LfEHEHRFEAARL  GEARDLEFEHLEL T LFE >tk A
B "T;\F st o ff’igm aﬁ/{%p o TPt E A B o gtk
mini-COMET % &7 733 § /% 345 & {08 830 Tk 85k R ok anlicdy 0 &
T ERHEREFADRT ERAR -

(2) Baby-COMET 35 1 o 35k 5 #4126 0 2 A s 8 D4R £ SR
AZ BB R DTREER PR A B EGED -

FHa 5P o T Bk E%k 5 COMET #skik it >t 78 £ 2 4p
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oy 38 SRR AL RORFARL CER L BEHET
avalglucosidase # % *% alglucosidase o @ B 23] b g a3 A 5 3 IF IRk 3
Rl hiEY o PR AEREEFE RS ¥ AF LR EE

AEEER AR M TAT B 5Y o SRAR FRAEREL
R P R i A £ 4 leﬂfg%f PTG AR L LR B PBAC #7H § 2
@iﬁi:

1. BB S p¥»i@da 4 jipg(g Z S N LA ‘;Ifg‘_;——fr;éi )fpni'c;ﬁ e
IR '°ﬁ“%?«&@Aﬁﬁ’i%%?ﬁéiﬁﬁ’ﬂ@¥ﬁg%
B~ wIZERE s 1A '}rﬁ* FEp FERR A oA RS /r’%ﬂbﬁ)ﬁﬁ
VARG T FRREFARE S

2. }rﬁ*‘frﬁ? E'ﬂz'ﬁ‘”" Freragh oA sge Loed ek s L E TR R )Ji;
i A @&m*ﬂﬁ P SUEE §73 0 S EANE 13 LAl R
%%uﬁ%ﬁ' Moo NLE BV ITH > R JLRBHEHTTEER

3. & >3 % avalglucosidase alfa T&/* :75% m}]% A2F7TARRY 231 3 ENYE
oo TRk R R A ARIERR A T R A gl AP
e 3 A p ¥ A B e IR o

4. pooh s RIWABER FAARTIIY L 2R RGF THTEZ ﬁfﬁ%h&ig
FFL o #320228 8 8p bAFEREIOTH 0 R 1B L BHRE
%ﬁ”ﬂﬁ%%ilﬁﬁiwﬁiio

L R AREAFHLER S DR BT RES REEARS S R
kg e e p i RIS K A pER TP b R g T RS
LR R ¥cﬁvf§ ; g—q Bk o F 2= gf,fgzﬂg; v IR A M T T

oo A et A sk F R RRAEE P RBRE o 4 e
R~k { %P ﬁr,—gﬁa;rs*{e A L o ,(Fm,%w RGO IR EL
B R PER A 8 s A F R xi‘)?;&,f}g%ﬁ#fﬁia e
N o %3 @7 %?ﬁ%ﬁ%&#(%ﬁ/mw RE S Sl R -
i3 ) i FiRES i i (ﬁfa‘“f«m)%‘lml‘& EA 3 v IRAF
Vu:)lzk‘i‘l—)o
V. FIERBEAEAERY 5% H ¢ 2 =4 alglucosidase alfa # 4% 5 * &/
T o HEL RS B RERE A FoRA G L o REARIEY o
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(-)EHRF RO AP F OB

EHRF I APRATLAERR NP L F S GBI

3¢ 2 1 & %4 CADTH/pCODR-PBAC % NICE 2 ¥ # 1 #:# 54 2 2 2
hE R EZFHERFTERF AR FREPETR ERE RS
CRD/INAHTA/Cochrane/PubMed/Embase #p B < j& - "1 BF f2 1 & F R 35375 e
BLBHERR PR S AREF S

% wL P

ADTH/pCODR

¢ pCO 3202 # 30 A4

(v &+)

PBAC (&) 22022 #E3 0 22

NICE (# ®) 32022 # 3% 21 pak 0 HmApREdR L

FoFRAER | 20 SMC (BRE W) FRAHER 25 1 2022 & 3 0

o 20k > B EAp RS o
T EME Cochrane/PubMed/Embase & % & o
ERERELFH & -

3X ! CRD % Centre for Reviews and Dissemination, University of York, England. m‘ﬁ'ﬁ’, °

INAHTA % International Network of Agencies for Health Technology Assessment %58 -

