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(% &l

glycosaminoglycanl®, 7 /v a3 ) 7 U 70 a7 Ol CRENDGENH D13,
KRIA RTA LTI, a7 DA —KiL T 5. LI ZFHEIVA BORRL, 71 =83
J 7V J1 2 (glycosaminoglycan: GAG) % BtFEHINC I ET H T4 V) — LR D1 D THAHN- TEF
WNHTY b v-6- AT 72 —F (GALNS) OXIRIZLY, Hffa oEy S REICERL T3
i, ‘BOEWR, FFEX, FHEOREROEE T . ERBREDL, 77 X Uikl ar Ko
A Fr-6- WBETHD. 775 AREEHIEE, A, OREICERL, mPCRPICHIRESh DY .
GAG OEMZREI L LT, &, KEOEE, FESNOEMEIEMNTZT T, ka2 EMEEEH
EHOTWD EEZLN TV, F£72, MIELNLVTIIEERFOREIZES L, Mlans 7 s
EEET S, A3 PEE (mucopolysaccharidosis: MPS) IVA BUEEICHIT HIEE A = A NTETE
AL RUTZ A, MPS IVA BUEH OBIFRKE M, CTiL, =27 — 7 U ERHEO K& 0¥~k kb
TRV, a7 =7 ORBMELA(L LTV . BfREEE COa T —rroln T, #4711
DA LT, AT BEIL TV . MPS VI Blo@hi#€ 7 L TlE, GAG NV REpEL 75U v
T EIEMHAL L, R REHEREG Z 2 /327 °Toll #2754 (toll-like receptor 4: TLR4) DFEHLAH 5
L C, MEZHESER o (tumor necrosis factor a: TNFa) 23 EFH 325 Z EAQVRINTEY, RIERIGHIFRE
AHN=ZALCEAEG LT b O EESNTNDY . MPSIVA BBF I DEMEA b L R &Rl
{E°DNA 515 2 f5 IR L7 AFZETid, SIRBEE Wi LA RIS 2R b OBEA b L ZADFREEN EF-
LTW=9
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2) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.

3) Bank RA, et al: Deficiency in N-acetylgalactosamine-6-sulfate sulfatase results in collagen perturbations in
cartilage of Morquio syndrome A patients. Mol Genet Metab 2009; 97: 196-201.

4) De Franceschi L, et al: A molecular and histological characterization of cartilage from patients with Morquio
syndrome. Osteoarthr Cartil 2007; 15: 1311-1317.

5) Simonaro CM, et al: Mechanism of glycosaminoglycan-mediated bone and joint disease: Implications for the
mucopolysaccharidoses and other connective tissue diseases. Am J Pathol 2008; 172: 112-122.

6) Donida B, et al: Oxidative profile exhibited by Mucopolysaccharidosis type IVA patients at diagnosis:




Increased keratan urinary levels. Mol Genet Metab Reports 2017; 11: 46-53.
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CORABERE Y, ESOHUER, AFEICL Y B2 ERHLNIRo TN D.

- ODETIE, BWHERFID S OHEE TIERI500,000 HAIZT AEEZ SR TN,
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VATYT A4 vV L Ea— (systematic review: SR) 12 KX 2% 5 HHAYZR25 OWFFROLEFTIE, L=2%
BEIE  (mucopolysaccharidosis: MPS) IVA BOFJHFRITA—A N T U 77T926,000 Azl A, ~wL—¥
7 CIE1,872,000 A2l A, FETIE599,000 Al NEHEESNTWDY . [EH, Hilic X AWRRX
BIDN, MEFOT—Z OEFEEIIZOOXNPRKELS AN THSH. BB TIE, BWHERID S DX
AHEPE1E33,000 HHAEIZT ANEOWERH DY . SHICHERAZ U —= 0 Z2HS S RABEE OHEE
TIE, 12,000 (21 NEORERHHY .

DOETIE, ZWHERID S OREE TIX500,000 HAEIZL ABRELZZHN5Y . MPS 2Kl isiT
HIVA IO EDH DEEITK0% THDHY . FERRS V—=r FN2EMIEB I TE 57, IE
T 70 38 AR BEE 13 B Tld e,
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2) Lin HY, et al: Incidence of the mucopolysaccharidoses in Taiwan, 1984-2004. Am J Med Genet Part A 2009;
149A: 960-964.

3) Chien YH, et al: Newborn screening for Morquio disease and other lysosomal storage diseases: Results from
the 8-plex assay for 70,000 newborns. Orphanet J Rare Dis 2020; 15: 1-7.

4) Khan SA, et al: Epidemiology of mucopolysaccharidoses. Mol Genet Metab 2017; 121: 227-240.
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rlD.

C AT REME ERICTET 2013RETH 5.

[  EX]

L% EHE (mucopolysaccharidosis: MPS) IVA D JFRKEIE 1T 5 GALNS Bin 113516 FHith
AR (16q24.3) IZ/RTEL, WYEMRENE (S BB E2 L5 . GALNS BETIZo0 T, =
AVE TIZ200 FEFLL EOFRFEMEANY T o FFEEINTEY, IRABAEBANRED60 ~ 70% %
552 | SR OZWRIEME Y 7o b E L Tp.R386C, pIll3F, p.G301C 3H D0, 2D
5% DATF EBEIIFRLS, [Hx OBRFICBWTREMEANY 7 > ORGSO EITRZ2 5.

BT RN S RBIE FRICTHT 2 2 E3RETH L. BT, BRONIFHEIEDOREIZ
NET HIEEME Y 72 b (p.D60N, p.N204K, p.R259Q) %A+ HAEHNE, attenuated %A 7 & L
T, ERNBRETHD Z EREESNDY .
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1) Baker E, et al: The Morquio A syndrome (Mucopolysaccharidosis IVA) gene maps to 16q24.3. Am J Hum
Genet 1993; 52: 96-98.
2) Morrone A, et al: Morquio a syndrome-associated mutations: A review of alterations in the GALNS gene and
a new locus-specific database. Hum Mutat 2014; 35: 1271-1279.
3) Tomatsu S, et al: Mutation and polymorphism spectrum of the GALNS gene in mucopolysaccharidosis [IVA
(Morquio A). Hum Mutat 2005; 26: 500-512.
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EH
- EERRE UC, KRR, B - BIEER, FSNEME - MR EEL, ORIE RE R ENH 5.
- Ml & DEBEIT X o TIER OFRE DEIA V.

(2 &I

L ZpERE (mucopolysaccharidosis: MPS) IVA i & /L% AHEMEEA Z! (Morquio syndrome type
A) | LT, FREE - BEEWANETT S, AR OX B ETEOREREZFED, &
WICHEAT T 2 HERNFET 5 5T, FEROHIIES, BT ORI ET, ERORRE DR
IEVEHE D D, BIIBITIE, 1 R E TIERAMEL, § mETIZZBishTngY .

1 FRER F - BEEER

PHZRB S & | LIRS N RLESEZ 2T 5. HEFOIML, WioA— A REREZSIZL,
RORE~DORENE L BEE I, WS R e . HE, &, Wb EE T, MR-
TREOBHAETL, EREEDO KL 225V . i, HESOWRMECEAENEITT L. BIEX JWR
EITL, RHINLATINEEL 72D,

fliOMPS & B/e 2 RF0%, Fu, FHEEHP MEL, BMENET T2 THL. WREDER
iR, BREMMEARZCEVE D REAY T, BREMEEBIE, FREBEOERIEN R <, JRO MBI, i
LEDJRR & 72 5. BB OTMAR S, BENEITT 5.

2 ESUEN - PRIREEAR
1BPED 40, SR, BEERDD. Wbk - 77/ 4 FIEK, BE, SRLT, S - 98
ST LD, PREEE, BREENP, WEIRFEENE 25,

3 DiEmMEBERE
DFRBYEIIMOMPS & il U TEIE T 5 2 & NE WS, [EiESR, KENRAUTIELY X 7= .

4 Thih
ARGEIR & LT, MAIE®E, IRETTE, MIEEMZ 275203559 | KIS EENR 72 & o
PIERIZ R S0,
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1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.
2) Montafio AM, et al: Growth charts for patients affected with Morquio A disease. Am J Med Genet Part A
2008; 146: 1286-1295.
3) Tomatsu S, et al: Obstructive airway in Morquio A syndrome, the past, the present and the future. Mol Genet

Metab 2016; 117: 150-156.



