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injection
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FlR% P ERPEPIEPIFERDETFET A > A
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R R H ; ;jj;i%*§”%¥°
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ETE Hpo xgoﬁr'}%&FﬁPEF}% 24 | pEeE R R iF o
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FRPEFGHELGR

TE o PR ;ﬁ%'ﬁ'%. e '—E—'F%Pi‘;ixin
2 BRE RS Ap S IE R~ AR RS AR
TR i®BE ATC BEF 2 AFL L ASELH 2T 5o

o ARERRE R 2 (AR )

(=) G2 TFFTHEEF > AL EFS ACPHRERT LF L SR
B r M A iRdeT oo

(=) 111301 3% 5 - FEMA % f£7 T EAEHBE s SH5? w2 529
ThEk pr51 BAEAFRMEZ SETFT 2220 BRI 6B
VELRETL LR 4 o BB~ 121 fop A iR R RS Ak 60 1] S
W in 60 L 1 & XL vosoritide 15 pghkg 2o 61 LXFHI LR
e o E'#%ié#%f?:»ﬁP— £ R REHKS T LR £ EZ 111-302 3%

SRS B RPHALB T A T LI AR e
vosoritide % v A % A E 5 (45 4 vs. 41 4 )~ #d#b7 ] (835 fk vs.
9.06 f& )~ i’xﬁﬁPli”AGVal*ﬂvﬁkﬁ (426 =& vs.4.06 = 4 \)‘ LR
> e (98.58 24 vs. 104.63 =>4 ) Bk L MR ’ﬁ 57 & ~ &
B AGV ¢ s s s 4148 413 24 > g 7 A # b lzgxﬁ | & 5] 5 =5.27
25150 > 23 ¢ =@k B 5 98.58 2 4 22 104.63 2 A o

Vosoritide 2 3 & (2% 4p k2 A# I i AGV 28 ~ =t & 4y R AVAS 'q
B YHE '%*“ A Bt LA LR AERG P EFLR
(3012 ); AGV eh= % HA LS AR I BI LA} EE - K o

52 2t AL A | vosoritide 15 pg/kg

: FRAHE (n=61)| A ey 4R
Wit 18 | & (n=60) Bale (n=61)| 5 2t i

AGY. =2 171 (140102.01) | 0.13 (01810045) | = (2210 193):
s ©svcr | 71 1A0020D O3 (OI810045) 060
—0.01 (010 to|+028 (0.17 to

23 Z A% |027(0.18t00.36)

0.09) 0.39), p <0.0001

ﬁw.‘;
=t

2 annual growth velocity » & # £ i B o RSk A#H I AGV & d & FZ%o 6 B2 ) /-
b Z A TR F LA T TG R BB o Z A HEN O A7 L THE 7
ARG IREATZERWENTIHSE | BEEL -
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L 1003 (-0.06 to|—-0.02 (005 to|—-0.01 (-0.05 to

B 0.00) 0.01) 0.02), p=0.51

X g & # :

vosoritide 15 ng/kg
(n=61)

AGV, =& /& |5.52 5.43

AGV, annual growth velocity » # # & i# & ; CL confidence interval » 7 ¥f % &

£ ¥ i Bi_— | 23 vosoritide 15
104 F pg/kg (n=58)

A% >3 @ o vosoritide 2iE R F LE 2 F 4 I RIFHMES (A B2F L F
126.7vs.348) 3 FIE I s44p M 7 2 F 2 o f& (serious) # R E 23 5 & &
FAVHART o RIS AE R e R KPR R F R
('slipped capital femoral epiphysis )~ #% ¥ £ 4 = |43 7 ( osteonecrosis of femoral
head) » @ - & vosoritide 2% 4 — &% 37 -

LA ESFRES A A Lh
(=) 111-206 # =%

111-206 385 5 - S Es A i s 7 - % @A 5 R 2 %
B oRP A3 S9N CAFBE L HEFF T 22 ipé‘ o f3
x‘a’é’uﬂ l?&%;#q-x GEPEH > L L BE N SwE 243 59 ll} (RN
31 4)~632 2337 (B 2:164)~0x2 5B (HE35174);64 %
% Féj X 11 54 %3 vosoritide®s & F& > A B L 32 A o EBE A
64 AW ¥ 3 o 11 @ﬁvﬂ'yﬁa ARFREF TR T X IELIT oD P
if}%f:i#ﬁ%&\ﬁ S R R R R Y e e A L RY)
FEAPAPV 2R E  HEPEAEREREZE R LA ’ﬁﬂﬁéﬁi"\ﬁ By

Rt
o
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7
pi
ffﬁ
ek
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=kt
i
feg

Hp TRk

L gz

WL 32> (e vosoritide E2ba A b Glg JA e 5 o /w\ﬁs: AGV 7=
B E AR B

WEHRSFERT AR AD O S2FFERIEZ VR ZLABCIRE L2

7@ ¢ M vosoritide i ® o B E FA EAP R ARETI A BHF LR
(025 95%15 ¥ % P —0.02t00.53 ) ; 52 P AGV % 1* £ R 7 53 ¥ 3

W A e (078 24 /& > 95% i % F 0.02t01.54) - "+;_/r.r-r-%‘r" wm oD

R EHpEY RN IHFLRL - F R ERBRR R FEEFFETR

AR R DR MNP T AEFRF BT
B 2 G A F B LFE 2 A S0 vosoritide B E (F A &£ 2045 2 s,
T3.6 ) Al ulg 3AEOAFAFEETAFE S NEFH RS -

o FREL AR ST R AR TIT R o S AT KL e AR R
- PBAC 2 ¢ ApMom 2 R L > 112 p wd ARfI30Y & B e § (A7% 2 A7

¢ H ] FEE 15 ug/kg 2 vosoritide i 0 @ R R 2 e % 3 ¥ L 30 pg/kg 2. vosoritide ©
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FHREXLLAZT L) eIl 2RpELL R -
(- )PBAC e Flz iy g &2+

i > B & T H L %X vosoritide in (T HF A FE P a4 B L ME A o @
% GRS AR R S I S c%i’ﬁw%
7EPY R ﬁv‘F*’b’T‘v‘v’%:{°ﬁlﬁi M EETR > s e Hgg e

(=) (PE2AEHBEXLLASZT O)

v]G:?eE'J 54 R ﬂ}l%;\g;ﬂ,wq\d 3,«]];54‘21,« éx‘l@}}% L ERY T AL
Bis A ¢ EAREFF TR 2Rp A MRS G R e A BRI LR
A4 10 @@x£53aﬁ%é%@ﬁiio
Bop B TR R L0 ¢ 0 113 kX 4 g § i * i vosoritide © 3%
PR A AT SRR S B MM FEHEY 0 LR G AR I
e LA s p K AT RS R REE LR AT IR SR
Fo BT WG IR e
E%%ﬂ%*&’ﬁ%%?%i% PELF AR Pr s K g
O~ M EALIE MA S ~ T Hher g7 2 - HEHE - T -BRBEARF

HEIRE BRI o o R AT FIA A g S R B e g Bk ok
I AP RS RE cRFLANR N AR RS R
;ﬁ,@ﬁ@ﬁiﬁwﬁﬁ+@&kﬁiﬁéﬁ$%’@=iﬁ%%ﬁ%ﬁi”?
;]];3412;%5},%'5] @41\0&-‘%,?@3,19;\ ng/ct“f’ﬁgf‘ifﬁ}?ﬁ
@ g Tk N B (T ALE A A | F‘?’i"l‘:ﬁ |5 X2 £
ﬁ’m@%ﬁﬁﬁﬁ BEAE

CERCES SRR & IS o SRR LR L R AR
BoRBAEAIRAE Gl FIE A EER FRM TR P
GERM AR BRI Y R R PR AL A S T
PR A e I pER et Y b AR B B E LT R
PP R o gt rh s Y F AR A G L R HEBHER > BPR L

o fp¥ REFFETF A BB BT RERADP A LR UER
%@‘wﬂ#&’ﬂaﬂﬁ% ]

BARRATLRDER AT ED T E o R o F o Rp LD
AR EF FEALEE Y Fio kR T Ko B agdg T ST

AW I3 & 5% 17 p 24 £+ CDA-AMC~ & B NICE % @ktt g SMC ¥
AE T8 A SAR M L PR PR R 2
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(z ) ;&> PBAC ** X | 111 # =2 — i» vosoritide 31 # € E diff & 47 4 > PBAC 25
%> vosoritide <% & TRk B 0 B KRR 111 & 11 7 23R8 % i} vosoritide *
WA ABF L BT A }:L}]% Ao #R@m > PBAC 1% A Jg vosoritide »+ =
AP E A FE RN 0 R4 vosoritide {8 = ER VB AERFEIE T
Fh o UEEREA LG REfEF Zscore (¥ ity R 1 & vosoritide *T TR iE
el e E o TR Y REEEGAHS KRS AER LR o

A~ AR

(—)@ﬁ%ﬁ%ig;ﬁ»@mwﬁ,%k7ﬁ¥%&&5§¥—357&i“1
EFTI8A P AR ERET YL F - F 5641 5T
TRk ARTHM G AR EREY I MABRRE

(=) Ap&Ri Ry RS mﬁﬁﬁgﬂFﬂiﬁmﬁ¢{g@%%&$¢@z
F

FEEM A RL I F LA R AR B R AT E R T AL A 5
LS TRZ ey bl ) 2 TARRL R O & S8i > £XTH G %
*Aofs o

%P ERERE *EE R T

(ll4-ﬁ;|_ 118 &) (114 # 3 118 &)

PR 87 £ 1 79 4 97 £+ 1 104 *

g A 57 £+ 1 78 4 63 £ 1 93 4

N g }i;:%" (M) S64m~3 772/~ | 627 H~1 925 K~

ERF F SRR RN RE UL BB R

EAR 13 &8P HFRL FEEE RIS E  HREFRI DA SEREH
[EPEIS 7,\‘7'4”%4'1%’]{;3. AT E AN ""‘2}%{'1"%’E%#\ﬁ@i@f’g”%izi‘mﬁﬁ