1. CADTH/pCODR (4t £+ ) [8]

e £ & = ORZ % A FET G ﬁé ( Canadian Agency for Drugs and
Technologies in Health, CADTH) »t 2022 & 3 * 2 4p R m 4R 2 » 23Rt EA
avalglucosidase alfa (Nexviazyme) > * >t705 3 2 b K8 J55 iB cnat 38 A R B
LA XK TAPME R IR o S REH A A d R R ER R R

Eut i % o CADTH 4 & f* COMET #%ini & focd 4% 0 5

avalglucosidase alfa - alglucosidase alfa £ 3 #p 02 % » ¥ avalglucosidase alfa

A8 #3% alglucosidase alfa = & fi i€ » @ &K T ;‘ o
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P # 2 - >+ 52 alglucosidase alfa 4p #i ek o] & & 4 45 ( cost-
minimization analysis, CMA ) » & % B 7% 22 AR A 57 0 5 A & & 4o
27,397 At &k o CADTH 33 R #03® 2 Tk $oath » s 4 THOME 2 IRE

B FRInA 5 2 AR S CADTH (ol fp 302 3t - 4 & & > Ap WP
FAcis & o
P o
EAvEG R B N A AT
s AR DR
oy B avalglucosidase alfa
Eiy S 100 mg/vial : 4c % 1,596.59 ~
30 2 7o A & 4% 249,752 A
R 75 207 ; & 4o 624,381 A
o R alglucosidase alfa
T ELEE B R
P R - #
ALKk COMET #% 1 frids 2
AT E LR
ANEE A& E LK G 4 # 524 563 ~
R iE B LR E A E A A S 4% 551,060 &
Bl AR 0 A FLF R0 S R 40 R 27 397 &
1 & 58 REDTRAE 32T 2 T
a &4 2. ﬁﬂiﬁs&é‘ﬁiiéﬁi,‘ilﬁiﬁi
3. REERFeRpE A LY
CADTH € 374 1.4 % [CADTH & j it (7 A df £ chE 374 45

2. PBAC (;£:+) [10]

B E R H3%A4L B ¢ (Pharmaceutical Benefits Advisory Committee,

I

PBAC) >t 2022 # 3 " 2 4pRiEimaR4d » 3 23R & i‘ avalglucosidase alfa
(Nexviazyme ) * ** e b S aysf o W EAT Ry L A A TR T 2 L 45

O] 7 3 4 g RO E o

R ¥ 524k B (infantile-onset Pompe disease, IOPD ) % 8t % 4| &

. %z (later-onset Pompe disease, LOPD) » LOPD * ¥ 4 % ° & A& b < g
(juvenile-onset Pompe disease, JOPD ) 2 = % A [ X j (adult-onset Pompe disease,

AOPD) - 1245 avalglucosidase alfa ( AVAL ) - alglucosidase alfa (ALGLU) % #.
& & #%2 (best supportive care, BSC) % 7 3% W12 » A W3 2 5] 2 A 4
17 % 2 A »x* & 47 (cost-utility analysis, CUA) »
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% CMA %4 > Ji 78 817 AVAL 22 ALGLU ¢t > B %87 7 § 2.4
JOPD - AOPD # IOPD *% » R i+ A TR 2 /8% 0~ > fpME R 42

{4 o
RalR~ Y CMA
p &% | LOPD (JOPD) LOPD (AOPD) |IOPD
i~ Kv¢ | AVAL AVAL AVAL
v R vE | ALGLU ALGLU ALGLU
L AVAL & AVAL &
=+ 2 &R AVAL 40 mg/kg -
ALGLU % 20 ALGLU % 20
A2 £ ALGLU 20 mg/kg
mg/kg mg/kg
A ME | 577 2 76.8 =1 1553 o 7
. ¥%/8 1B % ¥ (approved ex-
ZRER | 7R 3 PR
S R PR manufacturer price, AEMP)
Bl S A0 | iEH S AS0 | RS RS0 ~

v

ﬁ. .

