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TsalaLg$ (Gaucher disease) tulsamaiugnssumendiinainnisvineulssingladslusding
(Glucocerebrosidase) Tulalglay Fainnsazauvesansusunnladiuegluwaduazinlviwadiivuig
Tnguniefisussiiiaund dewaroeTornansssutuasdonnauannnadn wu fule saln
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dwdulsalnsivdad 3 Sauslédn 3 Usziam 1dun 3a, 3b uaz 3c AmudnwareINITUATAIN
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lsalnsiiaUAnisalniaiiin 1.5 AU [95% confidence interval (CI): 1.0-2.0] #i@ 100,000 AU
youdniiAalmiialan lnowudnduveslnidsuind 1 inniwdndu q dwsugtfnisaiveslsaln
wilugdimaeidewitdu 1.1 au [95% Cl: -0.1-2.3] sio 100,000 AuvesinditAnlua (3) foyaves
Useinelnelugiaw.a. 2553-2561 s1e91usurugUaslsalaessiuiu 27 au eaianisalin
AsouAgu 80% vasihelsalniiaUsama wadudaelsalnmdedad 3 wnflgnsiuou 12 au
(44.5%) wilndl 2 $1u9U 11 AU (40.7%) uazadadl 1 $1ud 4 AU (14.8%) (@) 189 1uHARINA
AnuadieadatuUszmady 9 lweide Anvinguasdlngifuviad 3 udunnsnsainguae
yngTunniinugine 95% Busindl 1 8nits Sawuindtaelselngsadadl 1 uansornsiausiony
touarguusinit ieiSsuiiivuiugtasyngfunn (4-15)
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Identification of new studies via databases and registers

Records removed before
screening:
Duplicate records removed
- by automation tools (n =
95)
- by a human (n = 11)
Records removed for other
reasons, Leonart LP study
(n=1)

Records excluded
(n=162)

Reports not retrieved, no
English full-text
(n=1)

Reports excluded:
Neither imiglucerase nor
velaglucerase (n = 1)
No outcome of interest (n =
3)

Previous studies
Leonart LP et al (10)
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(o] . . .
S Srtgsi'gjs'r\‘glrjsdigg :)nf Records identified from*:
2 f’eview Medline (n = 123)
5 - Imiglucerase (n = 29) Scopus (n = 157)
= - Velaglucerase
(n=14)
— !
Records screened
(n=173)
(o))
=
S Reports sought for retrieval
o (n=11)
O
n
Reports assessed for eligibility
(n=10)
— !
)
Reports of new included studies
(n=6)
o
Q
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| Reports of total included studies
(n=49)
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U sULUUN133RY Useind 81 NaUIY
Becker-Cohen | Single-arm trial Israel Velaglucerase vuUMg1 15-60 MAFeiidunisveneszeziiainis@nel (extended study) 31N9UITBUD
M et al (23) Urkg 10 2 dani nglsien Zimran A warany (24) lnedssegaidnniunauiy 5 U annan1sinmniu

WUU step-wise approach ves | {Uselsalni$vilad 1 91uiu 8 au wudi fUlelionnisasi (Tanaluglves

S¥8ga1lUNISUSITEN sesudlalnadunavindniien auinvesiuLaziing wagliflennsiradeaann

N5 kEN
Cappellini MD | Cohort (International Iltaly Imiglucerase %Jya%afaﬁﬂ International Collaborative Gaucher Group Gaucher Registry
et al (25) Collaborative Gaucher iwwuma;:iﬂwiﬁﬂimﬂii‘mﬁmﬁ 1 uay 3 ¥BMATLETY Imiglucerase (unde
Group Gaucher Registry) wsnuazdnwneiiesetatos 2 ¥ $auau 73 Au 9 AUaeilennisulnnsean

WarAUNYDIRINITUINNTEANWUULAEUNS UARAIIIN baseline 8133l
WedAgymneada liwudUleniinseaniin wenaini Nsvezianfianue1n1sn
21 W‘Uﬁgﬂwﬁﬁmw bone marrow infiltration (57.9% vs 73.7%, N = 19)