ﬂm%o,w%i EVFAF - E ST AIHTEB A BUEAED LT
A1 AR P EARERET NS - 39T AT HT £ 599 A d TR
%&%%ﬁ%%’&i%ﬁﬁﬁﬁpﬁg AR
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2% /7§ | Vosoritide/* | 55 0.8 & 2 ¥ 5 -

HA e K W e i B /BT ) FY i

MO05BX07 -

GOE M | vl 2k
TRRE | RR AP
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by

% 15.0 pgkg 1A T L Ef o -

B AT FX R I EAFE - -
& F A .

o i -
=3

£ R RGER

(head-to-head comparison )

LRE R
(indirect comparison )

GEk Bt AR EE G PEL -

B sk i A 31 ke _

$6 R EE R _

WIEEFRRELASERBLFATE AL S B W ER R A R R P2 R
FRRRTA AT DN RBAEAE > DA AL £ ST S R RE P 2 B
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2o AERFRPEFREERZ S FER

* ik BT 2R
CDA-AMC
(4e &%)

TARRWIU3ES? 14p 2 dRAETGHRLET ELT o

A E 117 gRBF > ZERASYNHEF T 22
e e
CETREED
PBAC (i) |BA e Rasd Rk RREIHET $T3 25 2 Q75
dE- 2 EEP L 2w (¢ BRT ARt T g
B X kb o NEIT P EEO6RY ot B EL LR
KON SR EAPAYE: 3P
NICE (# R ) IARIZEST 4Pt ¥ RBAEFRFLT &5T o
i ! CDA-AMC % Canada’s Drug Agency*: £ ~ # 5.3 %5 T f e R m‘{ﬁ“ﬁ, ; CADTH (Canadian
Agency for Drugs and Technologies in Health)/pCODR (pan-Canadian Oncology Drug Review) p %
F113#057 01 p 4= { % = CDA-AMC ;
PBAC % Pharmaceutical Benefits Advisory Committee % 5-% 4 3539 £ | € mﬂ*ﬁ"ﬁ’, ;

NICE % National Institute for Health and Care Excellence B Jiif B T PR3 & A%F7 7 FLcnfig B o
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(CANERCI SRER G D I E eE S
FLEBRA CMBEZAFES LR CFEPH TR
FL R pH: AFII4E037 27p
E Rt R A RAERS FRPRTRAIR R AE AT HE AR £
¥ o MR G ‘5161"1%5-'}%‘ TR AL B L oo 12 A R B ARAL o Tf)%‘ﬁiﬂ;iﬂ'-
% aE ﬁ%ﬁ?@ﬁ§%ﬁﬁ%ﬁﬁ\’f%ﬁf%ﬂﬁﬁm%kﬁ+&}w
F>*—%*‘mW~FF¢F§ﬁmf%%ﬁ¢wﬁﬁ’%@MAfﬂWE%
e (T fAELRRY o) XEFELARTIIL o SR RE ¢ FAARTIRNY & i
;n%%%‘OlTﬁﬁwk#%)bﬂ%ﬂiﬁ?§%$%i*d R E o p eIk EF

o

*dnts 0 A 42 'l;ﬂr;f':‘ P~ mg\‘}%‘)i'}’ ‘3‘_/» I‘Ipﬂ; «"leﬁ’-j‘ﬁﬁ%)’fé’iﬁi‘g\
EERGFRESEAPFL S B ERFREOF cBFELEHIT I AL

?%%ﬁ*%%w\@dﬁﬁ%%ﬁy

S iﬁwPrﬂf%%ﬁﬁl S RS S P R
ERCRILFE ERE GRS AL TR B2 EH S AN
B fisc* BF g BAR o ¥ AR 2 TRk A 7 A A ER ki
AEAEp FlY S H PR ko m A R TR F W S e
% o

7/

@

X

u\e

-~ BRISRRR

(= )R B 4

¥ % v * > (achondroplasia) % 4% | & F LeahF 88 77 2
('skeletal dysplasia) & F[1-3] WFEETA 2] AR Awmed £ FF X3
(fibroblast growth factor receptor 3) =4 ¥] ( FGFR3 gene) VA R ckea 2

B ( gam -of-function pathogenic variant ) #7514=[2-4]> # & - A48 4 ¢ Wi L3 @
A 0 80%ap 4 L A fepent 4t ) RRE L T R
B >t 35}§«rﬂ<‘ M3 M[1-4]c FGFR3 A 714 - fad 7 e a* iz 2 £ F|F jE 1L
Sfik Ve ph jgefis £ 8 (tyrosine kinase receptor ) > FGFR3 A F]«hg R € 1t @ illm
PN 2B e A RS 1Y -9 ' (mitogen-activated protein kinase, MAPK ) # 58
LR > @ el R R e i o s 141, 2] 0

b ¥ %?%iﬁtiﬁ%a;’ﬁﬁ$ﬁéi4§@%i@. w (95%7%

%A 39t054)y e i A Tfer EME BRI ZF L F L2374 5259 #)(95%
IR 29t010.0) [3] — 5 & * 2005 & 1 2014 & 5 8L % M4k fead 37 T
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BEPFETRT O AR FZFEFNLIEE LATA 2T 036 6] (5% GIEwRR
02910 0.46) » 5 - § £.4724 2 3.6 6I[5] » Bt — BT LA ¢

(2 )Tk 2 RE D

BT A R e 4 gg4x %@rﬁﬁ’ﬁm@mﬂﬁ%ﬁ’ﬂié
F o=t Gl A A5 A B4 sk ) FHEF G130 24 (51203 145 ¢
B A 125 o8 (81152 137 ¢ Av\) NERR- RSN ARREE L6
&% % {8 & (standard deviation scores, SDS) € [1,9,10]; X &7 3 + dp it &
4p (brachydactyly ) ~ # 4.1 ] §* (kyphoscoliosis ) ~ ¢ & 7% +4d 7 4§* (.exaggerated
lumbar lordosis ) ~ E & %# 35 (macrocephaly ) ~ % £ % 4! ( prominent forehead ) ~ ®
% %K’;‘ 7 7 > (midface hypoplasia) ~ # 2w k5 ( depressed nasal bridge ) ~ 39 2% j%

% (narrow chest) ~ % IR{effincnf & ¥ B {foxggd 3 "LiL E R ~ %F $
(tlblal bowing ) % ¥ %2k [1, 9] o o > F Fegp ik gk £ 1?{( s F 4 oA
B % ~ pER efex ¢ b (obstructive sleep apnea ) ~ B IR RS L~ Sw Ak . SRy
(hydrocephalus ) ~ #& ¥ % # (spinal stenosis ) ~ £ < 5 T EJEX )];3 FE[1,9] - iE2 2
O RO %s%%ﬁwﬁ4ﬁ@ﬁ>ﬁwﬁi’-mémigﬁ*fﬁié§
FLI2]5 ¥ 58 42 & enE W HE R AP - LR EHTF T3 24 &
B~ R4 A S pioe FappM = FRF[13]4 T2 § FlE
2 #oiz B 16 (brainstem compression ) F3R &7 b G A 0 A oo R E A G H
BRp RS Ed A r R F[14] 0 B TR S EREE S 10 &
[13] -

FHEFETF2REEDE ] > RIpTRAk 2R bk 8 T LY g aF
Bebldes o) 384 E i F 22 pran 25 % 2 (square shape of the pe1V1s with a small
sacrosciaticnotch ) & ¥ ¥ > B @@ sk & fice £ P4~ EEwA) s 30
® 2§ == gk (trident conﬁguration ofthehands ) 11 % $giz £ % #4[1,2, 15,

16] « 3+ A - cFPs QR T R EFARF A RA L LEFREFME ) &R IR
(chorionic villus sampling) 2 ¥ %% §| (amniocentesis) it {7 #& B| FGFR3 £ 7]
Z_ % R2[1,2]-

CTRBEFALAREICEEFES 3 FAARKLEAFLY LA FPM L FEFFT S
080009924 832 ok » 5 # FFH B S HAZ - T X[6]e AFREET I 2pc i
AR A R F LA (7] 0

¢ f2 £ 17 4~ (standard deviation scores, SDS) » L% Z 4~ #c (Z-score) > H A& i 1 Ap ot F
B2 TIa@aripips B cZ o BENOF 27 H 5 T80 ZAki IREA7E6E
%*ﬁwlbﬁlgﬂggm
A& up ¥4 EEeE £ (activities of daily living, ADLs ) R & » 3= p ¥ 2 78 p M2 it » &
/\ * AR /7“/6 'fif'f Eg«‘}"’f‘f’iﬁ"i[ll]
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(2)Toh e i g ) &2 3

(1) A&k

IR EE N PR BT 2R TE TR AP AR E
AR B e s R PR EGEL D A E o AR AR 8 e T
% (lumbar spinal stenosis ) » i F * %2 % 2t £ j# (limb lengthening ) ~ " %Jirﬂ-‘%
& (correctionof genuvarus ) ;o F 8 4E[1] 5 B2 @ wh a £ S ¥ g
T A 3_-;5*151;;];34 By STV AIGRAB AL F oA AL F TR TR 425 D40
e EGEFE 0 E RN ISR E - ReaDE B B E G e e ik 2
BEEBGFEALETR NFE AT ER T T rd B BRI R %2,
16] o

2) F¥ick

*33}7%»7‘1]?%”'*? B BT RRINSRT R DES LR AL EER
vosoritide » & B s J5f Eh o 1R aE B FIL LT WP o

A. 2 &% (growth hormone) :

AEFEFTVRAEFFETI 2R RALP R G AR FRHL L
FRDET G - ROEBRERISESF L (Umted States Food and Drug
Administration, USFDA) +%/84 &£ %2 2. f Rp ¢ 2 2 & 524 L g (growth
hormone deficiency ) ~ 4 +4%-= f1Jg iz # (Prader-Willi Syndrome ) & ~ #5¥2-] 3¢
4 ¥ & # ('small for gestational age, SGA )~ % |+ ¥ 44 & | (idiopathic short stature,
ISS) Eﬁﬁ}]% > ¥ Té-‘]}% A2 BB A s SRR, R AP T RN EFET A >
BI17) e &p ARIPE2 Efrd ™ % 5 87 3 2p e A [18] 0 64 01§
RSB RER SR T I 12 A0 AiskehS5 AR £ 2 SDS T e i
133 1.6 BHEEZ[19] 2 P a{4c 523 & 5 2 & = & F[20] °