PBAC #*" it 5 CMA 5=

I

(1) & IOPD * » Fi7 # 150 ALGLU # 2 i 20 mg/kg =4p & 3 »c#| £ (equi-
effective dose ) # Mini-COMET &5 - 2% & X > & mini-COMET £
PR3 1/6 2% ALGLU i % fs A ARpEANE LGS (Therapeutlcs
Goods Administration, TGA ) %+ &€ (& 231 20mg/kg) > H I ‘FW&
LB PE|E o

(2) IOPD =T 3248 & %k T 22 mini-COMET %% %% 7 F (mini-COMET & # 1
228527 ~E 2532507 )0

. CUA %4 » e "4 ALGLU 12 AVAL » &2 BSC & {7 vt f > ficd] ¢ 35
FEE S 24k 0 T4 LOPD & IOPD > 172 e TR KR E g 2 i
7 485 =¥ (overall survival, OS) endi iz o &% & '*’ BSC #p# » ALGLU
%> LOPD 1 ICER & % * »;#7%* 105.5 §/QALY gained - ** IOPD = ICER & 4
3R 455 § 3 55.5 §/QALY gained > ApBEgE & SR 1 £ o

R Y CUA

PR LOPD IOPD

PN St ALGLU ( #£32 AVAL) ALGLU ( £32 AVAL)
1 g BSC BSC

FEEHF R (30F FEESS A2 (208 FEEC CF 25
BREEEY | - FRED - R EY
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OS ¥ & p ALGLU Z 5¥ | OS ?‘7}—'15 ALGLU # 777
Nagura:l; AR EE EadT | TR Rm LY hE B AT

F = Weibull & # iz (5 ¢ 2 > generalised gamma 4
=LA * g {7 h e

kp Simon %A AABE (¢ RpH) X8 A
0.414 ~ 18 & 3 0.683

K A2 £ % 2 i¥ 20 mg/kg # 2 i¥ 40 mg/kg

% BSC Ap#¥ 3 *c 454 B 2 | & BSC Ap ¥ 4 +r 4.80 B 2
& ~ 287 1 QALY ; ICER | & # ~1.99 i# QALY ; ICER
AT B w s R T55 8 3 BA w5 R% 1558 ~ 3 255
8557 ~/4 & > R AAE | gAa/d hpE S NBERASS g
i 105.5 3 ~/QALY gained < % 55.5 3 ~/QALY gained

PBAC 3% 5 % LOPD #% (> » F2 -3 Pl 4 51 % ¢ 42 JOPD 2 AOPD s
A ] (AR A Y S 19%% 81%)~»c* @2 OS F4L 4% 5 & IOPD %
o R ]‘-"”ﬁa:?ﬁ?i”?'% FEATH B R E g ,zifE o PBAC ¥ iz
P CUA AT Y o35

(1) ™ & & & 47 (pooled analysis) #7424 en KM o 4 » kit {7 ALGLU & & ;-
K ARG AGTG o X A3 H @R (transitivity) % iF * MHGREL 0 T oA
? & o

(2 FRFHREZRELRRL CEDAFAERRE (Aoffd 3 T 7 F o
%93»‘ A p*m“i ) OB T#-r' FARFFIE 0 AT :E/)é-oi«ﬁ—fﬁi
BE A ’rﬁ-n"?ﬁ’

(3) i@ F A+ IOPD #25% ALGLU jpf chI 3o~ &5 42 B0 (435
Ao F IOPD =R PR 25 20 E ¥ ic = A o

(4) = 23 Bk gt BF Y 0 F o< * fHE % (parental spillover
effects ) H » > %ﬂﬁw;ﬁ:fﬁ MEAGE LV PR REFOEEE
Frg fgrplEy AREHE2 2L

3. NICE (#®) [11]

202 &322 P+ F A NICERT 240 nMimrdns o
4, H i PM%;}H;J;—L,» gw
(1) SMC (gt ) [19]

12022 #3721 pak o>

|9

AN SMC 7 27 =H4HE2 o
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5. TLFFTHEARM v
(1) HoF - =
A2 * 32 30F Cochrane/PubMed/Embase 7 + FALE 2. = j2 HP 4o ¢

T 5 PICOS #MadoFifid » PIF 0 L AN ZRITELGIERT 2 Ifa
#¥ (population ) ~ ;% = ;* (intervention ) ~ F »x ¥ & & (comparator ) ~ 5 % | &
:}F] # (outcome) % # 3 &322 = ;2 (studydesign) > H3FH it 14T @

Population Pompe disease
Intervention Avalglucosidase alfa
Comparator AE R
Outcome A KL
) Cost-consequence analysis, cost-benefit analysis,
Study design i ] . )
cost-effectiveness analysis, cost-utility analysis
% fe it 2 PICOS - i #§ Cochrane/PubMed/Embase % = gt AL & » »+ 2022