4)  Wippermann CF, et al: Mitral and aortic regurgitation in 84 patients with mucopolysaccharidoses. Eur J
Pediatr 1995; 154: 98-101.
5)  Summers CG, et al: Ocular manifestations as key features for diagnosing mucopolysaccharidoses.

Rheumatology(Oxford) 2011; 50(suppl 5): 34-40.
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E-3 5|
R LAIAZEEO LR AR, SETIE, 77X URBEOYEIEEZ 2RO 155 1 AR RIS &
no.
- fEEZENCIE, AmBERS U IIEREEHHEFMI CTON- TR FAHTT 7 b6 AT 7
#—+t (GALNS) OFEFRIGMEARTOFEN, &2V NIGALNS BIAFHAE CH T Lv EIZEBIT 597
FEANY 7o NOTHEEFIAT 5 2 EBBETH S,

(&  Bx]

BERAEIR > B 2 a2 ZHEE (mucopolysaccharidosiS' MPS) IVA BIRgebi 53581201%, BX #ET
MPS IVA BUZEHI 72 258 E S5 iE  (dysostosis multiplex) O FTR.OH 2 fEz8 5 51,

WA BRI A L LT, E’@A:%#ﬁﬁﬁrﬁxﬁbhé MPS IVA B HRIBI T, R L=
ZHEREEOmE CRRIPE) 2580, R LaZPESETIX, 77 % Ui ORI R Th
%. MPS DA ) —= 2k Lfﬂ%‘xﬁ’a IR A A ZPEMENS TN TN DY, MPS IVA BT(4kz
PEIZE D RRSIND Z ERHLOTEELPLETH D, BKMIZMPS IVA BIREEDILD5EI12IE, B
FIGVERE, BETREOEEZBET XX THHY. B, AR EHWEN- TEFAH T
7 "I 6- AT 7 2 —F (GALNS) OFEEIEMHERIED ARE L 72> TV 5.

feE2Wriciy, BimEkd U TR RS RRMEF I COGALNS BERISMAR T OFEH, &5
GALNS BEFRAETH T LV BICBIT 2IREMEANY 70 N OFEEZFEHT 2 Z EBUETH H.
GALNS BEREMENME T T A2MOERE LT, v~V F AN AL T 7 X —BREJE, L3 B R—T 2
I BISTEET 554 . —J5, BERAICMPS IVA BUAEEDIL S H DD, GALNS EERIEMEOK T3
D HIRWIEEIEL, MPSIVB BN N VETH L. MPSIVB A%, R\ L aZPESETr o4
TP D PN % 588, Bw77k/&—?ﬁﬁmﬁT%ﬁﬁﬁé_&@@mﬂﬂ%?%éﬁ
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1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.

2)  Wood TC, et al: Diagnosing mucopolysaccharidosis IVA. J Inherit Metab Dis 2013; 36: 293-307.

3) Dierks T, et al: Multiple sulfatase deficiency is caused by mutations in the gene encoding the human
C(alpha)-formylglycine generating enzyme. Cell 2003; 113: 435-444.

4) Khan SA, et al: Mucolipidoses Overview: Past, Present, and Future. Int J Mol Sci 2020; 21: 6812.

5) van der Horst GT, et al: Morquio B syndrome: a primary defect in beta-galactosidase. Am J Med Genet 1983;
16: 261-275.



BQ6 LIaZHEIVA BOAEEIT?

=

- A 2 OFERITKRET 2 RRERIE &, RIRICKT T 2I89ECTh 2 MR M Fefs & & mia B oy
Jons.

- BERMTCRRIAI, BERRAI A ST S 2 LIC K W RKIERESE M T DIARIETH .

- IS MEARBAE CIIAEE R O K —Mlan b OXGN 2RI N ATRETH Y, £FAE - Bl
R RHMEFH (GVHD) 72 EDOAIHED Y 27 R D H OO, IO X 2T RN
Mk L7z,

(&  Bx]
L% PHE  (mucopolysaccharidosis: MPS) IVA B DIEEEIR, EH 2 OFERIZ T D RHERIE L, W
(2R DIREE Ch HEER M TR L L i iR i o s Y .

1 ERE

O RIERIT T 2 R RAIRIRIIE T2 <, BEEPRESR AT 2 HERIEN LI L 70 5.
YRR AL L 70 % SEMEREENN, XIS IEMT, KBS FIR 2 EfThbhs. 12
PR A SOHERE L o U U IR T = — 7 ACHIBER O NG CTh 5. EEO FXGEAZEIZL S
HEAR REAEREIR R AR I L CUERBE - 77 /7 A FUIBRZATV, JEROYGER S SR WG A TR S AR
kG = E YL (continuous positive airway pressure: CPAP) 23iE I & 72 5. (DIFRIRIEIZ 3T L CIEEED
ETOR, BEIEFIZ DV TP EHIN 2 EOFMRIENTON S, £7o, HRIEOFBITITEYANE LN
JER DTN EETH S, AT L2 ABRIEBRI S L TIARBE G ZE I ND.

2 BRWREE

A TRLZ HAIC LV ER SN T4 VY — AR MREEIC L VR 5T 28T, KIELT
WO AT DIaWEL TRERMATRIE] &V o). BUEDDETIIMPS IVA B 2 B fA
ELTC, mrAALTy—ET ATy (B THELx) PARIN TS, BERMFREIL, B RAl
ZREFEREICEDETHIEBYICHRL, 4 FFELLET THED BUAEFIRNR G35, BRI
PEOREITIRFIZTEEL, FRE, Wg7e EORGEERIGERO L2 LRH 5.

3 EMmEaTEHE

HE MBI T, AE%O K —Ma b Ok ZRBERMEANARETH D720, BERHIE
EO X ITEMB N OHEI OG- 2 LB L ETICFEBEOIBRIED GO D . EEANE - BiA *E
% (graft versus host disease: GVHD) 72 EOAOHEDE Z D A[HEMEN H D H DD, ITHFEOBAEEIT D
ALY, FRHZHMMEO @R TIIBMEOZ 2RI L L2, DRETIT4 FllFE S
, EELREWEM G2, BIICHZY BEATEEE (activities of daily living: ADL) A #iff T& T
HEOHRENRDH LY .

[xx  #]



1) Hendriksz CJ, et al: International guidelines for the management and treatment of Morquio a syndrome. 4m J
Med Genet Part A 2015; 167: 11-25.

2)  Akyol MU, et al: Recommendations for the management of MPS IVA: systematic evidence- and consensus-
based guidance. Orphanet J Rare Dis 2019; 14: 137.

3) Yabe H, et al: Hematopoietic stem cell transplantation for Morquio A syndrome. Mol Genet Metab 2016;
117: 84-94.



I ARICETS72U=HhILOVIXRFIar (CQ)

CQ1 BEFRWMIEBEEHAEME (DMEeE, BISMWSENE, KA, BH HE) ZRESELHIH,?
HEE
1. BERMREEZe TR (MWT) ZIEHE L LA 2 s 3 5.
[TETUVADEE : A, #HEDOHRSE : 1]
2. BERMARIEIC K D.0MRE, BAEIwTENS, W), W), R OSERITA ST

20,

[TETFTURDEE : D, #HEDHRS : 47 L]

[F =]

DHETIE, 2014 FlZow 2T 7 —ET7 /LT 7 %2 mg/kg/H O FH & T A FHES D IR RED KR
INTWS., =XV T7—EBT7 L7 7L, LaLPEE (mucopolysaccharidosis: MPS) IVA HZI5\
TRFEIFHREEDE T LCTWDON- 7B FAHT T 7 R ¥ I2-6- AT 72— (GALNS) Diffl
Hazx 2 NI THD. M2 Z X7 OB, MIENICIAERTZ 78R, BEICE
WTERET AT 7% VBB O fRERET 2 2 L PR SN DR BFE R RIEEIETH 5.