B. Vosoritide :

C 3] 40 1] f 925 (C-type natriuretic peptide, CNP ) vosoritide ® ** % B & 5
FiF 28 (USFDA) s mi E 58 A (EMA) fest BP0 b # 7 2 2
FE[21,22] » B ¥ Fr4] MAPK B /S > 12 i\a 4v ¥ 4% (epiphyseal ) 2 # ¥ ‘w2 3 4 {o
A4 [1,23] - 95 EMA ¥ vosoritide % /8 i g & * 2 l‘f{@;’* 4B

& ¥ A6-= FIg ¥ (Prader-Willi Syndrome ) * # Prader-Willi = g i 3 > 2 /] 8 {1 o

10/46



113BTD04008 Voxzogo

P AR B R R Tk # %?Zﬁ@A%%Wﬁbﬁ@w,ﬁ%_iugwﬁ%
~$é%’7ﬁf1§f¥!PFé“;;1;7E'f}ﬁa4éﬁﬁﬂ/ BIHE  ZELRLEEREERE LS 20
ﬁ—i%i%%ﬂg’@%i$%uM%Bi‘%@ﬁﬁwiﬁq$@43@,
WE R RRAM P2 24 ¢ (pediatric) [23, 25, 26] -

C. HusphEsp

1IgRAR M~ fe > A T ES TR NT Y 0 A T 3 20x(l, 27, 28] o

¢ 7

Infigratinib : ¥ £ % 1 ¥r4] FGFR 1-3 &hv pREL AL gcfe $r 4] # (tyrosine
kinase inhibitor )

Recifercept : ¥ /% {7 FGFR3 » ¥ # i FGFR3 %42 (decoy) m #% (4% &
R !

e Vofatamab : % £ & FGFR3 ¥ xfl

Meclizine : 3 . _E_‘T%‘« e de > ¥ PR ¥T MAPK B /% A #r+4] FGFR3 & 1+

¥

%#zf_&ﬂrapﬂﬂ’%iﬁﬁxﬁ EYER =8, 8y VS A
BEET I RN

‘%

JNENES FEE E1 VS T VL

CHAR Z W24 E ¢ (American Academy of Pediatrics ) [14] ~ B ik # ’% B
- -] 2 (International Achondroplasia Consensus Statement Group ) [2
B A J i) & e 8 € (Japanese Society for Pediatric Endocrinology ) [17]% & F‘«iﬁ
W EE T 22 LR ‘/r"}f:ﬁfﬁ@?i;fﬂ FlaE R TR o R R g oEA T
T GELFAEL LR -

AREE T ALY SRMLIEENEY e T A IR p S i R e
Rk TR aua)"’@% E.;Lla—ﬁ’pjl?\;fn’i'f?ﬁg%;iifé.ggfiﬁ’;fﬁ—ﬁ'ﬁﬁ"
s %,}Ln,r;g‘ FooRABBRET F.«,é'a‘%;‘;;r%év’vié?*?iﬂg"‘f"l P IR e
F g2ty Lagioftd Lgeg oo @ P e dud ko TP R K gk

fOp AR A RE ERrdn i KRt p ARG F o BT AN
P RN A B ERTAS VI HNHEFF T 2RV R DHEEL R &

hiE i Google WE T F T 2pieRdpsl ) & I—achondroplasia treatment guideline ; % i
LR LA NFRER) ERNERIPEE REHETF T2 28380 2-p &) 2p
BE G MRS iy 512 3k m}%‘/‘w R ¢$z,r.},%:~:,.Msut—:wi@giﬁ.&frgﬁ
Pt S AR KA R R TR &R

iF%%i%&ﬁ%%?%£&m%£p%’i?+iﬁ@é$g%2m7 FEHEEET 2
ERRGEE P [25] P G BB RERELE S SR frRERR R A R E LT IETR
EHRF rﬁiv{i}if%m‘ﬁ%f% FEEG Lo
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Wﬁ;?;fﬂ 7l g
% /r'}%;fﬁ5

iﬂ%ﬁb‘ W o & m AN R BT A 2p b

e iz
ERETEE SRR 40T - T A2 AT e

1y

. ﬁﬁmﬁﬁf%ﬂmiﬁfﬁm

* % 5 Voxzogo & A = 4 vosoritide 2_ i S X &3 o i Rog s [ A
L 2RI HEET A 2 FAEAF él-‘])% A 2 ¥ % o Vosoritide 5 - f&
2 &F C Al34n 1A% (CNP) » H 2 g i Fi2 s X 48 B (natriuretic peptide
receptor-B, NPR-B) % & » € ftvi@ S p Bk g BR/FRICR 39 F ppe
(fibrosarcoma serine/threonine protein kinase, RAF-1) & % » i i #r4|] MAPK
BLS enim e vh 2 403 & cfis 1/2 (extracellular signal-regulated kinases 1 and 2,
ERK1/2) » 1 FEFUFGFR3 2. T #5355 o F]pt > vosoritide 40 CNP — & = 5 @it p
FALEDOD oA & FT 8 e mie B fos b o 2R FERE RS
TEREAR R o

(- ) WHO ATC 4 #i#%

Wit it e E R0 2 £ 7 .« (WHO Collaborating Centre for
Drug Statistics Methodology ) 2. % &-f%21];5 % i* & (anatomical therapeutlc chemical,
ATC) & %F & %[29]1F 7w » & % % ¥ vosoritide 2. 4 74 5 MO05BX07 > m ATC 4
XA 575 % "MO05BX | (other drugs affecting bone structure and mineralization )
2 EREF 9 I “,/]E A%k R ¥ 3 ipriflavone ~ aluminium chlorohydrate

strontium ranelate ~ denosumab ~ burosumab ~ romosozumab ~ menatetrenone ~ strontium

ranelate and colecalciferol

GBS SREF R LT E FREY STV RN A
PF[22] ik kip Mg g s MeETE T AERER2 "* AR B EET
PR KAz M o BT RS R ATC 4 4455 54 TMOSBX | &
LT = o - J 0 A%xER2 > ¥ 3 denosumab - burosumab >
romosozumab % 3 E ¢ AARFI I O RHFRET A Z AZFFLPF o

P Tk g2 2%~ 3F 857 % 2> > Tachondroplasia | % Bég3 #0%F o
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220 PSS E g T 2 2op 2 PR Iin KA ERL 0K R R
R
ﬁ Tl imass g1s] B'Zacd 25 72 25380 ) 2[2] poAIp 2 F g[18]
i
dO55 pidaed s f FRRERER TR
- EFROHFE 2020 FFREEEFE T | AR R RN G A EW G EW | 2020 BFE A2 F T 2RTRR TR RE
|
DEER ERER > AP M PR 5] o | SR E 5 A2 16 BRI Ro B 2021 # 5 | 11 9 TRk B AT is R R o
A5 136 7 R e
e £ JEehig ¢ of R 7 et ad
Wb R} R e v 2 g | o o T B R RS s
! f ﬂc@%§4+‘@fgﬁ»%%ﬁr,’ﬁp$? “E’?’Q'fr'
%“iﬁrrﬂm’*}}i#";\ﬁ ¢ L /z-luﬁi"'g 3 RIS T T IR LI ]
¥ 7 EdHT A £ s AR RECEg o | L
| AR B R R LR B R EREFE LR 12 AN AR T AT AR

FaEg s R A
7 BRI
JE °

PP & & 10 L w s
it A2 ey e Lo B op

perbaE R Lo (s il B R LB EE

AfEE S EEE
« ( centres of excellence ) &
mp@ E % T é’u & & EE °

B RS A
70 1aE D RAF

T (ERER 25[3] #HE B D[

“¥ ]

FMEERAR T TRRIETET AL
B b o R ER > Ly AZEP HEFF T 7
2GR AT Ao L R L L
ABE > gt B TR 6 & F LR g
(scoliosis) # # 4174 %* (kyphosis) > % ¥
r2ié g 4 = i3 (hypochondroplasia) 7
B g Lg s TP TR ALK EYE
"5‘*‘f°i‘“'~ BESSER Y i QIR FTET
it gi%ﬁ‘tm Fend EXERFROEFRE -

g

RS s LS AR I RS IE
LTHoOHAEEEFaorBonint gy
%iﬁﬁﬁi? LS ¥ ER

¥ kR 4L /ﬁf% gk ¥ I__IL"'}%‘ [ s ]
24 i ® —J‘ A EE R REEL R B E
R 7 P

PAPES ErE T R TR
TR

(1) FEB3 &> _‘ZL/FJB-E’rgﬂ,

(2) § %% (boneage) 17 2™ > &g d 15 &

T
(3) &

nMﬂ}i,

(4) % FET 2R
(5) »ir' a«#&:&% (MRI) ~
Whemiiiy B F RIS DEF R o

41 B

BsET A i«‘/iﬁ”f)?“ﬁ‘ ' &

ERUEER LSS 30 B AR R oY I A

TR 4 R (CT)

L AL RATIIZ p i dp S E R A s R R R

2 PRy &

iﬂﬁﬁ@%%*ﬁ%%?%iﬁ%%iim’%Wﬂi+ﬁﬂgﬂ§§?
EEGRE RGBSR BRI R EipH 2

REBHRI BTN -
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(2) EFESLHRT
B kR R F 2024 & 40 22 p 222 RFTERL AT F[30]
B’?n{géﬁ%%&%‘-ﬁ%{?‘ﬂg ot T 35 7 208 1%#/\?}%‘ °

(2) FLARBEFRT

@%3§§%§m%%2m435916B?ﬁ&%%irﬁyﬁﬁﬁ%ﬁ$

R B SR L EB1] A AR E R 2023 £ 70 13 A4

p+if@$#’“”NMﬁ5”l6Bﬁ I o 0 % 3 i—%uiﬂrﬁ
¥4 7 7 25 (achondroplasia) * #A4eAF &+ 2 £ 3 - 5 h'5 0 ~ 5%

o mHURTFE LA Ilis'i-‘%«f"’ lif@;fif@;“‘&@ ®E A _—?_'Ei\/r'}%"