£ 38 2 p ks 2Avalglucosidase alfa” % s 4T & (TH0F - HF ok ;ﬁ—EL
W4 o

(2 wHaxH%

4iF

i w0 i & L v 3t Cochrane ~ PubMed ™ 2 Embase % 7l B & (740%F » ¥
SRMIBERRE > AREAIPMLERTT o

6. EHARELH B XA REFI] FH

EHE ARG E AR ML Y A EE LT
AR L REHBEP

(=) 5o | 4

K b =g (Pompe disease) >t pEiEf o % = 4] (glycogen storage
diseasetype Il) » 5 - f&F L @4 Gy B i Jf—‘\'%ﬁ’f:;];‘aﬁp X T L
% B2 27 ke B X (infantile-onset Pompe disease, IOPD ) % 8t2F A f b <
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(later-onset Pompe disease, LOPD ) = #& o > ##3t2005# 1 2018# & 999.5% ¢
FraA 2w AF TP o B ESHR ISR L g o 4 5 1/18,090 (955
AJEL10F A ) o H Y L 16 B TR T A I (hypertrophic
cardiomyopathy ) -+ F]g E]T?Z‘»E" Z10PD » 3 # % 21/62,186 ( 1.6+ /=108

A) o TR AN FEE T %2 (enzyme replacement therapy, ERT) ; #4839
ff_?}}iﬁﬁ’??éﬁé LOPD » # # 5 5 1/25512 (9394 /510F8 * ) » #F i Hifs 7 8=
F)vopk gcfe (creatine Kinase, CK) ~ wigAp b 8 BB E X 7] B 4o %
ERT[20] -

RERPEY TELABFISE B 2 B8P (U7 JHFHES
#£3F ) B 0 20204 F) R B S gpdk s Myozymeisdy A B 5 854 0 iTE ks A
Bl A e R F R R Y 384 20204 MyozymeshE B # § 51161 6% & o # 4
& E TR 502H] ;T E KE A TR F EF A ooipd o L EET
s § % £20094# 8654 ~ + < 120204 11,3664 ~ - 2009# T 20204 F
PR R SRS A B E A Ty § 2 LS E21]

100 — 600
. 5 A T3 Myozymefd &
90
—e— {3 - Myozymef& F A $L 500
80 i
79 400 4
60 A
A *
50 300 35
E 4 16
40 H]
200 &
30 &
2
20 100
10
0 0

2009 2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 2020

(=) PP %3 w2k

9
<l
i
s
W

LR RARE FREFA AL 2 L HHE R
%

&% A% A& WHO ATC/DDD Index 2022 %% 5 Al6AB22 » 4 T A16A
OTHER ALIMENTARY TRACT AND METABOLISM PRODUCTS ;| # " A16AB
Enzymes | #f o it A g cn@E R o £ 3 223 > T AFEIARBRE LI T
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P AR E G REAR P s 2 [5] o

s

/4
Ny

K4R2 ¥ 2 A AR aﬂa§%#?w%7 3%‘%5;%%*1
”é@%?’uﬁ%ﬁmaiﬁﬁiﬁ&wdwxé*ﬁ’ﬁi
MR AR SR REMEETEF AN T AT ERM B S( XL e )[6]
y ek ’T} "R b g ERFEEFF PO RREEFAATEGRTFELEL
¢ 7 alglucosidase alfa % 1 &[7] °

bt 0t ATC @E AR P ERITY R R w2 EBRA 0 A

w3 m;; alglucosidase alfa 3 ¥ it 2. % %% & o
= 23 5 43
(.: ) PA 3% 7 _IS:S

BEFER ALY TR0 6 R R S (e § F A AL
FHEMmEL) RAPEDEETFARE ) > PP RIR P R RERSHE
Myozyme (alglucosidasealfa) » g iz A k7 & (2023#& 3 2027# ) A 5-i¢

H¥- #8541 5T £1044 > AR ERED QT - £123R A FT £187h
ﬁk'ﬁf%ﬁ??ﬂf&g By -#F4l6Rm~2 33332,2/52.4;%;0