[fR&h - TET U REH]

P —_A N KDL TOMPS IVA BUEF326 A 12x3 2 BIREHA TIL, 46% O-EFE200m LLE
DOEEEISITTERWVERIZ L, 10% OHH800m LLESITA[REE W HFERTH -2V . & 512325
4 DRI O B R BE & B R AIZFEAM L 7-MorCAP  (The Morquio A Clinical Assessment Program) #ff%%C
%, MPSIVA AUEFEILMAME (endurance) , EEMERE, FEREERENE LSEEFEINTWD Z &35
MEIpo72 . MorCAP WFFE DN 72 BIREFRA O, ST A[HEZ2MPSIVA AR O & (REERE D FE
fiFEEE L LCiE, 2 FHOBIEBENICEWT, 6 273 ER (6-minute walk test: SMWT) 23K
PEOFRIE L L CREN BN Z EVRENTZY . 353 402 FEMOBHNC X - T78 40 Br% 5% L,
IR TIXOMWT DA TIHEEAER]4.86£3.25 m " O%E L TV < L STz,

ZDI, BERMAFIEDOERZVEI FHER (MOR-004 #BR) TiX, 6eMWT4A —RFHiiHE &
LCHREL, 5 Ml EOAITAREZRMPS IVA HEE176 4 A2, 2 mgkg/lBEE, 2 mg/ke/fRIERE,
TIERHEL: 11 T, JUXMETEHERTREMTbN. ZoORBRITEERELRERBRE LTH
ANBBIN L CHEEI Nz, 524 #HEOMWT ([ZBWTC, HElEKEGHETIE, 77 vREEE L
TH4J22.5m (95 %C14.0, 40.9 ; P=0.017) OWENRD LN, —JF, BEEZESETE, 78R
BEL B L C0.5m (95 %CI —17.8, 18.9 ; P=0.954) & HERICENREINGRD Hisho 27z
W, BEFEMAFEOREL L2 mgkg/ AR S | Ml G CITRREONIIE (B3 miG =

(forced vital capacity: FVC) , —Ff)&: (forced expiratory volume in 1 second: FEV1) , H % AEIEENE

(activities of daily living: ADL) , J%&E] IZ2OW T HEEEOEAMARD bz, Bk, L=a—
A CLBERE) , APEE (7)) CIBIRIIA LI TE ) >7-. MPSIVA BIOREE LT, JiE
WOFRBUMENZDN K E A\ 2 IZFHMT 2 Z & B HEER 2 L2 D, ARFEOFEIRHT (post-
hoc fENT) 1TV, 6MWT, 3 4rEIP4ERA-EE3BR (3-minute stair climb test: SMSCT) , AR HKE

(maximal voluntary ventilation: MVV) "THERL S 2 AT CUGEEIN 2 R8T & 722y, ARER S



FOTHERE, GHEEEHEOZITRMT, BIMmE L L= a—MREOFKRITIELDENKEL,

4 WO TR EZT LN TE eholz. TOHOEIRERE (MOR-005 #6k) TIi¥, MOR-
004 RERZSE T L2173 48BN L, SeATRFZED 5120 B, 2 mg/kg/ I D E 5 &kt L7-BECB W T
OMWT N —B L CHHEL R L. ZNLAOER A — b TlE— B L& EL RE o7y .
MOR-005 FERD18 Ll ED 2k — MZBWTHOMWT OBTHHEET30.5m OEEZROTY . %)
BHIFIEIC I T, BERMFEIRIE D ODHERE A~ DRI H BN~ DR AREFT STV 523, BlRER
Tl L7z RIS S CunianT? |

FEFEHFERIE D ZRMEIZ OV TIEL, MOR-004 75, MOR-005 #RUR, TR 4 O # I TRl L 72
<, BREEDN D EEEE O LA BE 70 B G- BB SIS 3 A S AL TV D . MOR-005 3R Tld, AEHEFLRIC
£ 0 Fe 5% KGNS IR LT EFNE 2R D3% R CTh o7, BERMFTBIENEIK & b5 HOH

X, TRTOBE CREERICKT 2R EAE SN, 9.7% ICRFRIIGE BNEASINL TV, Ln

L7aA B, HUigfli & iassh e K OG- BSOS & OFBIBIERIZET & T /e o TR |

[RRILEE - BRER]

HESEL w7 (10) , ARH(0) , BUHEIE (2) .

HLR2 -\ (9) , AR (1), BEEE (2) .

TS LR SN SIZOWTREBIEZIT, HED A —/VE#KIC L > TR SN,

[XX  ®R]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
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2) Harmatz P, et al: The Morquio A Clinical Assessment Program: Baseline results illustrating progressive,
multisystemic clinical impairments in Morquio A subjects. Mol Genet Metab 2013; 109: 54-61.

3) Harmatz PR, et al: Longitudinal analysis of endurance and respiratory function from a natural history study
of Morquio A syndrome. Mol Genet Metab 2015; 114: 186-194.
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6) Hughes D, et al: Clinical outcomes in a subpopulation of adults with Morquio A syndrome: results from a
long-term extension study of elosulfase alfa. Orphanet J Rare Dis 2017; 12: 1-8.

7) Lin HY, et al: Cardiac features and effects of enzyme replacement therapy in Taiwanese patients with
Mucopolysaccharidosis IVA Dr. Segolene Ayme. Orphanet J Rare Dis 2018; 13: 1-11.

8) Doherty C, et al: Effect of enzyme replacement therapy on the growth of patients with Morquio A. J Hum
Genet 2019; 64: 625-635.

9) Bilginer Gurbuz B, et al: The effectiveness of enzyme replacement therapy on cardiac findings in patients

with mucopolysaccharidosis. J Pediatr Endocrinol Metab 2019; 32: 1049-1053.



CQ2 BRMRARMECLETDOHE - £G4FH (BH MPLTLEZEEL) ZHESEIN?

HEE

1. BEFRMTREIEROE2%ETD.
[TETUVADEE : A, #HEDOHRSE : 1]

2. MR TAM TR AYGET DR S 5.
[TETVADEE : C, #HEDHRSE : 2]

[F =]

ORETHE, 2014 FFlova 2V 77— T V7 7 %2 mg/kg/ill O & T A EHE S 2 15 EIE D KR
SNTWE., =aALT 7 —EBT7 V7 71X, LAaZHEE (mucopolysaccharidosis: MPS) IVA 25\
TRBELIMREEDNE T LTWAON- TEFAT T 7 b I -6- A7 72— (GALNS) Oiffl
Wz 2RI EThD. Mz 2 "7 HEOFEIR, MRNIZIRVIAENTZ R 7EH, BEICE
WCERBT D7 7 % VBB O S RERET 2 2 E B HIRF SN D RBFFRIIERIETH 5.

[fRsh - TET U RAEH]

YA KD TOMPS IVA BUBF326 4 12xtd 2 BREHA [MorCAP (The Morquio A
Clinical Assessment Program) #F75] TiX, 20 7k £ CTITIFAIN/3 OB P HERFAE & 72D 2 Ll
IRTWDY . &5, A4 #l, /hE36 BlOMPS IVA BUEE % x50 L= RErAF4E < ik, BEhic
H RN E L5 L1k, AIEOE [EQ-5D-5L (EuroQOL 5 dimensions 5-level) , HRQoL (health-
related quality of life) NJE] Z#ARIIK FEED Z EBREINTNDY .

FESEAH FERIE O AR Z VBT AR (MOR-004 #BR) TIE, 5 kbl EOHTRIEEZ2MPS IVA BIfE
F176 2 & XIRIT, 2 mgkg/ iR, 2 mgkeg/flafE, 7R HA1:1:1 C, U AME_HEMRT
BeEMTONT-. BE24 W% L N—2TF A 2 L DLETIE, —RIHMEER D6 5RBITHER (6-
minute walk test: 6MWT) O THEBEDRNBEZMFIRIEIC L > THWET L Z LRI, BIREHMER
& LCESN-AEOEORETIX, A7 77, M#LERE, BEREID3 2O KA 28T
BEMZENHV O, £524 BEFFR T, AERZ IR b7y . Lol RLak— b
ZETIERRERCIX, LLTICHE D 2 DOMATICB W T, AIEOBEICHBERUENRO bz, It
ABR (MOR-005 #BR) 21D 5> H, 18 WLl EoBE =37 &, BREFHE (MorCAP #f%E) @
BHEEMD SIRBROMAANNIEE - TBEOT — X 2% IR L, X—2TF 1 VbR
120 SRS CORNLT 7T, LT, BEIEE I OWTho 2 a7 T deEEm 278 o 72 0l xt
L, BREFCBWTE FHCEBMZRL, BRICEVAEGROENSEET L EfEmST Tn5
YEBIT, 18 UL T OBE L ETMOR-004 Bk & T OELERE (MOR-005 #ER) OSMEEGD
75176 4 & BHARIEFA (MorCAP %) DEFLMA 4 2 kF41C, 1RFRIE F% L0 F1%
W T, YT 7T, N#LEE, BEHE) DA a7 OWEKE 2 R LIZFRICBNTY, FkE
2, WWEN AL VLT T, BERENIIEN ABHCHATSEET D Z 2R ENTY | HAOR
JSCHLSE « LI DB OW TN LIZAFET — 21372 < . A% OBETH 5.