LAz bone infarction (25% vs 37.5%, N = 8) HaaniilatUSauiguiunau

baseline
El-Beshlawy A | Cohort Egypt | Imiglucerase vu1agn 30-120 | fuaelsalnigsoling 1 way 3 911w 148 AuNlasU imiglucerase W 20 Y
at al (26) Urkg 10 2 dami Hsvauslulnaduasindadenddu aunduLaziinuanasegadited Ay

atd uenantl 12% vesrUrelsalnigsutind 3 liflenismnessuuyseam

PanszazIan 20 UNlasu ERT JURetde33n 16% 1t 1u1AuInemns
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n1558RT3M (overall survival) NSszazfnniuna 5, 10, 15 way 20 U winiu

86.4%, 85.4%, 77.6% Wag 73.3% AUa1AU

Gumus E et al
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Cohort

Turkey

Imiglucerase Yu1A81 60
(1 30 - 9an 120) U/kg

N 2 dUani

gurelsalnigsutnd 1 uar 3 91udu 38 Au 1asu imiglucerase wazAnNLKA

o

flsvozanads 7 U nui duiefionismessuulafindtuegiedduddamie
afmlaiUSouiioutu baseline feszduslalnadauazindaidon uazisuu
FhefiRnnnzidenansanas filhefvavesiuuazihuanaseeadidodAny
ymaadfidiewUSeudioudu baseline uanainil Ssmugtrefifiansfiauniinig

SUUNTEAN WU Erlenmeyer flask deformity uagnszgnan 1Wusiu

Ida H et al (28)

Cohort

Japan

Velaglucerase

aAfelvhnsfinuludiaelsalndseiod 1, 2 uar 3 $1u2u 20 Au e
15U velaglucerase UNupg19U 08 3 LA (A1 median 49.5 L1iowu) lag
FIENUNEIIENUI e 70% leranisinwnudivangvesnssnw laun
A1 hepatomegaly Uag splenomegaly score 1infuaud fiszaudlulnata
wagdaunindennudmune azuuu bone pain sgluszauldsunsmse

whriugud wazlinvenisinnsegnuuuideundy

Sagara R et al
(29)

Cohort (post-marketing

surveillance)

Japan

Velaglucerase vuU1ng1 60

Urkg nn 2 dUami

si’JJE);‘JJamﬂ post-marketing surveillance fifinnuuIl 6 ¥ 189UNaT0INNS
1% velaglucerase Iuéjﬂ’miiﬂiﬂb‘tj‘i“‘ﬁﬁﬂﬁ 1,2 Uag 3 S 29 AU FITIUI
Q"L’JaaiwaiumLamg'ﬂwﬁmaiﬁ%“U imiglucerase 111 9U (A1 median Vo3
szop1Ia7ilA5U velaglucerase w3 ¥) wud AndnidonvesrUaeity

waregluszAuasimudminenaenszezia1n1sinw
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sUnuUN15ITEazidunisusziiuanuduaiaaeisnisinsisidunuessausslevil (cost-utility
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analysis) WazN1TILATIERRANTENUATUIUUTEUN (budget impact analysis) 191989321 08U5798
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4.1. Ussnsuasnguaiagng
V1 < 1av v aa o & 16 a AV 1 =
AUreinway g lasunsidadeidulsalnseliad 1 uay 3 NlidnansenunesyuuUszani
Jusse el MddedlaisugUielsalneseiind 2 wag 3a wghUleiinnnsniesesuulseand
JuLsedIn1ssnwdsendlutagiuaglifvssleviludUienquil YsgneududUaslulneiinudu
AUrelsalnigsyilndl 1 wag 3b d91uiuanniian
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1
av A