EHREMP PR 24 R BB PGP Aol
1 sk =

PR L R FE RN F o RE RS 5 A BRI R B
z_ % Z.Myozyme 5 Tk B i 5 BN B 1 o

2. PHREHEZ &Y £

ERF 195 2015 & 3 2019 £ WP Fop & E4EY 0 # % Myozyme io R
B «}i\_&f}i,r% Agtp%ﬁ’rw,g H ﬁ 'V LL;}»Q‘_ T A F F T iap ':é'_ SV
el A ks #p %95 - #0541 %7 & 104 « » Myozyme # «
Eﬁiﬁ@¥ﬂ$ﬁ$—EQMWi$EEBOJO

ik

3. A& A

% ﬁﬁ%ﬁ&%i&ilQqﬁ%ﬁﬂ’ﬁéiﬁﬁ*%%$%*ﬁﬁ
: g

B A p—J%“ PR & 2o TR § P B~ Myozyme s A kT £ 3 |
FEETHF - F90%3 %7 & 100% > AF@* Ay - #8543 %7 &
104 4 o
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4. A E R B

‘%’ﬂ

7

¥ EF }l%%ivvﬁiﬁt’ I K44 1I0PD 2 LOPDE:IFL:}% AfcE R ’Li‘;ir‘ﬁ;ﬁ;\
RN LR PRI *}i~‘?’&=ﬁ<fﬁﬁ‘&i"1 x \;}g;pMyozymer}’, s 2
SO RHRARTI EASZERRY BT - 2249 W ¥ T 2375 &> ki
Rk iR R r}r%a‘a.lp%l -&ﬂ\f’ﬁliﬁ#’ 9% - -ﬁ123|,@ﬂ» %7 E#187RH~

EE SRR LR S L EN N

(1) #3KIOPDZ LOPD & +* A 5] 60% % 40% o

(2) #-Tm %5 FF i@ % MyozymeZ. #| & & {7 4 L 32 » > IOPD 2 LOPD 4 %] §)41
mg/kg/every 2 weeks % 23 mg/kg/every 2 weeks °

(3) 11T |2 N 3 i Myozyme£? & 5% B i S #5909 o

* 5. I0PD#| & A 5. LOPD#| &
[OPD* ] X

+ [ LOPD i3
Myozyme IOPD%!I?E_) < Myozyme LOPD#| &

5 P R ERET

ERE B FHES EH TG 2 Myozymeid ¥ X o i@ R BALE R
FARI EEREP Y- 2138 AT 5T #2L1%~ -

6. PA7HR A

3k F 3o 5 Myozymesr A el s FR F R L@ LR 0 A A Uy o Y
Bl EARERERIOGRINEL ERFFE O BRFARART & Hit
FEIMBERGY - EH4L6RAIFT £ S K247 -

7. AR R AT

ERFEHDFEFEE R LA RG22 TREREFRE RS

EFRE RGO R AT HIE MR S A R B S e

1) 2015&;2019’ FREFEFTIDILF DERFFRAKRT £ P HREHY
- #904 1 % 7 #1004 > Myozymesi= A ﬁﬁli:xé * A E % - £600
aw T EBAOM L o AkT EA SR LB - #8043 %7 100
4’i§ﬁ§&¢;$%—ﬁﬂ4@m ‘ﬁﬂﬁwsﬂm,ﬁkxgi EpEe-Ad

N - EHEEI5R AT ST EEE26Hm~
(2) 2014# 3 2019# F s F 4 2R ML fF SR FF R A RT £ P FEHF
- #1004 3 % 7 #1204 Myozymer& 4 & & T 359 f‘f»rvﬁsz%fj“'— #6207
“‘Iﬁ?SOA?IJ FroAkT EAFERY LBy - 2004 1 5T #1204 >

o
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AEEREF NS - ER3TRAL ST 2220R A HRFEETMBLEYE
- EHEL8MAL YT EF 28R~

o

AR A HE R MR PR AT

1 2k MR 0 49 7+ R & Lo feMyozymes & Sch® & % § 4pir( %
ﬂ,m\) ) PR e 322021 & 127 22 Myozyme:h#E S8 (T AER A
R FEIREY AL AR B E BT EF S R AT FENER

FeEdE S B E BT RGO FAL AR A AP EIR6R T

TREL N EZPEVRBRE D PEPIOPDE 4 F K (51.64 /5108 £ ) »

P OATH QfE E E L (2021 ¥15.4% 4 ) » P AR AL R FHES E
O FREEARFRBLEE
Myozyme (i %% i . 3.3.21) * 5