BERMSIEIZ LD EM T RSO FEICOWTHEEMIG Lo 7 — ZITAFE LRV, BRI
PG ARTOMPS IVA BUERF27 4 OFEK Z ffAT L7 i Tlxe3 % MBI THELC L TWD Z &



5, 6MWT Z T HEERMARIEIC L BENGE) 3R T & BREMERGAR 72 & OMER AR & DHE % T
Bicx/EmTHbUET D rRENHEE SN DY .

FEFHIFERIE D ZRMEIZ OV TIEL, MOR-004 35, MOR-005 #RUR, TR 4 O # I TRl L 72
<, BREEDN D RO RE 70 B G- BB OSSR S AL TV D . MOR-005 #BR Tld, AEHEFLIC
£ 0 Fe 5 KGNS IR L7 EBNE 2R D3 % K Ch o7, BERMAEIENFRRK & S D THO
WEL RN

[RRIL = - BRER]

#HeLEL o (1), AW (0) , EEE (1) .

422 - (11) , AW (0) , EEE (1) .

FUEIE & FEf SNV RIS O W THEIEZATYY, BEDO A —/VEFEHIC L > KRS,

[X  #k]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
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3) Hendriksz CJ, et al: Efficacy and safety of enzyme replacement therapy with BMN 110 (elosulfase alfa) for
Morquio A syndrome (mucopolysaccharidosis IVA): a phase 3 randomised placebocontrolled study. J Inherit
Metab Dis 2014; 37: 979-990.

4) Hughes D, et al: Clinical outcomes in a subpopulation of adults with Morquio A syndrome: results from a
long-term extension study of elosulfase alfa. Orphanet J Rare Dis 2017; 12: 1-8.

5) Hendriksz CJ, et al: Impact of long-term elosulfase alfa on activities of daily living in patients with Morquio
A syndrome in an open-label, multi-center, phase 3 extension study. Mol Genet Metab 2018; 123: 127-134.

6) Lavery C, et al: Mortality in patients with morquio syndrome a. JIMD Rep 2015; 15: 59-66.

7)  Hendriksz CJ, et al: Long-term endurance and safety of elosulfase alfa enzyme replacement therapy in

patients with Morquio A syndrome. Mol Genet Metab 2016; 119: 131-143.



CQ3 ERNHMAE (CEHEEN BREMN XEABEEZRESELIH?

HEE
PRREIR O HEATRNZSAME RN 21T 5 Z LI LV, MRIEROEZPIIETE DR H 5.
[TETFTURADES : B, #HBOHES : 1]

[fRsh - TET UV RAEH]

2007 FATHE SNT242 DEPBIN LT A2 ZHEE  (mucopolysaccharidosis: MPS) TVA 2 oD FHi s
LUARU#E (n=326) ICLDE, 52% OBEEMILPOFHREZZITTEY, 2000 bR,
FME (51%, V9.9 %) , H (33%, V7.1 k) , Fhk (26 %, F10 m) , KB (25 %, F
BIN1.9 %) Thoil.

Alfred 1. duPont Hospital for Children 75 O#%& TiX, 1979 ~ 2007 DI E /L AIEMGERE
(Morquio syndrome) & 22 S 417236 44127 4 (75 %) DSEMEEEMN/BRIEN 2% T 5?0 —
¥, 2014 TG SN BE D24 4O LY A N T, BHEFIREZZT T OIEEN, BRI
THE X3 £DF6 4 25%) DHThH-7=Y . ZDOZ Lnb, SFHEFROERRICITHBENSH D &
Bond. hoTUIEFN THRSEHEEENR 21T 5 2 EPHER S L TWed, BIETIZ6 2H o
R e L 1 HEORIBN - ZIEMOBRERE & & T HMX SRRC X 2 SEHER AL EME ORI,
MRI COHFBEIEPERIEEZ T = > 7§25 2 LI L0 PHEEIS 2R ET D 2 LB HER ST DY .

Yasuda & D82 4 DBEFITHT HMEICLD L, 82 £AHT75 4 (91.5%) 7 L b1 BOFMM
W= TR, HHEFINIL49.3 % OBFICFEM I Tz, FHEFINZ 1 7o BF O 4%
11.0 B CTHo70, FHEFMII0 ~ 30 MOFEMRITEL L THM LTy .

Broomfield & D26 4 OSAMETFITRBEZ IR T2 WM EIC L 5 &, WRNTIERD 2> 7214 4413775
H OB (18 ~ 161 22H) THICRAMRIER ORIEZ BT, INAHERDO H 7210 4 Tl
117.5 A OFEHERWIME (7 ~ 191 2°H) T, 7 4 CHBIEROE(L (2 4 o EMHRE 2 &
te) , 2 AT FEELE (Z0%1 LITEEI) , 1 A TR LTH-T. 2O EnD, HHK
TROBRHL 7R E OMRIER DS W o T ABIN D & FIREIT - THMRIEROEEIZNEE CTH 5 = &3
5. ET, B OIEHRIEIR 2 D o T H A TMRI T2 BFES TORESRENALNRho T8 LT
BY, ZOZ LS FHENTEGFT AT TRETRE Tl LTn59 .

TR BT 2 BARE 7R JEHEIX 72 S, MR A3 HEAT LT S CIXBIE T TE 22V 2, fiik
JERN BT 28N PINZIT O MLERH D, DI, &IEK 6 DWAFOMRKRZEL 1| FE0MH
BRAEZITV, RNEEMEOHBLE P2 OMEIT 2 RS 5 BB OR BA MR T 5 2 LRI T D
DRI L TR, BEERINCEE S U A7 IR LTO S REEALETH S, BARICIE, KB
%2, WALICPE S INEERGE, g RO IR IC X 2 SHBHIARG, o ENEHESEE S 15 7.

[RRIL = - BRER]
o(12) , AAr(0) , EEIE (0) .

[X  #K]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio



A disease. J Inherit Metab Dis 2007; 30: 165-174.
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Bone Jt Surg Am 2013; 95: 1228-1234.

3) Lin HY, et al: Natural history and clinical assessment of Taiwanese patients with mucopolysaccharidosis
IVA. Orphanet J Rare Dis 2014; 9: 21.

4) Hendriksz CJ, et al: International guidelines for the management and treatment of Morquio a syndrome. Am J
Med Genet Part A 2015; 167: 11-25.

5) Yasuda E, ef al: Activity of daily living for Morquio A syndrome. Mol Genet Metab 2016; 118: 111- 122.

6) Broomfield A, et al: Outcomes from 18 years of cervical spine surgery in MPS IVA: a single centre’s
experience. Child’s Nerv Syst 2018; 34: 1705-1716.

7)  Akyol MU, et al: Recommendations for the management of MPS IVA: systematic evidence- and consensus-
based guidance. Orphanet J Rare Dis 2019; 14: 137.

8) Muhlebach MS, et al: Respiratory Manifestations in Mucopolysaccharidoses. Paediatr Respir Rev 2011; 12:
133-138.

9) Theroux MC, et al: Anesthetic care and perioperative complications of children with Morquio syndrome.
Paediatr Anaesth 2012; 22: 901-907.



CQ4 Esupadk (FEHEEN BREN FEFOH - £FRPRERESLLIH?

HEE
1. MRUEROMEFTRNCSHHETIN 21T 9 Z Lk, AEOEEHB T2/ EERS 5.
[TETVADESE : B, HEDES : 1]
2. SEMETIMIIAEM PR ELCESE D AREMENH 208, AT O OHE D HBLORHE 23 5 C &
5.
[TETVADEE : C, #HEDHRSE : 2]

[fRsh - TET Y REH]

A aZHHE (mucopolysaccharidosis: MPS) IVA BIEFFIZ & - C, #HMEBSES 2 - 72 E5GERM
LW, FHEONLE.E b1 b T WRERA R L FHMENZ & TN~ 7 Va3 ) 7
U 71 (glycosaminoglycan: GAG) L&, Ziulfe< Fhfilads (DB, &M, BIEEGEES) 1%
HERMETH Y, MRREROHBITE LWEFOBEOKR T2 .

MorCAP (The Morquio A Clinical Assessment Program) #f4C (n=325) TIE51 % DHRERICEE N H
D, 30% DEMASROFIEREZE L LTV LBEINTEY?Y , FlL & bITEML T, A&
15 OE ORI, LB EE TH 528, Montafio H D326 4D LT A~ U A TIE, 800 m
LU EARST U CTHATRIRE Co o 7o DI T 7010 % DAL TH Y, NERHHED Tl O F HIZ B & 3 4
EEBITHTREMIELFTLCVE, 19% ITMHBhE, 313% THEMmF20Ee LY .