EAERTFNHEFFET I 2L EE

N

\—\ \%&
L %ﬂ
e

;3

(1) 83 T m 2 FE (k)

Riptodd E ol Hm b #5772 22 V3ol dER 245 8x
EFARTich s L FRL A Kid R LA Rk ERHATE Y i h ¢
TAREELF RS ’“ﬁ%WHOMCQW%~%# T R

LR T AL, AR APTREENEEEF T 2R B IR LB o

Ao B ARERLL G ALY P2 B R

ATC 7 %% ) )
o RBFFY @ R | A A 2% |EWRFLEGER
|
pET -
MOSBX07 | * *tecd 2 & ; 1-+ 2 Fi/E
vosoritide T RF BT ; o : =& 038 ey
(~ % |73 237 454 ﬁ_:j; /x|
- Epiz bm | Tl a
=) F;gr')]% Z_ &3 0

Y

© o RPGEREL (5 RTAHR)

*3F 2 1 & 4<% CDA-AMC ~ PBAC %2 NICE 2 %gflﬁﬁi#i?’-fé SIg A L?féié;ﬁ

F 2 T4 Jﬁ TH B R AR e %:4f £ & Cochrane/PubMed/Embase
P
W%Q%’” ﬂf%%ﬁlr@ﬂ*%ﬁ EHE P RAPM AL Rk
KRB ERFvE S 4 £ kE ¥ 4o somatropin s B AR PAE BE S e T 2 4 R
% & ,&7» Lr%y( 2.4 £ 3 ; Turner’s syndrome #7335 2- 4 £ + 3£ ; Prader-Willi syndrome #7
HRz 2 EFF; 242 ERFREA L2 2 RMETRHS N2 LR 4 £ F38

3 E
i< 41 4 18 € 52 Small for Gestational Age (SGA) = }%« xz2 4 LR
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% ik WL P
CDA-AMC
, 322024 & 57 14p ¥ EAETRFERLTELY -
(be =)
2022 & 11 * §H L% ZHAXERY N HFFT 7
PBAC (i£#) hs = FrEREES

DR IR

NICE (&R ) T 2024 E50 4P AR AEEEEAT
SMC (Bt i) F R 46355 4 4

2024 E 50 14p AR AETRIEL T
B E R TR 02024 E 40 Rk 2 R

o
<l

ERE AN

I
\\\Xr
<l

3~ 2 SMC & Scottish Medicines Consortium g if # 4+ 4 i § chig% -
(- ) CDA-AMC (4c £ %)

%%if%%ﬁiw#ﬁ(UMAMcw%éﬂﬁ’ﬁﬁ%*$%
EHRES ORI 2024 5 VPR EAETFHRLT BET o

(=) PBAC (&)

P ARG % 33 4 A € (Pharmaceutical Benefits Advisory
Cmmﬂ%j&%)?%&ﬁﬁﬂﬁg’w%iﬁgw7§%?ﬁ¢,wdgé,
2024 & 57 14 p#0F EE PBAC 2022 # 7% ~9 % ~ 117 g&/¥» A%k
o AR 32022 & 11 8 2 g;iif;ﬁﬂ\j*% FANEHEFET A DR e

o

—

R i i

(1) 2&E*FRoE - FFFT 7 208 -

(2) ThiFE ipA SRS ERAATRRFRELHTFT 205> 2 FF 5T
F-mARPERFEZEE (77 BRT R4oed T8 - R g X £
B MNET O EEOB ARERHES EG R 1S OA/E )]

(3) iR iFE L KGR ERDFRE TR

! b Miﬁ“:ﬁfa‘ 2. Ed#4] 0 FPF 2022 & PBAC 23 L HERE VI RgE2 "2 - R
PBACZE RS 1E 2 R v & do 4R 28 (2 8 %5 - LN ( Therapeutic Goods Administration,
TGA) 2 ¥ g 5 * 22 ki b 2. /',iﬁ’\ ;@R R s Tk & ?&*Fi‘ﬁfbm}%‘ ﬁ-ﬁv“’ﬂb
Bk L4 Fmﬁgg PBAC F'qu%ﬁ‘?“”' 5}%‘«'1": mF’ _il4 £, ,egg?;\r’lﬂt]ﬁ&gg\ig g1 F)
ﬁ“éﬁ* “Hﬂi’* o bz Edk e @ 32023 £ 12 7 pF o TGA © $27 vosoritide i * %23 i3 &

ria

15/46



113BTD04008 Voxzogo

(4) st dpor P R RET R B2 Fikdpp A P E S S RDHE 0
RERFAPAAMEE T HoR30XRY I FVEHRR 2 5
Fobo ip A TR e § FGFR3 A FIR %2 il o

2. EHLHEA

(1) PBAC i3k vosoritide * > ¥ 45+ ABF &2 it F 3 5 7 }_-"k v A H R oap
vk it L F R E (best supportive care, BSC) it 3 37 % }?a GEVE 'S 3
Feied o PBAC 325 Al AP A F KL H-4 ¢ (Pharmaceutical
Benefits Scheme, PBS) 2§ # * csf > ® H3u 5 vosoritide it # X § & e
e A E e

(2) PBAC iEikt o » %1t » £ J T vosoritide %2022 # 9 7 g &3k 2 07
BiPRLa EA A o bt R B3 ARG ARKRES
CURE 8t B 111-301 4o 111-206 385 * BLR T4 AR (& chE 5 Ad s & 4
£ i & (annual growth velocity, AGV ) fr& 3 Z &~ #c2 SpH 2% > @ 730148
e iEs (111-302 fv 111-208 &5k ) © LRI 102 5% b 'k A Fs R

(risk sharing arrangement, RSA ) ™ g2 F i3k HE 3 ERZHE 2 BN
Kﬁ n ,

(3) PBACH » a2t B RS £ 4 A cnL Lo sus Wb B 0§ V40 R B
T AT L A E R L G B I TR T R S ?57,%“
# g 0 PBAC B in i oo ¥ %s%£&£¢$&ﬁ&m%ﬁf°

(4) PBAC 325 #3423 B % e > vosoritide ¥t 5 3 18 fk 523 »xengp
HEARM I L@, a HW SR TOE CREF A ATRET
1o PBAC P2 4 £ 7 Tk 25 111-206 3% 0 ] 5 A eni2d 3 Bbih

It PR AT o

W
\\\Xr

s

B&:éi%%%7$%%’ﬁﬁ%5w;¢ﬂ SOREE £/ i S 3
e E R IR R A R P R g e B Y 7 22 BSC &
1?%%@%ﬁxwgwimwﬁmﬁ~?ﬂﬁ%&&e@%—¢huﬁ$$awg%w£
AT H W RT E R o R R PR R R Y it B Ao d VAL A
RS <5 SeRL e O LA SR T %?%iﬁ%%4’ﬁﬂﬁlﬁsm¢di
Mok o F1et PBAC 2A»vp 3 3 H s 7 % ehjns @ 3u 5 BSC 2 i g

4. TR ER

mw i) PBAC 25 L & g a g ¥ o
;—;@}7|f‘;\"ﬁﬂtl———f§3§|ﬂﬁfx7& ,—E"E'J‘ﬁiﬁfﬁ#gk°#’1PBAC€}:\,§»%§§$T’3”}§?5‘2[5@%{&3‘@
EFRHE A ERE T BF R FRGRAGETY -
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PBACHF % 3 & %4 & 258 5 = 98 5 - W2 fRidfh > % A w|# (7 - 5 us
Uik o f B WM hoT o

« 1113015 % ¢

Fr 2% 2 iR -Bp MM ERERL Y ZIRER
F52 18 RE o 121 ot o 11130287 5 B a8 0 sk o TN LB
= ;i“ FBHER o PR BI04 % - Focdpth s ApFOT AR > F £ 2 L ER
(AGV )~ ¥ 3 Z » #ic~ ™ L bt i) (upper to lower segment body ratio ) ~ = %%
BERaL B s FEPMAFESET O E 0 R gy kg (functional

dependence ) T o
e 1112065 % :

P A2 AR R CFRALEE BB Y - P RE%
“ﬁ*&;&6f§” ISERRE QTS Bt 00 1112088 S Rt P gEs o p
TP 0 T 2026 E % F o fondp ik AR AHY 0 LR Z A Y F

T L

i
Eid R P T LGl oo

e 2

(1) Ap ¥ =

A B 111301 7 ¢ > dp 2 JF& > 7 Abh R d AB R4 157 o0 /8
(95% 14 % FF[CI] : 1.22101.93 » p<0.0001) P » £ 4 $F 4 # 5 4c 0.28 2 &
% Z 4~ ¥ (95% CI:0.17 to 0.39 » p<0.0001 ) -

B. & 111301 73 P » 25 #yplgor % 52 Fms wip>t A3 + 7 2 ¥
Wt AR > P A B A2 EET S G /9»4 B rEHELR

C. “ 1130277 PIEE T BIFEFLET S 104 FF & afFoFias
vosoritide 23" % 52 ik 2 Ap e e AGV (141 2 & /& ) @ V3P| ok 6 5
- H;*,a — R SRR o

D. # 111-206 % # >4 > 11 Laved Ilis A vosoritide % {s > Ap A% & 2 (n
=32)svosoritide 22 (n=43) & = £ i F & | T 3 li“’“’i\géc 0.92 2> /& >
BARE AR A 032 L3 ZAd P TR KRG 'L & PBAC g;i,'a‘ﬂ
M vrRERELR ZAEG B o sk 9:5: bk EEade (6B
T) R MR FERRE T A2 REGVEER o