Wi * R EHE > 5 Myozyme 20 mg/kg/ 1 B3R b
every 2 weeks > 4cF @ * 3 % & & (40 mg/ ML 5 40 mg/kgfevery

kg/every 2 weeks ) » HFUT F|iE it 2 Weeks o
2. B A R B g

B2 B A7 CEVR O o -
L3k b g - AE 1 AT H R (1) % & %2 30kg EHRAE
2. 8% AR B S g - Myozyme 20 % 20 mg/kg/every 2 weeks °

mg/kg/every 2 weeks * %15 o i EIEFF | (2) ] 30 kg o EHAE L 40

i o n e B oo mg/kg/every 2 weeks °

2. TSk i

ARPEIRG AP REES RN BRREL VRSN B A SRk =
Y Y LA

3. B iR%¥H

ﬂ‘gﬁrpn\ib}j‘\:iﬂm%%#g—lw £12 > AL L ITF fﬁi%&*”'&—{l’?_l. 2020 & »
T * 2015 & 3 2020 # @ * Myozyme ;5% R b 2. E Riop A Hk @t £
BEAEET g o J'zf.‘f;@]v}%w ﬁp’?i’aﬁ#\%* Fqu i (2023 # 1 2027
E) o AFLIFHPEEHYS - £90 4 1 %7 £ 100 4 > Myozyme & 4 &
ETap o MEcg Y- £ 610M I 5T E 770 o

4, A g A

MELILE A K m’fafijgr%’@ﬁ;ﬁ;{i s is 8 100%0% F 50 BEon

Myozyme (F 523k H b i &) # K7 i i3 T*i%"lﬁﬂ\rrré#\ﬁf‘t i

MR R BN g anF i ROE f*“:l%—ik?;é g F FAFRLIE LG A
R BN AR R FRE SRR RSN AL AR
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* Lg% - 2843 %7 & 100 4 o

5 A& R Z

‘%&'&

7

EEF2021# 127 2 2 Myozyme #5421 % (3.3.21) » P T Myozyme
20 mg/kg/every 2 weeks 2 40 mg/Kg/every 2 weeksedi| & 58 » ¥ 2% 2. % 2 % §
TR R TS S RS L AL G R Mo mes &S
EHEESBRIR LI REIE CH LTI TR RS AL R A
100 mg 1??%]3? FMyozyme 50 mg 2| > Ml m A RT e A RERRB Y £ 9%
- #258 W1 %7 £38F A > kypERAOEFEL LA IkTEAFEERE
?’] - #1303 %7 #1937/~ o

6. MPEERET

145 7 o #4r £ 4R 44 5 2 Myozyme i * 4 #icgr @ % B AR i B ARE
FARTI EEREF Y- £138R 711 %7 #2205/~ -

7. MR

@’iﬂ’ﬁ%%%z&%%#, 4ﬁg £ % ’%mm%£i$i

8. AR R A7

RAERILE AR E SR R T R S g
FI AT b R H A B S RBOGE FACR A A T i BIES R D i e

(1) # & & EkMyozymeiw iz B Ho B F FAREHEBR R TAED L FY
- £50%3 %7 £90% 0 Hepfhk T AHEAT o FAFLIFR AR
&i&@*A&ﬁ“—&%&?“?ﬁ%A’ifﬁ§§“7$ £7.10

-&1731,@,%’4;"1'1;\13—4&FE42~ BYr- E&405R_~3 %7 #£¢
1.11,@,’u o

(2) ## + #c: £4 %K Myozyme? & 5.4 £ f 4 &+ #c 90.9:573K %> A4 L 3F
FAKRI EAFLRT AHYE - £804 157 £1004% » AELERERF 9F
- #1221 %7 #1820~ > HEREFFHBREPNS - #5416~

I 5T EFE24F/m~ 0

ST 144

4 e

oy

v

AFLPUBP L AR EERRE RS TR SRR 04
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AR Ad| ARERER W IR
R e 804 11004 |13.0%m~1193m~ | & 408m~ 1 & 4120~
R R A5
17§ & 454 3904 | 7ARA~1173m~ | & 405m~ 1 & 41Llfk=
D A H | 804 11004 | 122/ < 3182/~ | &4 16M A T &g 2.40m A