MmApillTeuiguuluevesmsveneansnissnegUislsalngs aun wevedagdunddaelsa
Inwseind 1 winuilasunsshwiaag imiglucerase Noglutnydenanwisyd wazuleunglnidi
vegansnssnwdmsugUaslsalnisvilaf 1 uag 3b e imiglucerase %30 velaglucerase
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Adeiianadnsneguninluiulszaninavewnnsnis loun ruulddauaslauniie (quality

adjusted life years 38 QALYs) veaUlefilasunissnuluusiazvnadon lng QALY flansAuia

1Y

atl
QALY = U¥in x Aessauselewu (utility)

4.4, quuawmmiﬁnwﬂ

nMFATeiiunueTIaUsElevlldyunevesdeny (societal perspective) kagn1TIATIEINANTENY

[y

auaulszanaldyuneave TulinvousuIuUTE MYIaNeIUUTEAUgYN N (budget holder

perspective)

4.5. n3auLIan

a

nsounalumsiiaTgnuuessaustleviaseunqunaandnve Ul (life time) Waasoungy
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msvsuiuuanluefalinduldagiuinmsusumenuisiaduslaa (consumer price index w3e

cPI) iieliluyardululndesgs (w.a. 2566) dagns

.. CPIU2566 .
yarlulnasie = XAUNU o U t

CPI Ut

\WennseulatunmsieseisuuessaUsylevuiissesianannnit 1 U msfnwildeh

' 1%
fal a =

msvsuAeuuazRadnsAnTulugIaiuanaiulRdugardagiu tnelddasansiiu
3% (31-32) A9gns
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4.7. WUUTIRDIMNNLATEFANENS

wuuSaomnaassgmansililumidsiuvseandu 2 daw s wuusians Decision tree (3Uf
2) uag Markov (g“dﬁ 3)

UUUT1889 Decision tree Lanin1siUseuisuuleuisdagtuiasuleuigveanisvensdni
ms¥nuUaslsalnigs lawn

ulswetlagty fifthelsalnsudiod 1 whiufldsunissnude imiglucerase fiogflutiny
gmdnuviand uienadlftaelsalnsaiied 1 viseiaglafunsidadelmidndusiad 3o vdwain
fanmenisivaeluldssagniauasnuiioinsidaldiulsalnsodad 3b Unnglunienda g
fuaenguilazdomyansdnuinsisulouetiagiuanuselonidiuen imiglucerase ATEUARNLA
ms¥nundithelsalnedoded 1 winfy wlunsnssiudn anmsussgunguiiidnildduds uwd
fidemapanzmsldlidoyain liflenaditedeludusudulsalnmssiad 3o udrnenaneundy

15ANLYSIRATN 1 AENFI AatU ﬁﬂaaﬁiﬁﬂﬁaiu%’uﬁuﬂuiiﬁiﬂLszi%ﬂjﬁmﬁ 3b azlilasun1sSnenane

£
v A

ERT melsuleunedagiuil

weueluy NvenednsnissnwdmiugUaelsalnsyidai 1 uag 3b Ay gUielsalngs

w¥ilaf 1 uway 3b azlasun1ssnuime imiclucerase %3 velaglucerase

10



Type 1 GD patient

{Markov B (ERT)

Dx. Type 1 GD

Type 3b GD patient

{Markov C (Switch)
Current policy: Type 1 GD

Type 1 GD patient

{Markov A (No ERT)
Dx. Type 3b GD

Type 3b GD patient

{Markov A (No ERT)

Type 1 GD patient

{Markov B (ERT)
Dx. Type 1 GD

Type 3b GD patient

{Markov B (ERT)
New policy: Type 1&3b GD

Type 1 GD patient

{Markov B (ERT)
Dx. Type 3b GD

Type 3b GD patient

{Markov B (ERT)

5U# 2 wuudaea Decision tree uansmsiUseuiisuulsuelagiuuazuloungveansuenyansnis

Snwhelsalngs

UUYd1889 Markov (3U7 3.1-3.3) uansnsaiiuluvesdsalngd Fawuudiaesiignanuuas
1MWV BN Fuyvena wazauy (17) InesududUisaregluszszuanionnisiiutieves