Yasuda HIZ &5 &, KUEDOREE LA HATEEE (activities of daily living: ADL) (28 VR BEL,
SOEFINIC LV BIFICADL 23 L2l ST s, — 5 T FFT, HHEFIT CADL 23tk
FBLEEOZET VU ATREN TN |

Dede 520 50> _EALSAHERE E MR OHETIE, BEEDEFLNFHO AN EL SN TWDITHE
o7, BHTIREHRBGELZDIX] 4 DA TH Y, foBFH TR FIIRT AL HRER b IZE AL
Eboblgholz LTWN5EY .

Lin HDOEETD24 DLV A MYHEICE D L, SHTRIEITI3 4 (54%) RHEAL, 7 4

(29 %) NERT, 4 4 (17%) DEZEY ThoT. 8 LM FHNT2 i (6.8~ 303 #%) THEL
THhY, FERIT3 BHXOERETE, | ANHERNLEMECH O FREEDE, 4 AI3EA AR TH 7203,
FECKFOADL (36 4 MEHR T, 2 AREZ D TholoZ &b, BTIREE LB OBIEARIE S
%0,

2015 4FEDLavery H DO TIE, 1980 AR & Hlg U Tl TIISE TR 23 KiE I EH- L TH D,
TSN TH DIFWA BRI KD CHRHFERS EFH L7220 THH EBR LTS, EALSHHECR T 5
FREEYEIL, PFRAERE AR T S50 2 ERRRIEL B KRT 22 Lo TS, 1990 FRIT TR
IRSEMERE ER A HER SN TH Y, 20 LICKDHERDIKR T ORREM: b RFT SR, T—
B D I N Te ORI T W, — 5T, IO T RN B/ Lo bR TH 5 &
WRARTWD, AT OSECH] 3 BN 2 BlTHFRE - EICEE LIz FR Th o727 AT O&OHED
U R 75 E LT, SGBDOE, ik, %7 7 4 =22 —7CTh & CifififliciEzd 2 &
DESE X N5 CQ3),



[RRIL = - BRER]
HELEL - wr (1), AT (0) , EEIE (0) .
222 oW (1), A (0) , HEEE (0) .

[XX  ®R]
1) Hendriksz CJ, et al: International guidelines for the management and treatment of Morquio a syndrome. 4m J
Med Genet Part A 2015; 167: 11-25.
2) Harmatz PR, et al: The Morquio A Clinical Assessment Program: Baseline results illustrating progressive
multisystemic clinical impairments in Morquio A subjects. Mol Genet Metab 2013; 109: 54-61.
3) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.
4) YasudaE, et al: Activity of daily living for Morquio A syndrome. Mol Genet Metab 2016; 118: 111- 122.
5) Dede O, et al: Upper cervical fusion in children with Morquio syndrome: Intermediate to long-term results. J
Bone Jt Surg Am 2013; 95: 1228-1234.
6) Lin HY, et al: Natural history and clinical assessment of Taiwanese patients with mucopolysaccharidosis
IVA. Orphanet J Rare Dis 2014;9: 21.
7)  Lavery C, et al: Mortality in patients with morquio syndrome a. JIMD Rep 2015; 15: 59-66.
8) Theroux MC, et al: Anesthetic care and perioperative complications of children with Morquio syndrome.

Paediatr Anaesth 2012; 22: 901-907.



CQ5 EBEMAMMEE X HBEMN XEABEEREIEIN?
HEE
X WG EMIC LY A RE A SGE S B D ATREEN H 5.
[TETFTURADES : B, #HEBOHKS : 2]

[fRsh - TET Y REH]

2007 FATHE SNT242 DEPBIN LT A2 ZHEE  (mucopolysaccharidosis: MPS) TVA 2 oD FHi s
LU N UEE (n=3260) I2LD L, 52% ODEREPMONOFHZ2%TTEY, ZVHONLIAI,
SHHE (51%, “V#49.9 i%) , H (33%, V7.1 k) , T (26 %, 110 i) , BBIH (25 %,
119 %) Tho72l .

Dhawale 5%, X BNZX3 2 FIROIFENAREL O AREZ L L, M ARE12A (24 B TIERBRE
WAL JEEMOWTHOBEELX AT 2 FMICZE b LeDlcxt L, STAREL9 4 (38 1)
TEHWTHLOBBELEELZERE L TWD. E7z, JIUTtEYy, TR S g0 BE R L
TmEHELTNDY .

ZAIVETIE, X BEERE LT, BP0 iT-ChISME E 45 % Y /- gradual correction 23171041 T X
7273, #xilTidtension band plate % FV 7= guided growth 23T 5 K 91272 > TE T 52 . guided
growth |%, BREHROAMIZT L — FE2RETLHZ LT, RKERBEZFHL TRRICEEZRES
LM TH L. I ETOWRRICTE S, KVREERICX HOBENSFONDARERH Y, 5%X
MVES EAR 31T SO FIE A TS b Ly, 2721, BEOTRWX HIZX % guided
growth OFIMEIZONTIIE D)o Ty |

Cooper BIE, 23 4 (46 ) ZHfifT L7=guided growth (2L Y, 6 #1735k (6-minute walk test:
6MWT) OATHREEDN69.5 m B L= Z La#E LT oY .

X MVES IEAFIC X 2 S IRSRE O SEICBI L T, MPSIVA BUZOWTOT BT » A7 03, X
(ZFE D BRI BIEIE B 1Tk LTI, RS IEIN CEIRBERE, ATROENYGE LTz & W\ ) RIS HUF
FET 209 | JREITTE D20 B WNATH 2 BB L TWDY | FiiZguided growth TiX, mE4H
WO D ERMRBIGHNRYY, ETFAFT IR TLEI VR BHLOTHEENLETH
L. T2, AN ERITE <, FALATIFIEE AL DIE O DS KRERE AL & LR THIER L.
Z DT, BEEIOFIRRMLENT 2 5 AREMS R S T\ 52 | BEMRREEESEIT LS5 E
1%, BRI N TR B E T DG A3 8 5010

[RRIL = - BRER]
Ao(10) , Awro(0) , BEEIE (1) .
FUEIE & FEf SNV RUC O W THHEIEZATYY, BEO A —/VEFEHIC L > KRS L.

[X  #K]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.
2) Dhawale AA, et al: The lower extremity in morquio syndrome. J Pediatr Orthop 2012; 32: 534-540.




3)  White KK, et al: Orthopedic management of the extremities in patients with Morquio A syndrome. J Child
Orthop 2014; 8: 295-304.

4) Hendriksz CJ, et al: International guidelines for the management and treatment of Morquio a syndrome. Am J
Med Genet Part A 2015; 167: 11-25.

5) Cooper G, et al: Lower Extremity Deformity Management in MPS IVA, Morquio-Brailsford Syndrome:
Preliminary Report of Hemiepiphysiodesis Correction of Genu Valgum. J Pediatr Orthop 2016; 36: 376-381.

6) Cameron J, et al: Lateral Opening-wedge Distal Femoral Osteotomy: Pain Relief, Functional Improvement,
and Survivorship at 5 Years. Clin Orthop Relat Res 2015; 473: 2009-2015.

7)  Wang J, et al: Distal femoral varus osteotomy for osteoarthritis of the knee. J Bone Joint Surg Am 2005; 87:
127-133.

8) Frings J, et al: Combined distal femoral osteotomy (DFO) in genu valgum leads to reliable patellar
stabilization and an improvement in knee function. Knee Surg Sports Traumatol Arthrosc 2018; 26: 3572-3581.

9) Atinga M, et al: Total knee replacements in a patient with the Morquio syndrome. J Bone Joint Surg Br
2008; 90: 1631-1633.

10)  de Waal Malefijt M, et al: Total knee arthroplasty in patients with inherited dwarfism--a report of five knee
replacements in two patients with Morquio’s disease type A and one with spondyloepiphyseal dysplasia. Arch

Orthop Trauma Surg 2000; 120: 179-182.



CQ6 EWMAHMAE X HBEMN FEFOHE - £EHFREREIEIN?