E. #%2022# 9" £a3ri5Feniale » 111206 7 1 B0 % 52 a2 |
B ooe ZRIVEEA G e st B (43.49%vs.33.74% ) > 3 ¥ 4% (sinus

°© %2022 & 70 pF, Wk 8 el (sentinel) o k2@ PR @ P AR SR s e e
42022 %90 -ﬂ:&i‘i?'}—'ﬁﬁ SRS LR R AL TR -
Pod At E E - TE ii B AiE & ik £ £ £ # (minimal clinically important difference, MCID ) »
P17 a2 R G TRAEFN -
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volume )( 128.81% vs. 48.49% )fe+: ¥ < 3t (foramen magnum )5 #% (43.89%
VS 24.74%) tol 3t 6 B P dLHARET AW HR I G Lo o

(2) ¥E >

A. % 111-301 7% # > vosoritide ¥2 % A% 4 % - %72 LF Eant b ¥ 3
96.7%> @ % = & * L E i* gt 5| & vosoritide £7 % A E R A W 5 31.7%vs.
303% % =% F AF a6 W5 5% vs. 4.92% 0 & F 4% LE 2 &
F FEwAR

B. & ¥#F4adragiEe L fﬁ&’i vosoritide £7 & | 3 4 vt 5] > 3 543N
F g% 73.33%vs. 47.54% > ;1 643 i+ =52 (erythema ) 5 68.33% vs. 65.57% »
A B3R AR L 38.33% vs. 9.84% 0 A FFIW 5 26.67% vs. 29.51% 0 FRek A
26.67%vs. 19.67% > Eg g & 23.33%vs.26.23% » HFE 5 16.67%vs. 21.31% >
H ¢ 3 bFIR R 2251 B3R 5 0E o vosoritide % 2 i S ¢ ALAE o A&
Z4 R ¢ ¢k B v & (Pre-Sub-Committee Response, PSCR ) 3% % #75 i1
BN AT R R LNEEARE A AR A AR BE LT
BT LR e R BT R o

C. & 111-301~111-302 % @ »5 5 18 k¥l BEH M enfd s 2% 2

(serious adverse event ) ~ % = % g { & &t 4p il 7 X 2 5 A 111-206
e lm 037 hptiiG Bl apE? LT 2872 g b F
4 O6B I SATIZISHELRRpEE DB EZRY o

D. PBAC i A 530K B> & > vosoritide 3 24 3> %X FHen 2 L FH &

2% 2R T

5. Iﬁ > BRE L

>
\-\'
e
S
)
B
s

CER R B RERERIR R EHRTE T 202 B
B A FE e s MBS TR EEE X
L Ey w%‘@‘i’wﬁﬂ%ﬁ°

DESEZFRIRES T-AW SO WY T A
‘?i\vwféi P ISt R R P 2k

FRI AL IE -

f % 57 vosoritide 7 e 4 F R Ranfh o Tt a4 e
F il e v & 5 & PBS o B4 € ¢ = ¥ vosoritide /0 %

EN

oy

= 5
e
F T oW T

Tk

ot -
7\*}“ N

@]
NS oW
SR o~ F m R R oW e

mﬁa%ﬂw¢&zw

J—

5

o

D. - FF BB FE 36 S # T A 2p e 4 S e BEY 5 8
R ] ARARPESE e L E L DT -

6. H i TR R
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£ ¥ (decompression surgery) %

*”L% "’5’/}5“
£35S el SE= eI I -0
E-

(Z)NICE (¥ &)

516 % B B Fit B
B 32024 & 30 21

# —%‘_}j‘;‘,:}%@:‘f‘
AR R 3

(1) SMC (@&te )

D BB R @
fgs, fe gL 4R 4, ﬂjqﬁr H u{%)gbtaiku{%lgmg{%m %> v &
HEFPREERE S EERL T GRS -

B EREL AT
Excellence, NICE ) = B 4 =L[34] AP M =5 3R 2

p AT T

FAY P 2p2 AR T
T e

7 MRI L& & % » ;,li; EE*
¥ & 14 vosoritide & B s T O R 0

113BTD04008 Voxzogo

AR Hum AR AR AT LM G A 4 - R
BB 195 111-206 77 %

FARA)E 3R
7o~ PEFR R R R AR S R
‘f\f‘”’i e e )3 li; {$ . ﬁ—lﬁ 4 35 MRI &g
PBAC 3% % ¢ MRI L2 5% % 4 1

%= (National Institute for Health and Care
) Fﬁg‘%"ﬂk"}_é%rr,7 %%%J—;}i’i

- % % 732 {7 (awaiting development ) » vosoritide

s RRA R F 202457 14p 0 ER

FRILWEH L R ¢ (Scottish Medicines Consortium, SMC) © i i SMC 2 B

fErE[35]1A AP =HIR 2
E50 14pak> v ELENMTGEHEL

2. LI FTHEARM 2

(1) #%- 2

3R 2 * 22 45% Cochrane/PubMed/Embase

T 7] PICOS fa s #9% if i+

¥ (population ) ~ 75 %

#Fﬂfﬂ (outcome) % #F kg

 WAAF L A EHRATE L

' Rl S 3 R %g'},‘?fﬁiiile'w LidiEik o £ 1 2024

G A

TR R

2RI 4T

7/

|‘J’|l i—r_,\}?_j,{

= ;% (intervention )~ f »x ¥t P& & (comparator ) ~  »<ip| £

2 (study design) > H & if it B2 4o

Population

]i » |'+ it

tgF T 3 2p 4 (achondroplasia )

Intervention

vosoritide
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Comparator A X

QOutcome A%

%1% 4+ P8 2% (randomized controlled trial ) ~ % 4t
Study design M % kg ( systematic review ) ~ L & 4 47 ( meta-

analysis )

& BB+ it 2 PICOS » i%:8 Cochrane/PubMed/Embase % ~ ﬁ%";n"‘q‘iiﬁ » 3+ 2024
# 5% 15 p ik » r2“achondroplasia” ~ “vosoritide”# % B 45 2 (F3F - F §
L F%—’FL G E= ol

() HF %

i

s v

7% PubMed ~ Embase 2 Cochrane Library 7. + 'p*i—'l e 7 Pubmed £ &
& 7 £ F# > & Cochrane Library & % j& 23 ¥ > &+ Embase & & J& 23 & FLF
Ao G F S HRIAF L HFFE 4~ & 9 r 8L T U@ & A4 37 T PICOS-
%g’é“i?i‘_i@%@ﬁw’#@“f;ﬁ;ﬁ ;\ﬁl"}_? PR R A AR A ﬁ\,—*",_ﬂ
B AT Y R SRR B SEUT&&F’“?/‘% (7 3R¥A=*F[36-
38122k R T AFE[39,40]) 0 2 1 |/ > prvip F [28]

A, TRE R
(@) 111-301 #73 (NCT03197766) [36]

#4737 %4 BioMarin Pharmaceutical &1 3 > Z%gi 4~ i~ 7 ~ X FH 5 #
B~ FREP 2 5 PRAEKR P 53 BACEXI S 6B AR
PEAFIRRAETRT A 2 IV EA VIR 2 TR R RS
EF e BFEFEEEF LN BT Y Aot ,L,};‘EF] \,uﬂ_?f;;ﬁg )
B e wd PP RS on (W2 k) F o BRER 0 121 22
Fé"*‘ » 243w 22 Tanner ~ #F "2 K (1 8 24248 | ﬁP) I R LTS DA TSI

LEE A X QT35 vosoritide 15 pg/kg o o ri{-i"—’é’@i’?‘] ° i;é—'ﬁ,ﬁ
**#:rzm}%.g 1\2\3\10%5‘?%’: 6_%&’."1%%?3‘6\9\12?1}9 P 2 4
ERl e A RRpodgiR s wF S2 W AW Sipvt AGV 23R E 0 &k foacdp ik

FU5 111901 77 » S8 7= o Fl2nd BB e B ACH 5 T3 2 - KR L £
2% % - JE«F‘IJ‘EL f1E 3BAIEG - X 584 B o [4]]

T N gy o e B

s ; i o skEm o £ L E = B . sk sl v BRI F-_BpHEF
AAB 2 AGV L riie » 5k 6 B PR LA T oy 7 H S N —— PR
365.25 -
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Plagr gz 3 Z A P T X Zee s > 5% L+ (intention to
treat) i B4 »~ i;éjp*%—' ; = Iﬁiﬂ%ﬂ €% ANCOVA'L R »cdg 8 & = %
H2B%EiFe (F0 &) T3 T 5% [least-squares mean change] ) - ¥ % 47
I EV R A - FAL O BPRTRGERR T RUTE & 52 P AGY
BARBPLRE S2FFELF ZoE AN LR S22 T R LK Y At
23 FEIRFHFINRERD G BRERF K ET FEAES N I o

AFEEE N2l Lp AP EATEE AN E 75T LA E 64 LT SN
B i%is > 60 &4~ vosoritide ip R 20 61 L F A o A o 4 A
* FRAp 2 > e e vosoritide jpfy 22 X A 2 T 35E # A W 5 (8.35+2.43)
9.06+2.47 » faxE g fA A L % #ih %] ik 75%Fr 67% > vosoritide i f ik 2 2 B
¢ ok (98.58 2 4 vs. 104.63 2 & )o B T35 AGV A 5] 5 (4.26+1. 53)4 A
[ fr(4.06£1.2) 2 A ) » B F Z A BT B w5 (<5.1341.11)# (—5.14+1.07) »
T LBl )T A w4 (1.98+0.2)2 (2. 01£0.21) - AR T 52 LN o A
vosoritide 23 2 )]% A KB FIR LB frthdta A1 AE% Y 2
Afrk 6230 -

I E S L

1. Aok 52 Lt\ {8 > BB RIA4pLY 0 @ % vosoritide Jo R ¥ g g il
AGV &) L 2 T 3asi4e 1.57 24 /& (95%CI: 1.22t0 1.93,p<0.0001 )
Wik efrd M2 Faflh L8 "EEAFE > p AP 5 AGV
B I3 T3Eg s Ajnk i 171 & /& (95%CI1:1.40t02.01 ) &
Z A eSS 013 24 /& (95%CI—0.18t00.45) -

ii. Bipf 52 3 2 {8 0 vosoritide fr& FI A5k o2 SRE SR Z 4 ik
T3 T 3a L B L 40.28 (95% CI: 0.17 to 0.39, p <0.0001 ) » #f e 3%
vosoritide 2_ o F L & o

iii. Binf 52 ¥ 2 18 > vosoritide o F# S f e P T X Bl B g T2
TEaZ 2 5-0.01 (95% CI: —0.05 t0 0.02, p <0.51) » 3 % &2 w 5 2 g8t
7] vt /& (extremity body proportionratios ) 4p e 0 W L F St P REF L B o

iv. AP 3Y % EA  vosoritide o 1%‘ f ZERA + X “‘J " &35 4~ ( serum collagen
type X marker) k& V> A S2FpgAF o
V. AF P EHE L TP o3 52 3@ ¢ Vosoritide e ek A e

BAHNAGY boo] T3 T & T B 5 136 24/ E L5 191
NAE 5D § RS 135 24 E 287 11 Almh 232 2A4/E

U2 B35 & Zpdk ew] s 2%~ Tanner 4 8 ~ Ed0 - A#H Y AGV -

T X il i) (upperto lower segmentbodyratio)» 5 Tk EF Eg g Tabe Dy R L F EF
2L E S WL SRER AR AL B o A g IR AR .