(Y]

TsAlnws (symptomatic) a1ty nisaliuluvedsaazuuswunguuasgUiglacail

Markov A (5U#1 3.1) Aie Juaeitldlasunissnweae ERT gUienguilazlasunissnuwiiuy
UszAudseaas laglilasu ERT Zeusenausmeaniuzguan 2 aanue loun gUleluszosiansains
\Julae (symptomatic) uazidedin (death)

A ¥

Markov B (U7l 3.2) Ao {Uhefild ERT funonduiiusznoudeaniugauam 5 anug Tag
L‘%@Jﬁumﬂﬁﬂw symptomatic §s&san3nedie imiglucerase 3o velaglucerase HUlgenvegluy
an1uy symptomatic wileufunierasuganzdugtheluszezUasnanernmsvioonsaun
18 (symptom-free) Tulnsuiadi 1 wioernisluszuu non-neurologic Auauds therapeutic goal

(improved) lulnigsviiai 3b laeiiinuainemisian 2 mngUigegluaniug symptom-free Tulniys

11



¥iadl 1 %50 improved Tulnigsuiini 3b fUreenalasunisugnanewadauiniadalain (HSCT)

$uu ERT @ailleniavmevia (recovery) la uenanil fuigeraidedinainnisaiiiuluvedlsaluug

avanUEVIoMNANNADY 9 A

Markov C (5U71 3.3) fie ffteiilsl ERT Tutaawsn windsndenueinisiteldldszoenil
waznuithedionsidildiulsalngsetnd 3b Usnglumends unndImeganssnwgiengy
i Woannlidunasiuddsvedsalnivestad a(2) (33) Fstasenaazegluaniuz symptom-
free w3 symptomatic ndsléd¥u ERT 9101y fnisandulyveslsaganiug improved 938
symptomatic ndanuganisinuld ndufihsenadedinnnnsduiuluredseluusiazanius

2 d' Y
Wﬁa"ﬂqﬂﬁqL‘V]ﬂ@u 9 19]

lukuudnaes Markov iunualianuzauainatunsaildeusvatliniely 1 500U (cycle
length) wazililenuves symptom-free Tulnigswiln?l 1 vise improved lulnw$viing 3b A fUaew
IS . ddy ¥ v Av o . [
f91n151lusguU non-neurologic ATuAUlAMLINATIRYTTANAN13TNE (therapeutic goal) AN
72
A157197 2 INEUTURINTTSNWILaLASTIANANITS NI ANLLLINIIAISANAUASIEYY Imiglucerase 9o

yaldlsalns (33)

23898/55UU nauItisins3nen AYUIANANITINGN

319n18 (therapeutic goals)
szuulaiin 1. 139A979 Ho 1osnin 85% oa lower | 4318 faust 12 o/dl
limit vaeAUnA AV Faudt 11 g/dL

v
Y

N Aaue 10 g/dL

a

b

2. 1ndadansiinii 50,000 /mm> Tagldd | USunaundadentiuduaudasesuiliiindonaonias

anmuitausauilule uia

Hispontaneous bleeding Usunaundadondulnilugtrefidniuwd

USunaundadantiiudu 1.5 wih Wsuduneulasunis

Snwilugtheiladladago

flunazding 3. WARYINITIURTITTIAIN splenic dufivunnguatetatiey 50%
infarct laiflonnsannsueiadensn
4. Huge splenomegaly fuflvwnguas 50% euduneulasunissnwvie