HEE

1. X HEERCE D AEEOEZBGES T LR H 5.
[TETURADESE : C, #HEDHRE : 2]

2. X HEEMC XV AEMTREZBGESE D008 9 DOV TUIFHMETE 720,
[TETURADMEE : D, HEDES : 4L]

[fRsh - TET U RAEH]

HEIE DB OHERF I L= BB T TH 578, Montailo H D326 DL YA KU A TIE, 800
m DL EISE U CHTRIRE CH > - DI HTH10% OHTH Y, TURCSHMED T O A MIZB H & 374
fin L & BITHMTREINFR T LTV E, 19% I3HiBhE, 313 % [FBf 2428 LY . CQ5 TRE
NTWDHX G IEMIC L D A REL 1T, EROEoNFICHEM T 20T, BEIAR TN TH
NOBEIIMT 2 EHEESND. LL, X MEENZ ST TROFINEITEEIZ, TRRRE, K
FBERBIRT, 298R%E7p & & B 2 SHMERE EIN/BRIEIN & 720, EICBEREICOZBE T 215K Th
HOT, MEMZBT 2 U A7 72 E b B DI A It CIaRIE 2 RIS 2 LR H 579 .

2015 #EDLavery ©HOE TIXEMM O LEHNI3 Bl L Wl S TWD 2, SEHETH, BRI, 7
BT OEGIHETH YV, TREFHNICBTE T 2 B CHOREILAH -5\ - LML FETR
W OB ARSI Z TV, SR Z 2 Ut b H 0, FHEFITH > THEMMAIHED Y 27
X+ e R RETH 50 . X HEEIEWN 2 A T2 2 BT 2 0G0 2W T, BHERRILO &
B G INECE LSy a WAy

[RRIILEE - BRFER]
#eLEL oW (12) , AT (0) , HEEELE (0) .
#2220 W (12) , A (0) , EELE (0) .

[X  #K]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.

2) Hack H, et al: Anaesthetic implications of the changing management of patients with
mucopolysaccharidosis. Anaesth Intensive Care 2016; 44: 660-668.

3) Theroux MC, et al: Anesthetic care and perioperative complications of children with Morquio syndrome.
Paediatr Anaesth 2012; 22: 901-907.

4)  Akyol MU, et al: Recommendations for the management of MPS IVA: systematic evidence- and consensus-
based guidance. Orphanet J Rare Dis 2019; 14: 137.

5) Lavery C, et al: Mortality in patients with morquio syndrome a. JIMD Rep 2015; 15: 59-66.

6) Drummond J, et al: Paraplegia after epidural-general anesthesia in a Morquio patient with moderate thoracic

spinal stenosis. Can J Anaesth 2015; 62: 45-49.



CQ7 EHEMMWFH (BHk- 7T/ 4 FUIRKS) I5EHMEE (DMBEE, BEhH) Z2REIED
mn?

i3

H R FHIIreRE D, BAK T2 <SoENBEFTE D,

[TETVADERE : B, ?Eé%waﬁé 1]

(R - TET U REH]

L pERE  (mucopolysaccharidosis: MPS) IVA R ICIWNT, PAZEM: D IRENL 55 12 E [R5 5 e
DOWFREREYE, MEIRRFEEERE GRE, PRREEERREE 722 Z & NHHATN .

326 ZITKT DV —_AIZ L D BREFEOMITHER TIX, Rk - 77 7 A RO Z R8I 7 -
7HRE CEBERS MATR) 2B\, MRREZWHES SR EZEO TS, £, 33% OBRE
WHHEROTHO O OBFEHRT 2 — 7 DA BITOITEY, BIOHFICHFSL THnDHZ &R
HERI S 7= . BEBICEBIT 524 4 OB RMMRIT CIX, 25 % BNEIRRK T = — 7 OFAM, 17 %5
TT A REIBRIN, 13 % 2SWPKBIBRIG, 13 % 2375 BERRIFZ 0 Cnie? o b aizisif HMPS
IVA B3 4% G TeMPS BHT6 4 DT CIL, &NV Y A7 757 4 — (polysomnography: PSG)
R Z1T 27295 % O BF I HEIRR MIFIE RS RO By, Tk« 77 7 A RUIBRITHE 12 SRR K
e 5% (apnea hypopnea index: AHI) DA ERLENRRD LN TWAD. IO T T /A RIEKER
1%, —RENTIXL % B THDLDICH L, MPS HBERETIIS6 % EmERTH-oT-. LnLELL DA
FHT, B BAHL OUGEIIRICILTWEY | HEBFIRICEE L T, SEMBIIES U A 71Tkt
LCOTREZENLETH DY,

[IARIILEE - BRAER]
A] (12) , AA (0) , EELE (0) .

[xx  #]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.

2) Lin HY, et al: Natural history and clinical assessment of Taiwanese patients with mucopolysaccharidosis
IVA. Orphanet J Rare Dis 2014; 9: 21.

3) Goniildas B, et al: Mucopolysaccharidosis: Otolaryngologic findings, obstructive sleep apnea and
accumulation of glucosaminoglycans in lymphatic tissue of the upper airway. Int J Pediatr Otorhinolaryngol
2014; 78: 944-949.

4) Muhlebach MS, et al: Respiratory Manifestations in Mucopolysaccharidoses. Paediatr Respir Rev 2011; 12:
133-138.

5) Theroux MC, et al: Anesthetic care and perioperative complications of children with Morquio syndrome.
Paediatr Anaesth 2012; 22: 901-907.

6) Akyol MU, et al: Recommendations for the management of MPS IVA: systematic evidence- and consensus-

based guidance. Orphanet J Rare Dis 2019; 14: 137.







CQ8 EEHHFH (RBk- 7T/ 4 FUIRINE) FEFOE - EMTFRERESELIH?
HEE

HERBFMITAEEOYE - AmTHRelHES T RN H 2.

[TETVADESE : B, HEDES : 2]

[fRsh - TET Y REH]

L% HHE (mucopolysaccharidosis: MPS) IVA HEE 23T, PAZEM: O MR R LK 7 % 4[A]
DOIFREREGE, MEIREFEEREE BRE, FPRNEEE DRI L 22 2 ENHBA TV D.

326 KT DV —_AIZ L D BREFEDOMITHERTIE, Rk - 77 7 A4 RO 2 R 7 -

B CEHHEERS wRif%) IZBWT, ZhODOMELXIES EMmARBO N, £, 33% O
BEDPHEROFHIOIZD DFFEHIKT = —7 DIFABITONA TR Y, BHOUWHEIIHFES LTS Z
EDRHERI S, HERHFINITATEOEOM EIZ 2723 5 Alfetsimg s s .

MPS % & Te/ N D PAZEVERFIR PR E 56 D IR AR D ETE DE~DRRIZOWTIE, MPS EH
32 HEEFLAFE0 A HMAERIZRI - 77 /A NUIBRINEE & 8% s BFHERE R %L (continuous
positive airway pressure: CPAP) #EIZEN Y 1) 7= 2R — MFFEIZEB W T, BEROE 253 2 Z 2

(OSA-18) Z MW THENT Sdufz. CPAP BETIHEAFE D SAERDUGE T 2 DITH L, FHETIRI
T T L, fERAICIXMmEE & LI ART & i U CH B ICHEIREE O, B IR O,
AFOMEOUEZHO TS, —FHT, Wbk - 77 /A4 RUIBRITZ1T > CTH il L7228 % 17
fELY .

M TZIZOWTHESEICHG LieT — X I3FE L7223, MPSIVA BUEFE27 4 OFER Z f# i L
ToHE T, 63 % BFFRARTIHLELTERY, MEREEEZUET 5 AR & 2 B S B AlX4Em
THROUEIITFETDHZ EBNHEEINDY .

HRAMTHICE L Tix, MPSIVA BUBE T, SFMEMIED U A 712k L THo et s s
ThHHY .

[RRIILEE - BRER]
o(12) , A~ar(0) , EEIE (0) .

[XX  ®R]

1) Montafio AM, et al: International Morquio A Registry: Clinical manifestation and natural course of Morquio
A disease. J Inherit Metab Dis 2007; 30: 165-174.

2) Sudarsan SS, et al: Comparison of treatment modalities in syndromic children with Obstructive Sleep Apnea-
A randomized cohort study. Int J Pediatr Otorhinolaryngol 2014; 78: 1526-1533.

3) Lavery C, et al: Mortality in patients with morquio syndrome a. JIMD Rep 2015; 15: 59-66.

4)  Muhlebach MS, et al: Respiratory Manifestations in Mucopolysaccharidoses. Paediatr Respir Rev 2011; 12:
133-138.

5) Theroux MC, et al: Anesthetic care and perioperative complications of children with Morquio syndrome.

Paediatr Anaesth 2012; 22: 901-907.