5«« 2 RN
~ ERGET BT

1. 444 CMHH*2M2&3HA4—*g@gg¢r$4 Bt & oAp B iE 2
- (E:}é:}ﬁaA kv s LR S R R R F n*)%éﬂz;\ avalglucosidase alf
®E 3R A e i L AR B SRk A R PBAC #2022 £ 3
S - PERPEFRFL LA YL RATEL & L FE
STHE S PR EARE 0 Bh A F 23R4 o 22 E B NICE % i SMC % e
o ARBAIY GREEL G REAMZFRRE

2.@ﬁﬁméi§ﬁ&#ﬁéywwﬁ’%'%i EAERY Ay - &
85 &i¥3ﬂ104&’ﬂ&“ﬁ)§i§”’ H%- & 123/~2 %7 & 187 g~>
HEFEyMHMAPEIS-E84 16R~1 5T 284 24/~ -

3. AL FEHERT AR éfﬂa% AR TR TR 2 R AR
RT3 Rg b@H O E 5] AR AEIRBIATDIRES
ﬂ$p+hx%%@ﬁ JEHFIFHRART EASRY AHYT - 2804 5%
Iﬁ1004’ﬂ\fﬂ)if%?%‘j.éf-]?ﬁ—ﬁl&O’%;uiaij 19.3 i~ $HiEind

._\‘

FHMBERYF - 24 08R~1 %7 28 12/~ -
4. AW EHARD L 52 A LRI SR FRE RS TR - EHET
EY MR ET R YE 405116 FT AT ENEELIRAD

24 o

RFFESL TN §RE UL HBRTTE

AR 2022 & 60 (23 2022 F 80 2 ik RFE L FERE 6 Kt
G P ERET ERFRBERL AR IR EAES F 0 X 2L AB AR
A R B ATT B AT c ERF R EART EASRT LYY -
&

5

gﬁi

%AE%?&WHM<’ifﬁgéﬁﬁi—ﬁﬁm2%£?¥33&

7/

B HEREIMHABBFOY - EFE38BAT R EHE 5.6 R~ o
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HE BE 4 F b
PubMed (4&% p #p 12022 #3 % 2 p)
#1 (Glycogen Storage Disease Type II) OR (Pompe) 3,551
#2 | (Avalglucosidase alfa) OR (GZ402666) OR (neoGAA) 5
#3 | #1 AND #2 3
EMBASE (#Z p # 12022 #3 % 2 p )
#1 (Glycogen Storage Disease Type II) OR (Pompe) 5,613
#2 | (Avalglucosidase alfa) OR (GZ402666) OR (neoGAA) 52
#3 | #1 AND#2 50
Cochrane Library (3% p # 2022 # 3 % 2 p )
#1 (Glycogen Storage Disease Type II) OR (Pompe) 336
#2 | (Avalglucosidase alfa) OR (GZ402666) OR (neoGAA) 19
#3 | #1 AND#2 19
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#

Mérs (H3igpH:2022/3/2)

PubMed

"glycogen storage disease type ii"[MeSH Terms] OR
("glycogen"[All Fields] AND "storage"[All Fields] AND
"disease"[ All Fields] AND "type"[All Fields] AND
"ii"[All Fields]) OR "glycogen storage disease type
ii"[All Fields] OR ("pompe"[All Fields] AND
"disease"[ All Fields]) OR "pompe disease"[All Fields]

2,802

"Avalglucosidase"[ All Fields] AND "alfa"[All Fields]

"cost-consequence analysis"[All Fields] OR "cost-
benefit analysis"[All Fields] OR "cost-effectiveness
analysis"[All Fields] OR "cost-utility analysis"[All
Fields]

94,353

#1 and #2 and #3

EMBASE

pompe disease'/exp OR 'pompe disease’

4726

avalglucosidase alfa'/exp OR 'avalglucosidase alfa'

42

cost-consequence analysis' OR 'cost-benefit
analysis'/exp OR 'cost-benefit analysis' OR 'cost-
effectiveness analysis'/exp OR 'cost-effectiveness
analysis' OR 'cost-utility analysis'/exp OR 'cost-utility

analysis'

251,897

#1 and #2 and #3

Cochrane

Library

"Pompe disease" in Title Abstract Keyword - (Word

variations have been searched)

"Avalglucosidase alfa" in Title Abstract Keyword -

(Word variations have been searched)

12

"cost-consequence analysis" or "cost-benefit analysis" or
"cost-effectiveness analysis" or "cost-utility analysis" in
Title Abstract Keyword - (Word variations have been

searched)

53

#1 and #2 and #3
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