fuflvwnguasuwagivglaiiu 8 wihvesauund &

M50 TALAYID ultrasonography #se MRI
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2IYIL/LUY \nasfusdnssne fulIanan1sine
379N18 (therapeutic goals)
YUANTBUINNAWTIVBULUDA iliac Auivunguas 30% Weuduneulasunissnwvizedu
crest 138 veusuludin midline J9¥n | fvuinguasuaglvaflaiiu 1.25 wiwesuund Ganse
PUIALAYNITATIVIINNY i9ialaeds ultrasonography 139 MRI
wihfisuTiRaUnATnsAs LM asHTY
n5eaN 5. 91N1TINgRIUNEY (acute bone crisis) | Liflonn1singRdunauindudn
IngUannszgnuusasiuiuiilduaydin 91n15UInanas
onumuiingsiu laemzidoandonls | enaisdvde MR nszgniin1siuAsuuUasTy (either
% w38 1l avascular necrosis #38 MRI, QCSI2, or BMD)
NITONINLOS lifinszgniinieaifisluaian
Lﬁ@iﬁma%’ﬂmé”wﬂ’]iméfmkﬂmqmg@ﬂﬁﬁu
Uan 6. fosmaveniizunss wu erududa | anuduidenlulengeiimaldeuntashivy
voseandauludendinund (Spo, less | mnudufivesoendiauludenlisn
than 95%, room air) / AuRAULADATY N1 hepatopulmonary syndrome nduINATunIe
Uanga (pulmonary hypertension) u39 8 | wely
ANMZUNINYDU hepatopulmonary
syndrome
nmsasdule | 7. mswsiiulnvessunedun fe il | dwidndiugedes 9 nduRR U nasURR

tinusediuganinii 3 percentile

Wiaifigufiven

Y

Symptomatic

Death

JUN 3.1 wuudnaes Markov A wananisandulvedlsalnaslunsaiUienldlasunisshwee ERT
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Type 1 Gaucher Type 3b Gaucher

(

Recovery

Recovery Symptomatic

Symptomatic

Symptom-free Improved

5U# 3.2 wuudnaes Markov B wansnisaniiulivedsalnslunsaielasunisinwne ERT TugUaelsalnigsvliad 1 vive 3b
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Type 1 Gaucherin the 1st diagnosis

Cr@r;omat'c

Once found to be type 3b Gaucher at the later stage

Symptomatic

~ )

N

Improved ¢

Symptom-free

e e ————]

3UM 3.3 uuudnaes Markov C wanansaiilulivedlsalnigslunsdgUqelsalnselian 1 ala ERT Tudisusn uwindsandaniueinsgilelulassesnile

waznuIetomsiinlatulsalnisetinil 3b Usngiunends unmdlmeanisinwigthenguil iWesnlditinuanudinssnm
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4.8. fusiildlunuuinaes

dadaugaslsalnsviail 1 uaz 36 Tun193ededudy (Wuys1aas Decision tree)
aouamABLuIINLIME R deTaLaNIENg

Useansaavad imiglucerase %39 velaglucerase uazfan7aﬁazzﬁmwgmmfm'w°7 NN13
AAT12A T 98A1IY (meta-analysis) Ineg1989n15AN1v09 Leonart LP wazame (21) inuniu
350unssueg 1 lussuuniuninauidensy imiglucerase Tun1sshwUaelsalng$ Tnedaden
NUITeTISeuTieuUsEANSNaves imislucerase waz baseline dwsuUszanEnaves imiglucerase
WUl velaglucerase 8198anan1s3sbwes Turkia HB. uazAn (22) fithenvadessenisin
Usgdvsnmuifisuiulaenss (head to head study)

Usednsaavain1sr HSCT 8198sayavesrUlglngarnnuidevedlsamgiuiasiaundud
warlssweruiaaaluAIuns (12, 20)

sasmnFedinvesssrnsialy dedanndeyavesnsfnunislsawaznisuiniivves
Usenelng w.e. 2557 (34)

4 =2 (%

Aumu nsanulldyuuemedeny dalu dununzdniinseiluluuiness 109

1) AununeesemineIftunIsunng aseunquealditelun1sngaidads n1ssnw wavnis
AnmunaaINM SN IsuudglulaUlguen