6) Akyol MU, et al: Recommendations for the management of MPS IVA: systematic evidence- and consensus-

based guidance. Orphanet J Rare Dis 2019; 14: 137.
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HFHCQ1 SR LR— bk - XEEERR

[SR LiR—F]

AKCQ IZKT 2 _HEM T 7ERay ha— /L@ BRnl Y, FRULak— K TOY 7T & EER
BRECAE DS NS Wb -T2, 20 BILL EExS l UBEHZEI3 Th o7z, 6MWT TOHFTHE
DEES LIMEFRFT 2 20O BERHDH. HRICOVWTUIHERO S LI BENH Y, HFETHIITL
BOAREMEZ RET @S L ZNEEET H2WMENH L. LIEEIECHE), BT, &2 WITEERD
WEITHA OGN TIEE R -T2,

Hendriksz E!;t:i%*ﬁi’?tzﬁ:r‘/bu»—w%m B (n=176) Z1i7-7=. T A L7 7—F
TT7 7 20mgkg A, WiE, 77 RREEISTT24 HOBEEZITY, T RARRELHEL,
OMWT (XFEEEEGRECHEE A L, MKk G CHEICWE L7z, 3MSCT T, fstiaEte
L, BERBGHIE [FVC, FEVI, QoL (MPSHAQ DF#ESHE KA A L EBEIHRES) RAA DA =
7)), HR] ICOWTEEOMHM AR L. BOOMmE, O o—RE, AR, 72X TR
BORESOENINE T,

Hendriksz 5%, [F U MRBROT — % 2 HAWTT U b A L&A R AL 2 FREEICHRT L,
MVV, EIEOE, HE, REFOFEEZTZ2VD, EO AR, 6MWT, 3MSCT, MVV ﬁ%ﬁié
LD HEAFMGTO.1 (95%C10.0, 0.3 ; P=0.053) ToFEMHmA R L. ARREELLOTEREE, ¢
HE & IEHEDOZALIZ 2 VDI Ch o 7o b a — R & L BRAEIXL s> b b0, AEE ii;:zno
7-.

Hendriksz 52 K A6MWT % FEFHIEH & L7 AHRBRO A — 70 7~ UWEEHER TIE, #H
PR T 22 - B, ERRBR T E733B 7 2 b a2 — VIR TR L2 b 0 &2 58
THM LTS, Rl 55t m (QW-QW) FECHB VLT, 120 HOIERRIZ L D 6MWT OAFTHREEA
BRI D B Lct@Ea L. ZVoipEar— ML, —BLEREERIRNoT.

Hendriksz © (2 X 2 FRUREERE 2 S HREMIE A & L2 MR A4 — 7 7 VIEERBRCIE, A
EDRER, D24 J_F’ﬁ@ﬁ?jb@/\*—7<7/f/}:tt$xéﬂ“b 1R fAEHTRE (intention to treat
analysis: ITT) & BRHEFAE (n=173) , EHIERAE FIN A2 72, ERABRP £ 72133 B 7 =
k2= VZHEPL L TR o f:,%%‘%%% L, BEEN7=7v b 2—/f (modified per-protocol:
mPP) ORHEM (n=124) OHHT 4T, FVC EFEVL 13120 # £ THEGAUICEN L=, MVV
372 MHETHEL, TORLE L. HEVEFT TIEHRE COZ(LOREL b /RIERH 5.

Hughes 52K 2 HRBRO A — 7 0 7 ) UERAER OV 7T TIE, 18 sl LB % %15
(2, 120 EOBEHE T, 6MWT OABTEEREOUES L < ITHERF 4 MR8 L7-. 3MSCT LB
T, RN B ORFREERER A I ZEHIE T ICA BRI S o 7.

Hendriksz 52 X 281 FHFER) DI AHRBRO A —7 > 7 ~OUIERBR IZ BB Ek L7220 4412
BT D5 FLU EORMRE O L ARWECET DM T, 2 ARG BEER)S TR S 2k T
Xhpnolo. 17 ARG EG L. IRF T X URiEER, 6MWT . 3MSCT & EF L7z,
FVC, FEVI, BXUOMVV N4 R_T5 FEFTR—=R T A UNOHRA M LT, HEsHRIT R 20>
7. BAEMICOWTE, 28I EL)L@%$$§%7§%D %< ATBIETH 72, 60% (ZIBBSIGFE
oo, HEEREWEHNOWME TIE, 11 @B IOBEBISHAHBLL, BEERE, —vx7)y, A7nR



A RERNBETH T, 2 CRERANCKT 51gG HUARHBLL, 4 4 TIgE HukbETH -
7.

Lin 5(ZHBE TOMPS IVA BUEHE32 4 O0ER & BESRMFERRE ORI B3 2 Bl Bl se &
WL, DARBYEIIFERR SIS D Ll Tz, BEEMTIEIEILOIER OB & 5 WXL EICE
DY, HOVZEDRICEBRH D L LTS,

Doherty 52X 2MPS IVA BB 128 4 OBIEMIETIX, FREINZHOWT, BERMAREL ST
T2BE (n=67) LRIRIEE (h=61) D2 ~ 5 FEOFB THROAEREMIALNT, HRED
BEASDORRITZ Linolz. KBEIZHOWT b 2FEiE TR & RIBFEHECAEZIIA LN
7.

Gurbuz 512K DMPS &M S 7296 4 &G & LB 7ETlE, H—fag CRERAMaRRiEOR
PEARER D D DHERE IR AT L 72, St REZE D S5 B, IVA B328 4 Th o7z, BERMiARIEIZLD
Ao =B BRHIEE  (left ventricular ejection fraction: LVEF) , 73 N#EMAH= (fractional shortening: FS) 35 XY
AT A 37 OEAIT /2 -T2, ZEEIEK  (left ventricular hypertrophy: LVH) (2B U THEFHRIICAE &
REEERDT.

(kiR (20194 0 HE TO LR T ILE)
No. T HESY

({mucopolysaccharidos® iv[ TidefAbstract] ) OR
{mucopolysaccharidos* iva] Title/Abstract]y OR
(mucopolysaccharidos®* 4] Title/Abstract|) OR
(mucopolysaccharidos* daf Title/ Abstract]y OR mps tvpe iv[ Tithe/
Abstract] OR mps type iva[Titlef Abstract] OR mps iv] Title/Abstract]
OR mps iva] Title/Abstract] OR mpsiv[Title/Abstract] OR
mpsiva[ Title/ Abstract] OR mps type 4[Tithke/ Abstract] OR mps type
Aa[Titled Abstract] OR mps 4] Title/ Abstract] OR mps daf Title!
Abstract] OR mpsd|Title/ Abstract] OF mpsda[ Title! Abstract] OR

#1 (morquio®[ Title! Abstract] not ({{morgquio® bl Title/Abstract]) or 1.985
(morquio®* type bl Titla/ Abstract]) or (morguio* disease type b Title/
Abstract]) or (morquio® diszase bl Titlef Abstract [} or (morguio®
syndrome type b Title/ Abstract]) or {morgoio® syndrome bf Title/
Abstract])) not ((morguio a] Tited Abstract]) or {morquio® type
a[Title! Abstract]) or (morquio® disease type a[Title/Abstract]) or
(morquio® disease a[ Title' Abstract]) or (morquio® syndrome type
a[Tithe! Abstract ]} or {morgquio® syndrome af Title! Abstract] ) OR
mucopolysacchandosis iv[MeSH Terms]) AND (Japanese[lLansuage]
OF English] Language]i)




#] AND ({enzyme replacement therapy) OR (elosullase alfa or

" elosulfase) OR (vimizim) OR ( elosulfase alfa)) a2
#3 £1 AND ((6MWT) OR (3MSCT) OR (Joint mobility)) 158
“ #] AND ({Lung fonction} OR (Pulmonary function) OR (respiratory 175

function) OR (sleep apneal)
1 AND ({Quadriparesis) OR (Paraparesis) OR {Paraplegia) OR -

(Sphincler dysfunclion))

#1 AND Cardiac function 111
# 1 AND ({Growth) OR (shorl stature) 337
#E #] AND Visual acuity 55
#2 #] AND auditory &l
#10 #1 AND ({Cognitive function) OR (Neurologic symptoms)) 445
#1 #1 AND ({acute infusion reaction) OR (hypersensitivity)) 132
#12 £10R 24 OR 85 OR &6 OR #7 OR #3 OR 40 OR #[0 OR #11) 76
TR — = e | =
#13 TR OB L (8 14
#14 FEAEoS®d | 28E 10
#15 B - MERFRONESL L i8R 7
#16 LR - FREOWE S L 2R &
#17 SEORFOUSES L 28k 9
#18 HbouEs L I3ER 2
#19 EholEs L3S 3
#20 REAREOES L (g E 3
#11 1550 12