Vg * SAS 2 PROCMI > 2= 10 &4 @ » 12 10 . E'Fl‘f')"'a?ﬁ"f_ﬁ't“

VA X AR R T e e Y R AR A E AR R e

5]

21/46



113BTD04008 Voxzogo

211 3] 15 fele 5 0.77 =4 /& ; Tanner % - 4 5 1.38 24 /& ~ 5 =
Hpor b —"‘Ff 3147 2 m/E vty GtanT iag (s £ % e vosoritide fi

0P OS%GHERYFEH T AL F Z AT BEFEL T BX
fE}‘f’ﬂ AP 3% 52 ¥ i@ * vosoritide (o B p A HP g ] T3 TR
ﬁ¢4302\4¢4203895A 8 fiin s 027->8 1 11 k=% 038+
>11 3] 15 gk 22 % 0.15; Tanner % ﬁPF] 0.27 ~ <’ﬂF'/F—'ﬁ{0’7"“
WAt Tiogi g @54 Mﬂiﬁo’w9ﬂ@ RN
o i ATe T o AR RO R E}‘f?l} v AF PR EF R Y vosoritide * 3R
ki B RS A R E R AR

N
\—

\F‘
‘3;
)
0%
\_.

=
.
[rh

z =
=N

RS
’“‘i—?

=

Tanner 4 8 % = #p 2 —'ﬁi-ﬁ/rs 3%‘7“? WAy AP EE e
Vi. HiE2E 2 E & T E 4 (Pediatric Quality of Life Inventory, PedsQL ) £

il

L) &2 4 % & F (Quality of Life of Short Statured Youth,
<®U$Y)¢ﬂ Lo s S2 AN AR 2k RE o o RFK
B % 2. PedsQL %, 4 ¥ i #cf vosoritide 2 (n=56) fo% 2 (n=57)
SRR A B R -0.54 v 2.96 0 J BATHH § 2 QOLISSY 4 ¢ indich
vosoritide £ (n=57) fr%& & 2 (n=60) % it & % 5-1.73 {= 1.22%>
Bk RO EAM L BT AL RZAR -

ﬁh

I HEx >

dAFE2 g4 > Ad eant bfp i o vosoritide fo& F#IS
Koz k BAEE 2 F (exposure-adjusted eventrates ) Y4 | 5 126.7 {v
34.8 0 L EIRIF BAET LA LE 2 > B vosoritide e F# SR
PEEFLB L 393238 By SR E Yok B G

B3R topg (68.7 &2 19.9)~ L5k % (5.6 22 0.9) AFL (04

2 0.5) v %ek (0.4 22 203)%F o2 F 3 4 3 %12+ eniag( hypersensitivity )

it w ;,, ELA q'&);f; 3 @f-ﬂm,\,ﬂa?f%s.u o FRm ’J‘zgfig}tii}:

% > vosoritide E T &30 AP FE 23 4 F R RE A ERE -

ii. #4 TP g (serious) 7 LF &t & & vosoritide fo% & #]/5% f
FEFEL010 53 T ERFErHEFL OB 3w EEG LT
Lo pul it UF 208 5 4T85 F 454 £ 7 sk (slipped
capital femoral epiphysis ) ~ %% # Ef 4 & 43 7 (osteonecrosis of femoral

ad

e r‘;-”;"fmiﬁ ¥ Ilﬁl{i)@pi‘iﬂ E ootk Ao B ﬁfs& P gm,?]__lip\)x 8 fers mﬁf;

a‘—' o 7 PedsQL iR —,i &G 56 ¢ 57 ¢ ovosoritide de e F A 2 PR H R E

» B T3 ¥ 2. PedsQL 3,4 P i+ #c e vosoritide 2 (n=25) fr¥ § & = (n—33) & w4 1.09
’fFO; . QOLISSY ep| & % &~ u]F 57 &2 60 % vosoritide & {fo% /& #H) E_\F!@.}éﬁgﬁijé FRE R
% 0 p{FHEE 2 PedsQL 44 ¥ =¥kt vosoritide & (n=26) o {&le (n=37) #» % 5 0.69
F= 139 -

y i’s E% NEE 2 F (exposure-adjusted eventrates) 5 BE P B WU EFZHFFant @ TE A E

(S Jei S

=

T 55

a\w» \+

22/46



113BTD04008 Voxzogo

head) = & » %% 77 & vosoritide 23 4 1 & # 470 2 pi"ﬂk;ﬂi
EAAEE L BT EF AN P AR bl o

40 g 1 111-302 #7 7 (NCTO03424018 ) [37]

AT 5 11301 f 2 W sk 0 5B %N TR mT R - xS 11-
301775 28 » £ 3 119 ?%;‘ﬁ"ﬁ,ﬁp\)\ *EF o PR 15 pg/kg 2 vosoritide i
B AR EBEFELEGRE P F 2ot PTG F 0 AF R
BRE? ad s I 2o

P?L‘ é% om0 L * vosoritide ¥ F' (n=58) H Af&ir & &2 L B it

A 2% 523 A 539 o4 /E 0 gy &#3’?,1_“783{‘104\%7 575 ~5.52 =
/w\/& ;M od & A S vosoritide /p%‘—*‘ (n=61)> Pd % 52 ir 3.81 2> A /& >
fedie D % 78 ~ 1043% 2 597543 20 /& o

-

SR e SR RS SEY & i SR @,yjt RN REE &L SEY -1

v f\—‘p/p}%‘* 104 ¥ ey of Hp B4R ¢h 3 40 3.52 = %u_ fo 7 3l eng | T 2
Tini B LM A 3.34 24 (95% CL: 2.76 t0393) g 104 EpFr A 4p

W R LR Z a2 BT TR L +0.44 (95% CL: 0.25t0 0.63) > #&
RT3 I L B 5 -0.05 (95% CL: —0.09 to —0.01) -

P 2 &2 5 p L Tas 15 pgkg 2 vosoritide ipfiX § oAV IRATST
ST ARE SRS LRl S ST ENE S LA
S AZHCE B DI SR -

III. #> vosoritide & * 3.5 & 2% 2.4 7 [39]

- A € RIRL o Ry 111-301 A7 7 2 uf W s 111-302 3% > £ #9
EHYTE LS £ £ 182 3F o 3% 111-301 #7 7 S8 4% < vosoritide 352
7 HTERHF AGV 4 523 (n=58) 9426 24 /& > RS HFR RN ITE LG
B 4c 2 ¥ 104 3% (n=48) 1566 24 /& » & @IFF| % 156 ¥ (n=52) 3 5.57
NAJE O FH 1823 (n=34) L 545 O A/E o Tt T X LGl HE o d A
BI%52%9-003 3% 3.5F7:£-0.13-

P ARG SR DG FIR AT AP LR o - R
(genuvalgum) g€ 7 2 ¥ i¢ )]%w & 4K &7 vosoritide F B 0 ¥ LG B4 ¥

Ztb g AT RS R W B LR AR RS HBER R E S ¥ 104 T
B ¥F i * vosoritide %?E’ % R # = vosoritide e A #reo A WG 47 A 44 A skt Dog
BIEUBEAGV 2 2450 m P T XL B4R A B 5 45 4 38 4 o
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Wt bl b FHA - H RS LR A
(b) 111-206 # 5 (NCT03583697) [38]

AL AEWA R CFRBIHRBE S P L2 5 DR E%K R
» 3359 e GAFIDES I E T A 22 2R f SRR T
Zo A RN AR S R R s R #i%&°ﬁb$/mxﬁ ik
PpFEDESLLS S ZBE R AR5 243 59 B (£R1)-6323B7 (¥
R2)~02 5B (BRA3)e a1 fr 822 R EHEELSE TP
r41 0 1% % vosoritide X FH 0 ¥ AR K 3 REESLS K oK ] &EX LS
ug/kg 2. vosoritide i > @ £ 2 fe 3 ¥ L 30 ug/kg 2 vosoritide o B
BHRMTS pRFE AN LS (sentinels) Ji 4 > H ARG M8~ vl
vosoritide f=% @é’?dié«‘%ﬁ 232 Lo MR FEFLIRRE ( co-primary endpoint )
Z - L &% 4 T3t vosoritide >t 3 & 59 2 #2dF F T A DR A e EN el

EH BTG RFEENEE A AEEG A FEREAER V- L PR 2K
%3 S2F G AMAR 2 e R R oA R Joedg R L E Ay S22 b2 B
Ewg{, CAGV S P T Xl Gl B R c B R AR T REANM AR
BP0 o g oocdn Bz ot 0 8 7 ANCOVA H53) ©5 % 23y 10 1 gy b 150
:‘imm