2) Aununensilainedatunsunng lauwa AAUNIsUNIISNYT AINNWaLA191MTU0N
Y a (% o % 1 (=S a 4,
Atheuazd Tumslusumsinw uwagduyunisauasg1aliidunianisvesyid (informal

care)

lAgAUNUAIe 9 919899UTT80I ¥ ANYENA hazAMe NUTTEUAINANAIYDY
L. o v 16 a a v v ° v P
imiglucerase lumssnwdUlelsalnisuiad 1 lnedeyadunuiiuiaindeyayligilsmeiuia

a a o & Y o [V Y 16 a o <

S UALazIINMTFUNEalEU (17) dwudunuvesUlglsalnigsytiai 3b wag HSCT aziiy
TayanUieanlsameuialusemalng seazBeaiuinislumsadunuegluinve 4.9 s1aen
imiglucerase ag velaglucerase 8198931n31AN81TI UTENLAUDLN DN TUIUTIV R Tevan
SRR

Arassavselevd ToyaressausvlovivesUiluaniusauninsingg 8198991338 ves .
gua fyrena wasany (17) Fan9neuiuve g deiviganznis lunsdiUaslsaln
Wsvlindl 3b washtheiildsu HSCT aufudayadtieantsmetuiatulssmealve Tnsmnduaedu

I3 ° ! A aa v 1 v & v a
Lmﬂ’mqmﬂm 8 U Wﬁ@IUﬂﬁmWEﬂU’JUiuﬁqﬂJqﬁﬂ@@ULL‘U‘UﬁE]Uﬂ']lII@QgLﬂUm@Haﬂqﬂﬂqia@UﬂqmEIQJ}']G]
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¥03the (proxy) wazBeauumslunsduiusuegluide 4.9 wimaliffaeidanuzauam
muiiimuslusuudiass mstnaiessausgleviazasunuanarmAniuresnguummedidony
LANENN

Aaudsarmsun1saiAsIzvisanssnuA eUYsEaIal 81983%eanuYnLazaURnITalves
lspanndeyaduiuguaelsalnslulsameiuasig 4 Tudsena dmsudunuazsenzaununig

A o Y} s a Y] R 1ea v a ¢ °
WiQVlLﬂEJ'JﬂUﬂ'ﬁLLWVIEJVlLﬂ@lﬂqﬂﬂqiiﬂi‘fﬂQﬂ?ﬂiﬁﬂiﬂLGUTV]VL@?U']ﬂﬂ']ﬁ')Lﬂi']%‘V]LL'U‘U‘U']aEN Markov

4.9. wwameansinudeyaduoe

ao & ] W a aw o 9 ¢ v 16 a o =
MmAgiNnuRuNsnudeyayfsgidounduarannsdunvalitelsalnseini 1 uag 3b v3e

ad o @ =t S v o av vy a « aa
gAnnsunMsshwlsangrviaiidnsanlunuided oun lsme1unasusud lsme1uadsse
lsangunaguaensal 1sameunarsuaTuns Yaunnu Lsamg1utanseuengindi uazlsaneg1uia

S oA o o < 1w =t o caly v ' =

wsvuAsledlnl e duaidmudsildlunuudaemiaasygmansilana il

N v

v v a & v A &
"IUe 4.8 3']EJa$L@EJﬂﬂ'ﬁLﬂ‘U6U@3JUa (M99 3) UASU

M15°99 3 unaseyaunasuuInenIsiiuteyarlae

) ad < v
vada /N1INUVDUA

Y

T
Y

v aa < v a ay Y] N e Aaaa 8 Aa 9]
m@%awqﬂﬂaUﬂ LﬂUﬂaiﬂaVJ@]ﬁla@Jﬁlau%aﬂeﬂ@QQﬂjﬂiiﬂiﬂL%iWQWN%FJ@LLagLﬂEJ%UG] IWEJIGULLU‘U

=4 o [

JuindauadInsun1side (Case record form) S1gagLdentuniAxwIn 1

Y

Fehunangiudeya/avszideuvedsimeuia

o
Y

v a & v a A Y o DR | & Aaaa A aa v
AUNUNNATIN WNudeyaniegiideundvesielsalnidsnaidinuazdedin Inglduuy

L =3 14 o [

WAEIAUNISUNNE YUNnNUauadInsun13398 (Case record form) S1uazdunlun1ANLIN 1

Y

Fawnangudeya/nyseilouveddsime1una

AN TNl Wuteyauguall InenisdunveliUlsuas/mioqd Inglduuugounny
a @ ¢ v =

WNenfiunisunmg funu Swazdealunianuan 2

AaTsaUsElew uteyausugdl Inensdunualitisuas/miog s Inglduuvasunny
(ARUNNTIR) EQ-5D-Y %38 EQ-5D-5L s1gazidealunianuin 3

SITYTINRUTUIDNITNATUNSUTDIITUFITUNNTINYIUAUIINAUENTTUANTNANAIITAN

258555un15338luAU (Central Research Ethics Committee) 1NUW U ALUINANTITRANTUIVDS
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I |

AMENITUNITNAN9Y TUEuRanIgasysssunIsIssluAuyalsmwe1utaN1s el Satn nwi

q

d' wa va o & v v A v o av
LW@"U@@HNWQWﬂE;ljll@']u’msu@\ﬂifﬁ/\lEﬂ‘U']aA‘L‘Uﬂ'ﬁLﬂ‘U‘sU@Ha%‘U'JEJGL‘UIi\TWEJ'WU']@V]LGU']?JNGLUQWU'JGUEJ

£ |

Adredunasinsdndidmsunuteyaniandin dunu wasAiessausslewl fe gUaelsn

a A

Inwgselind 1 uag 3b ynseilasunaidadelaeunndidervgianienivedsaing1uiain

o

U TkaraINNsAUAUYSETRNITS N Tulsane1uiandsuauldeleegetes 12 whau

[y

dounds liigUreuuddidinegvisededinlunountnium

dusumsnudeyadsugd laun dununessildneiunmsunnduazressalsslo lag

Y

msdunwaliUisway/vsen1d windUislianunsaneuianuldmenuies wu danzanudviae

[y

suldanunsanaumaiuesld nsinudeyaszylaensdunvalg @ lnedinasidselull Wudussg

a A a ) 'y ° I3 ava & v 'Y v cs' Y )
An1y TaRuarduudyazlunisneudny WugradidudguandnvesidiennigUlisunsung

=D

9
Y
Snwiilsamenuiailuusedn wagbuseudnsiunside dmsudUiewnidslivssaiifianie sy

q

'
L3 U =

Toyasuyunesanldiferiunisunmg asdunisdunivalgfdguandndsdinasidsilanaily
195U waznsdunvaldayasunun wiindUisdienuuaeuniu EQ-5D-Y w3e EQ-5D-5L My

Tayalaun1sdun1valazkuImINnuYiong e Ulefidnualag EuroQol (https://eurogol.org/)

il

e

AUwengindt 7 U dunalAmeuuugeUaIy EQ-5D-Y

AUeeny 8-11 U dunwalUlgaiguuuaauny EQ-5D-Y

£
=

Adiwengaaue 12 U Aul - dunweliiemenuuaauniy EQ-5D-51

¢ v

4.10. N1 AATIVIVEYA
nsasieiduyuassavssleny WewSsuiioudunuuanadnsvnaguainesulouionis
Snwdthelsalnasludagtunasulevigvesnsveng@ninssnugUislsalnigs uastisnmuinm
’5@1Sﬂdﬁuﬁunuﬂizﬁwﬁmammﬂ'm (incremental cost-effectiveness ratio 138 ICER) (il aUseiiiu
auduelutIunvessemalng Ingldinneinanudueii 160,000 vmdedguaiig Armunlag

AMTUNITTUN TR U MANLaNF (31)

AUNUYDININTNITNUTEEU - AunUIaIInIMsIsuiiey

ICER = = - a = = =
Ugun1ze3n1nsn1snusesiiu - Uaun1isuesuininisidssumey

nN153tATIeviRladmTUA I lisuauYaen U [ Tukuy918a9 1ae
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1)

nsiasigianulaudususuuliondeanuyiazidu IneTas1e one-way sensitivity

. = @) Ly 1 (% a a (% o Yo Y% a o a
analysis Fadunisiuatfiulsnaulariazaa LLﬁBﬂ’]WU@I‘VW"l’]WﬂLLUi@U"] Tukuudiansd