T3~ SEE8 A 9%z vosoritide fr% E}‘@Jy‘éf}ﬁf—*ﬁ 232 % Az B A Y
% 173 31 A (vosoritide fr% & oA W 5 15~16 4 >+ £ 25 16 4 (vosoritide
fr2 @AEE 84 ) # %35 31 £ (vosoritide fr¥ & er w5 98 4 )o
P PR Rl ?‘;éi—*‘ ?  vosoritide fo& & e ent M0 B ik 47%Fe 59% 0 &
e ulib 31% ~ 19% > éﬂ}; i 3 7 A Hs W 5379428 AGV & 4| ;i
11.06~9.6> F T Lt o w5 2.6 402520 A cndjfod £ St R¥ &
AEFFETAIRLEHE RIS AL P2 B LR AR R 1T B
2_ vosoritide fo% & #] e % ik 40% ~ 19% > £ % Z » s B 5 —4.27 fv-5.13 >
AGV A2 %] 5 4.74~42 ;& i 3 * 22 vosoritide fo% & & 24 %] & 44% ~ 88% ©
£5 ?%?‘;ﬁ—*‘ Babjakd Ay o B9 - 28 A &3 ghvosoritide e A
Flre (A% 2HEEFEHRD ) V- L5282 hd {Alep 4 305325% -

@ % cohort p 11 E#EL K o
by e TR R A 24 E & K % (infant toddler quality of life questionnaire[ITQoL] » * %+ 1 %
;% 222 2 BEFRIE TR ES Q2 FNEE S VAN A EF RV MAR T )
524 # it Bz Rl £ 1 (functional independence measure for children IT [WeeFIM 11 version 6.4] »
* 3 6 B3 21 e #FTIRENTE > T pARE -~ ARt o) &L IR
£ % (Bayley scale of infant and Toddler development Third Edition [BSID-III] - #=& 1 7| 42 &
TEHRRAT S BR F T AR RELET R ) URIEREAAM A EST o b e
C Rl AAL EE B SRR A A T AGV - E AR AR -

-

m
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TR

i RRS2EFE AN P F ZAMERE G} T 2 TR

BT % A 2 vosoritide 75 f23 4r 0.25 4 (95% CL: —0.02 10 0.53 )-

il. A% Sziﬁ’b%%ﬁP#ELL’AGV *&J_fg&]—l'”57_li’]f%ﬂ.,#p$,‘
% {2 vosoritide ii: 2.4 4 0.78 2 4/ (95% CL: 0.0210 1.54)-
B AR B TS 2 TR Ap ROt X FR| e vosoritide Jn
B e e 0.77 DA /E (95%CL—0.02t0 1.56) » p ALHp et T & 5L
Boo) 32 TR s qp At | 2 vosoritide 5 R G —0.07
(95%CI: —0.17 t0 0.04 ) »

iii. PRI T R S2:F 3 2 REAPKM A BT IR ?T@H‘ié&méﬂo

>S4

| B 12 & R o A

1. "T*px;é‘ R e Sy - ol "}*’*—fﬁﬂg’»iﬁ’&ﬁ"sﬁiﬁﬂ{fﬁ
et g,]wrs (adp /A O I o - S A m’;* 4 & {4 vosoritide %
A A ED045 1 T AL E A E T36 2 o 4 vosoritide % & A
Eruy 3 406 ?%éﬁﬁ%}*iﬁ&ﬁl TFEFL

il. —thAC G ERFM AR T AEETEHR T FEIRE FAH L
Fe g M pEm oefex @ b p 2 1 k9§ A vosoritide 2 4 = o v FAR
P i:ﬁ:}lis £ P 3R R R B R (cervicomedullary ) F &
XD B8 ATag A o

iii. ¥ b B ovosoritide fr¥ FAlet g - B EHFLHIT 3 LR
vosoritide 7o —‘ﬁ%ﬁ‘ 4 PR M pER e ¢ ko o
iv. RFFA 3B 2 BRF B R REINRERF oL g RS

XB O RE N G 0 F ok AT —'ﬁ » % vosoritide fr% ET

Bl A G 9% 25% » T U 40 F A A LI T RIA B 5 47% ~ 38% ; 4
PR gLk B RO 0 T - R4S vosoritide Jp
FHOM- G oRRONE REE S L RF A TEE

IL o 3 sdp iz & 47 % 28 % 20 e TEGR > Adndl 3] - &3% FI BAR 5
TR AT

I - g A 45 g a0 7 [40] 4 45 75 f«}%’éﬁﬁ ¢ 7 11 & * vosoritide
S ELT \fﬂ’:]}% A B ZVEE LS R A A 3D ¢ SRt kg or i@ * vosoritide "ﬁ
(n=43) fpf>tig * 5&‘@3‘?'* (n=32)> ¥4 L3 Z»#03 %~ (95%CIL
0.07t00.54) ; # 47 AGV0.92 =~ /& (95%Cl:024t01.59)> ¥ A E i}
T Ll 5 2 -0.06 (95% CI: —0.15t0 0.03) -

() “HEF EWL TR BREL 8 5 RP AL -
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§ % FA2 A g 2 Ap
HE 2P FREFLAAHFIREPFL 2T 2 0dcd T 2 452 o
SRR KL bR S A i g o
111-206 4= §
=y 11130145 (5% 18 & 4 ) (5 * 359
")
Vosoritid
o gﬁg; % @A (N=61) i i
‘ N 95% CI 95% CI 95% CI
(95% C1) (95% CI) (95% CI) (95% CI)
, , 1.57 2 4 % ,
AGY 171 2 A 2 0.13 2 4 /& (12200 1.93) 0.78 2 A/
. O 1.
(140t02.01) | (—0.18t0045) (0.02 to 1.54)
p <0.0001
0.27 0.01 1028 0.25
X WA ' - (0.17 t0 0.39) '
(0.18t00.36) | (—0.10t0 0.09) (—0.02 t0 0.53 )
p <0.0001
P -0.03 -0.02 001 0.07
- ' ' (—0.05 t0 0.02) '
o (=0.06 10 0.00) | (—0.05t0 0.01) 051 (—0.17 t0 0.04)
p =0.

- 111-206 # 3

A > vosoritide ¥2 %

A=

*—}J_ﬂ‘i ’ ,JJ.-% 7 J-’i’:y,QS%CI:‘; 95%]’3@{%‘&]—? o
R DA RN LY

' 52 33_—7\/?1]—9- ‘e—.‘:% o
oo BT ES A R K BB

3 E' gc.';al ;ILELFW j‘-‘;’L-‘L
B& % 32 ¢
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F 7 TRk Rk AXERE L RSP EHE
g ‘ 111-206 5= 3
111-301 = 5 (5 % 18 s A
R L (I I8AR) (i * 3-59 87 )
TEAE Vosoritide | % & 7#) OR RR Vosoritide Z A
(n=60) | (n=61) (95% CI) (95% CI) (n=32) | (n=32)
i 0.98 1.00
98.33% 98.36% 100% 100%
TEAE 0.06016.09) | (0.95t0 1.05)
T P B
0.75 0.76
€7 2 5.00% 6.56% 9% 19%
. 0.16103.50) | (0.18t03.26)
3 &% 1.02 1.02
" 5.00% 4.92% A E AR E
S 02010525) | (0.211t04.84)
/—:E /i:-] %\'—é"
1.48 1.06
M| 8833% | 83.61% AR | AR
CEAE 052t0420) | (091t0122)
AP B e 3.03 1.54
NN 73.33% 47.54% 81% 41%
R L (142t06.50) | (1.14102.09)
KR
A0 B e 1.13 1.04
NN 68.33% 65.57% 78% 41%
R L 053t0242) | (0.81to1.34)
AT
8BS R
B e 5.70 3.90
N 38.33% 9.84% 22% 6%
R L 2.12t01534) | (1.71t08.89)
i’ IR

L 1:95%CL5 95% 4 % & 5 OR 52 5t (odds ratio) s RR 5 B "+t (risk

ratio) ; TEAE % io%% d) 3 en% 2 F 2 (treatment emergent adverse event )

321 % OR/RR /[ * 1 p¥ > ¥F vosoritide 2§25 f] o
30111301 47§ 2 FAL31 % PBAC 23R 472 5 111-206 2 & & 5 S8 A /%

2R RH A
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B. kst v e (28]

E;?*—*F"}IE‘;}%"&’I t']" M” l—@% ]?’!1}_“/&7 é "ki/r'}é‘JP B Z_
,:? w['}v}gﬁ?*@;\ )’ .:F\)\ 59;5,{:[7@ » Hd 4019;}&.5:_!(‘;;,}};]:5% :—L_‘;c y & 8 3 B4
%1%%94‘55@ 2R Y 1T B AR e I8 EEREET -

(a) TRA SRR IHE 2L

Bor Rt o % chip i 14 L 4 Kk 21 g e u &
W2 IEFT 7 G vosoritide 3ES (A W & F 1 IR 4E W 3ES ) 1 2 — B 5 M meclizine
ZLIE R MRk

. ¥3%iv& AGV

HF RGN 0 PRWEFRG LG PP 111301 77 #
"TISHRTEAF L 4 vosoritide ¥ 5 i P ih BT 2 2@ R E 0 BT
I R v R uitaﬁﬁf" BLAEO XD AR RS F 0 RESEEF R
TRt Ee P A2 ET M o V- H RN T E R Hag ?‘#56;5'1'1
.‘sé%&«ﬁ-‘p s B H AR 5 AR TS 2 A% 304260 B chTiarkr BB 7 A

FIH e o BipR 60 B 15> ToRsc g Z 4 #0.78 (£0.70) o

TS SAERLMRLORAMILY 2R HE IR ST
e - {82 w7 sy d éﬁPi‘gﬁ 02> -&i‘g‘g\i__l_ 1.6 ; F'ﬁ 3 B