(% '
LY % a

| a Y Y et = ' ° | = =
AAsi FaensHundsAdIwl Al lunsAneliAe n1sAwIMYIAIT e UAI8IEN1S
USZU10UA899WUY Bayesian Interval method lagminuaAsSEAUAMULT DRUN 95% (95%
Cl) voaiwds Feazvilinsuindwdsurazdlidninanindeuieslasa A ICER N3
Wauenaegluguvens w tornado diagram
nmsiasginuluuuefeauiiasdu (probabilistic sensitivity analysis ¥se PSA) lng
n15%1 Monte Carlo simulation 1171 1,000 A%3 Fadunisgueaduusianuad by
WUUTIRRInTouiuva1ee AIkUS AUENYMESITUTIANITNTEANMIVDITRYA WAzt Lauara

a 6 . oy v U s
n197 me‘ﬂugﬂ%aﬂﬂﬂw cost-effectiveness acceptability curves LaAIAINUFUN UG
FEINTEAUAUANARaZINTANANATIARLTaT s 1 Jaunndz Ty

a ¢ A o o . aa a ¢ v ¢
N153A5MTAT1A (threshold analysis) lunsalfinan1siasievinuuessauselevl
wudn ERT ladauduanluuTunvesusemelng iedias1e1ingn1ves ERT AI5anasnie
wila JsagyilvignsidrusunulssansuadiuiiuiendndnnueianuduaIn 160,000 um
nalauniiy

o

N153tATILYNaN TENUA 1MUY TEN I TagA1nN1T0IN1TEAUN1RUYBIH S URAYRUAIY

L=} (% v IS IS a a (% V1 16
wusznavIenasulseiuguamnglanseunial 5 U miniinsvened@nsnmssnwigUlelsalniys

YUAN 3

1)

N19A599FDUAIINGNADIUSEAIIUTUIATUNAYIIUUUTIAY (35) vnlay

Face validity ATwaNvnauNavesLUUaemaasygamanfuavaunigiuililuiuudiass
Tussesoumddidomaamemeninugtaslsalnivs

Internal validity %38 Verification N13053988UAINYNABIVDIANTUALITNTAILINTIUIY
cohort lukuusnaesmaasugmans esan wuudaesildlunisdnuidifuuuudians
wuudn Fedu Sruruves cohort TundaganIugysaumaEdoanfUSIMIUTINTDY
cohort fidusilunuuiiaes

Predictive validity n1sinadnsainuuudtaemiaasegmansunlssuiguiudoyanis

[y

AATNUIEITUIMINELNAdaUAINEINNTaTuNINEINTUlsAMULUUIaeY TuauIdell
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LUT YU BUUTEANTNATDINITTN®IVDY imiglucerase kaz/13o velaglucerase 210
WUUFIABIUNUS I UL R U UNANISANYIVDI51891UT T8N L U1INAITNUNIUITTUNTSUTU
M13199 1 wonandl azwieuiisuongdenisvesUielsalnisluantusavninedieg lu

[y

wuudnaesiuteyavegUisaselulsimeunaidinsinluanidel

5. MIIUHUINBINELNTUIRY
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faUsEmALaziunIaAUled HITAP
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JEELIAT 6 LHOU NAIINANLIINIIUAIUATEFANENTANSITUEY TA150ULRIATITITY

7. unaeu

ANUNITUAENTIUNITOIUITHAZEN

8. Ustlewinandnazlasu
nansUsziliuauduAIves ERT lumssnwdUaelsalngsamnsailuldiludeyausznounis
#sansveednsnissnuwdUlelsalngsuiian 3b 8nvia tieiasanenlnl velaglucerase Lite

UsT LB manua
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