ERAEFEE Y -y & - nnb gt AVALE S L ra»w:% s fe akﬁ& H R E M o - AT
1#}3»' GdEZ A R FEioR 03 (£25) B2 * 2 x> 23w oud i
42824 (p<0.06)> T2 s> &5 ainh 107 (24) #1587 r1d LI H 4
3.5 24 (p<0.05)-F 4FF T &% Mm " 2 Lk AGV ARt A9 v 1
PP F A WA RPER S B MR 0T 20/ 8 T - &
33 A/ E i B oo e 5"‘ 6;@‘/};[ @ * i{&f% ts s f‘-"zﬁﬁ};#ﬁ“ 75
H¥LE A3 iﬁpi‘ﬁﬁﬁ 4R grd s H AGY § A d atE R
(tachyphylaxis) c48% o ¥ - FAESHBEHZ RE BT L B E ot L3
59’%‘“’;‘E“f‘féiiiEﬁji%&)iéﬂ’&‘lﬁniéﬂlgmAGV* ¥ & 1.9:12( 2 A
J#) 55T E 5-008£0.72 (2 A/ ); MAEHAGV % - £ 5 3.6£2.02 (2
AlE) BT E G 081172 (a8 ) ﬁ—*‘*’déﬂ}aa,_,r}; 55 & SAGY 1t 38
AR - & /r'}%‘

O RREHYRP SR NSRBI R RDR AR LR s
#FEA 5732205 28 TR FIERED b AR K Rt Ak
RipfhEdeA e e pd LRRS 6 > BRARI DR FI o B I ARE
- A2 RERFHEFNLE (p=053)> eTHmd L@ R4 2 £{57
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59.5% (p=0.03) -

a2 o lFﬁ;&é vosoritide ¥2 4 £ % £ L TR S=ci- -
ja‘ﬁ A1 vosoritide S rcFF FHEEBE 2 5F > PV AR G %%zgq’gz}ﬁa;‘;:};f o

£ % vosoritide ‘}éf}%‘—*‘ 7 98-100%% 4 2 RE 24 4 > R F Lenf 1 53N
F Rt S3% (= o QwﬁBSwﬁ%S%%’m%?ﬁ%%iﬁ%i?{ﬂ
Moo BeE 7 A F g4 FRe A9MRE 2 R i 2T EhE Y o
6FAMLARLIRNG TP AFE > RV R LT LAY Bk 2ER S T3
BAETHREFERER? P T RB SRS IEREINNT LFEE o B
meclizine 9% laff¥ 2HF TP > B FHRE LT LF L o @ * £
ﬁﬁ%fﬂﬁ15@%%7%iﬁ%i’B?imﬁ%’&ﬁiml%idm%
PPN FER S RS S

C. TFFHE |3

IR Tk R § é)?%?’ Zv > vosoritide ¥ i F F T A 2ET G N LR
24 & ’Ei.f‘li:])%4 AGV~ 23 Z nficr WE2 P TXig, v 32 a%i) ie
WA B REA AF R LFL BB ARy Rw T oo g E T
* g e A& vosoritide j_{,;r‘% SE LR R e F kv 2L
Pioh > Ra 2 R RiE2ZFRF IRV RIBHRAY TR LSRR
o BEY G RER LFEF L o

(1) B dH R FA

B hRESROGERE LT ERFLERED AP prER o AP e
g 14 Euj;:[p:rlj—o}]?g ' 5 F g SREESF 0 3 38 pORR jb—F‘J.—«,fJ_ v 1 38 PBAC»%%%J&’I‘
%ﬂ%;y THEAa T o Rle 19ﬁﬁ&pw\2ﬁvﬁ?@\1g$

B HTA =G4 4 - #B%%ﬂ%ﬁ%ﬁfﬂ#ib&é%"*?*+ £ ﬂ%”’
ﬂ.L}f@]_ﬂ%ﬁ/“tﬁo

ERE ﬁﬁxﬁwﬁvﬂwwlKﬁmﬁﬁﬁ%ﬁﬁﬁﬁﬁnﬁ??lﬂ%
$%Fiﬁﬁw?3wiu A ERTTRER FARP B RLELF
1‘ 'ﬂhﬂgd‘**rf’}%‘{&%’lv’bﬂgzp ké\ndd‘d‘%rﬁﬁaﬂ/r}? AR
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w

(-) W5y &
* % % 2.Voxzogo®thi & A 5 vosoritide » L F b ¥ FRREERE Y Gt
FEGEREFRL T e L2k B ¥ # 7 2 25 (achondroplasia) ¥

AP ERAZEF | - BHAR% ;m; ,ﬁ’gi’fia\{?[gkﬁii’ﬁ‘f%?’* L o R
i

REFHFTF 2p > w0 Lk BHEd ARAREFLSFTE KFT AR
%%ﬂ,ﬁﬁwﬂj%ﬁﬁ?ﬁ@ﬁ?%%oﬁmifﬂiﬁgiﬁw%ﬁﬁ?%
ek su'ﬁ_vlgk?}éﬁaiﬁf PN EMNRELE D HEL FESFRCRFY
F AR BEE R AR ST & oo

ﬁ%i$§%%ﬁﬂ9@$*$F§%’$WP&Mﬁ?mmE1192%,
ERAZELY T FTT DL oK ﬂfﬁi‘ PE AT S Y
PREECIFAEFAEFEFL LBV 4%@ CDA-AMC £ # B NICE » %
2024 257 14p k> RIAAEAPMITGHFEL 2 o

(=) AR HTERF 2% 212

BT PHEIH AR E AN R SRR R R R 195 7%
Ry ?‘}]?%Tz’ oo RO AR B FREZAGV S E 724 ih
Hheod 32 b #5772 252328 P AEREFLR2FAERS LR
WM T AN AT LA TR REF AT R B
}&ﬁék?@%F*’FW@ Il N = IR #m%%lx+*w o,
5’43!__;\0%{—%,?}%’1151” i T RN %/zi?km%}‘ﬁ-%/z&f;ﬁﬁ' PESFE
W2 Y WRRERE RGO BN ATELEE Z_ B enip ¥t
BB p oy Sy REF LFEF L o FERG Hipo VOSOI‘ltldGT\ Hp Fr »x
BEBE R G ﬁ%%fr’ P s = RREPPF T B L H 5 = & > vosoritide/r
ek 4 G AHE o

(2) FR bz

AERECRPREZAAMTAT ESY o LA L2 R MR $FPPBACHE
FYAPMBELELRL

:}]%i%z«ﬂ‘}?ﬁ 3 X vosoritide/p B 6 ¥ 5 2 5 p i 4 "t’f'o?*"nﬁ‘f" ) i’e‘:}}%

PR R EER o p A AT P AT ET 2 2 ié PG e F AP R
BITEAR o BB EEAME BT o x B Hgg o
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Li‘gi—:ﬁi.;\ﬁiﬂi’ﬂ-j\:kﬁg H2ERB RPN 2 B CREFTT -
(=) 3 8 =GR

LR i
FTA ARG &

CDA-AMC ~ PBAC % NICE z %5 PRI RRL 2 2 ;ﬁ‘ﬁ ez

ﬂ%§%ﬁﬁ?%£$$%ﬁPmewwéﬁ’uﬁﬁiﬁgﬁﬁ

Hith a2 $HERE P oA rnFFAT RS o

CDA-AMC
(4e&+)
PBAC (&)
NICE (#R)
E PR

[rn
4o | -

ﬂtw

SRR
# i

G| @
“’“H
&

‘ﬂ\

FEpY

DA 2022E 77 290 11 gkiHHER
32024 &5 17p 2k AEApMTA

SMC (Fte i) Flifds=mapd @ 2 2024 & 57 17
Pk BEAPH TR

PubMed s % 4 % o

Ao

1. CDA-AMC (4 £ +)

32024 & 5"

2. PBAC (&)

17 p 2 > *t4c £+ CDA-AMC % F & &g M =R 4R 2

i PBAC *1 2022 & 77 ~9 % 2 11 7 &% vosoritde i (7343 » ARM AL N %
& dois o PBAC $5%0 2022 & 11 7 123k %5 ¢ vosoritide * ** 4 424 A B & i ¥ 2

T R2p A [33] ¢

(1) 2022 & 7 *

BREHRTY G L’L'Figf/‘r} vosoritide * ¥4z AP L FFT A 22 H A 0
PBAC *t 3% '”’I-lp T ERET - PBAC R 7 F T 2 ir*&ﬁﬂaf}?ﬁ’ LEPL b

IR RS k=7 Piﬂ-.ﬁ

¥ s o FU vosoritide TR IELE G FRISH B E o

31/46



113BTD04008 Voxzogo

vosoritide # # F &~ ® > @ F & Aox F mi B & &kt @ (incremental
cost-effectiveness ratio ) 2 P47348 75 4 A EEIV4R X o 0T R & L 0 A3 247

R iRy 111-301 Tk 385 A7 1 %% (P HR%¥ 5 5 /1 18 & ) #4{7 vosoritide +*
#oik 2 P (best supportive care, BSC) * ¥ dt ¥ 4 5 3 22 gp 4 ehdh Aox® A5 o 7
1P - B A EEHA] (cohort simulation model )> & 2 i % - A fAREE R o
FLEHTHOER L AR HHRPR S84 - L %Y 4TRSS 5% BSC
R XS RNA &L B ESFE AR ST LIAISE# T > @ vosoritide * & 4
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PubMed (&% p # 12024 &5 * 15 p it )
#1  |achondroplasia 3,215
#2  |vosoritide 47
(randomized controlled trial ) OR ( systematic review ) OR
#3 ) 1,241,168
( meta-analysis )
#4  |#1 AND #2 AND #3 7
Cochrane library (4% p # 12024 &5 * 15 p 1+)
#1 (achondroplasia ) :ti,ab,kw 60
#2  |vosoritide 25
( randomized controlled trial ) OR ( systematic review ) OR
#3 ) 1,104,436
( meta-analysis )
#4  |#1 AND #2 AND #3 23
Embase (3% p # 12024 #5 * 15 p i)
#1  |'achondroplasia'/exp OR achondroplasia 4,322
#2  |'vosoritide' 148
#3  |randomized controlled trial’ 1,112,482
#4  |'systematic review' 578,971
#5 |'meta-analysis' 446,965
#6  |#3 OR #4 OR #5 1,702,851
#7 |#1 AND #2 AND #6 23
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WS~ GANTER 2 )%Jejf'é? Kok

| MAET (ROF P 2024/5/17) P
#1 achondroplasia 3216
#2 vosoritide 17

Cost-effectiveness analysis OR cost-utility analysis OR cost-
#3 315,476

benefit analysis OR cost minimization analysis

#4 #1 AND #2 AND #3 0
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