HHECQ2 SR LKR— b - XEEERR

[SR LiR—F]

ARKCQ IZHKFTHT7 U Mz —Hate _HEMR 7 7Ahary he—w@#ZBP S, RLark—hk
TOA—T 0 T YUEERBEAEOWAE N3 Wb o712, 2068, EOBEEMTEITI SOATH-7-. =
AT 7 —ET VT 72.0mgkg DEEELEIZLYADL (MPS-HAQ) Dk & H i MI7aIH A DU
HZROTN, Fix ONAT ADFEEZBTETET, TET AT EHET Lz, £EdhT%ICH
T HHEIT o Tz,

Hendriksz HI1Z “HEMH T TRz bu—/LEI FHRER (h=176) Tix, 24 5% D, ADL %
“ie, 6MWT, 3MSCT, MVV, HEZ 2a7 EOEA RAA L TiliL, 2.0 mgkg OfEEEE1C X
W7 TR ELRTHEEREEEZRO TNDEH, ADL ~OEBEIIRITRIN o7,

Hughes 512K 58I FHRBRO 4 —7 0 T ~VVIERRER O Y TRHT TIE, 18 kA OB 254
(2, 120 HOHEGHMICH T 2 ETEOEOE(LZEMEA HWCEHMI L, BARBERECOZ L DR
EATolz. IBFERE3T 4TI, BT 7, NELEE, BRI WIS EEE N Th o - olskt
L, BREEETIE, ' 757 - ML EEITE G, BEREITEREYGE L T,

Hendriksz 5 X551 FHRRBRZINE 2176 4 TD120 HOBEHFICHB T 5 EFEOE D& E, HIR
JEREOA 4 2 %IPRE LT LTz, BEGREOB A 77T, BEREIXL £, 2 F£H% L blctkE L.
HEVEEOWFEITZEN R, RADREMEML TN 5.

Hendriksz 52 X 2511 #H5RER D & BT FHRER D A4 — 7" T ~OUIERRBRIC BB S L7220 41
BT D5 FELUEORMIRE O aM L ARWECET 2T T, ERMEEZ AW ATEOEICET 55
BT, flx DIELSENREL, —EOMAITRD Lol

Yasuda 5%, 77— k&AW HEIZE COADL 21T - 7=, Eimebijagitd &, S
FeREiE33 4 (1 LLE) , RiIgHE4s 4 D582 4 (HEIER3 4, BIEMLT 4) L& 145 4 TF
fin e~ > F ST BE R REEBIT 21T o 7o, BEEMARFIERETIE, 10 s E TIREHEHE L RS DADL
EMEFF L2, ZORIKT Lc, E7oRIBFEREE L, FIEEORD beh o7



[CikigaE] (201945 9 H E TOUm & i)

MNao.

#1

L E 5

({mucopolysaccharidos ® iv|[ Titde/Abstract]) OR
(mucopolysaccharidos® iva] Title/Abstract]) OR
(mucopolysaccharidos® 4f Title/ Abstract]} OR
{mucopolysaccharidos® 4a[ Title/ Absiract]) OR mps tvpe iv[ Tiile/
Abstract] OR mps type iva[Title/Abstract] OR mps iv[Title/Abstract]
OR mps iva| Tile/Abstract] OR mpsiv] Title! Abstract] OR
mpsiva] Title/ Abstract] OR mps type 4 Title/ Abstract] OR mps type
4a| Titles Abstract ] OR mps 4] Title/Abstract] OR mps 4af Titles
Abstract] OR mpsd[Title/Abstract] OR mpsdaf Tide/Abstract] OR
{morguio®* [ Title! Abstract | not {{({ morgquio® b Title/ Abstract]) or
(mosguio® type bl TitlefAbstract]) or (morguio® disease tvpe bl Title/
Abstract]) or (morguio® disease b[Titled Abstract]} or { morgoio®
syndrome type b] Title! Abstract]) or (morguio® syndrome bf Title/
Abstract])) not { morguio af Title/ Abstract]) or {morguio® type

af Title! Abstract[) or {morguio® disease tvpe a[Title/Abstract]) or
(morguio® disease af Title' Abstract]h or (morquio® syndrome type

af Title/ Abstract]) or (morquio® syndrome af Title/ Abstract]y)) OR
mucopolysaccharidosis iv[MeSH Terms]r AND (Japanese[Language]
OR English] Languace]))

LE

1985

#1 AND ({enzyme replacement therapy) OR (elosulfase alfa or
elosulfasey OR (vimizim) OR ( elosulfase alfa))

431

£3

#1 AND ({Morlality ) OR (Cuality of life) OR {salf-care) OR (Patient-
reported ontcomesy OR (endurance) OR (pain) (OR {education) OR
(OCcwpation))

%2

—ER ) =l

CRBEHEHEIEEON - ST raRtah?




HHECQ3, 4 SR LR—F - XgER

[SR LiR—F]

ARCQ IZOWTHIME 7 v ¥ MEEN TV DA T, JEFERMAFLTHo72. 20 FILL EOSE
BitENE, BREFAEL GO TS BOLTh-T. SHHEFHIC L 2 FAEEEDONEZ EERRT D
ETe Do 723, WHNTHRIEIR N S T2 BE D 5 b, IR des Lo pliEi R S k.

Montatio & O HAREEFRA TIL, 326 ZARLER-o72. 50% MM LPOAETHZRBRL THY,
FINZZ T TEAD S B51 % PEMEFRZ TSN T\, 70 M A2 250 lI o7,

Dede &%, SHMEMEIEN A 32157220 4024 ~ 192 7 H OBLEMM OfHTHE R 2 Wil Uiz, *THRRE
X722 o T, R AT TE RV AIINR b BATARADRIETH - 72, 6 L I1TMiBh 7 L T
REZHMERF L, 13 LIEFE TIIMBATRE TH 5203, SMBRHCITMB RN LI Th o 7. AT T ARRED1
A wRE, IRICTRENITSE Lic., MRIERDIN AL LIER & 7o 7.

Yasuda 51X, 72— k& AWK CTOADL #1772, 82 4 (HIER63 4, #ER
17 4) ©o25H, 75 ABMALLOFMEZITTEY, FPEPFHETFITE5 T Tz, ADL & OB
IZDOWTIEEE K I TV,

Lin HIIBEETD24 £ OHRELZHE L. FHOFEBEIZOWTIIRERH D DD, ZhRITEHT
BHE KT T,

Broomfield 5 1%18 FEMDOSEMEFIRN ORI TRICOWVTHE L CTWA. 82 4126 ANSEHEFIN A=
JCW e, 6. k. IRTTL AICHERRE S OZ LR Hivie (FRERS 4) . IRR 775 A
DBEWICBNT, HaTCHEIER DS 203> 7214 £1, WP BIEREAA A BNz, —
75, WRNCHRIER A B - 7210 4D 5 B2 AIFEMTINCEAL, 5 A3k~ 1IC8B b, 2 AI3deE
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({mucopalysaccharidos® iv[ TitlefAbstract] ) OR
{mucopolysaccharidos* iva[TitefAbstract]) OR
(mucopolysaccharidos* 4 Titlef Abstract]) OF
{mucopolysacchanidos* 4a[Title/ Abstract [} OR mps Uype iv]Title/
Abstract] OR mgps type iva|Title/Abstract] OR mps iv] Title/ Abstract]
# OR mps iva[Titlef Abstract] OR mpsiv]Title/Abstract] OR 1,985
mpsiva] Title/Abstract] OR mps type 4[Title/ Abstract] OR mps type
Aa[Titlef Abstract] OR mps 4] Title/ Abstract] OR mps 4af Title/
Abstract] OF mps4|Title/ Abstract] OR mpsda[ TitlefAbstract] OR
{morguio®| Title! Abstract] not (({morguio® b[Title/ Abstract ) or
(morquic® type b Title/ Abstract]) or {morguio® disease type b Title/




Abstract]) or (morquio® disease b Titlef Abstract]) or (morquio®
syndrome type biTitlef Abstract]) or (morguio® syndrome b Title/
Abstract])) not ({ morguio aj Titde/Abstract]) or {morgoio® type
a[Title/ Abstract [} or {morgquio® disease type alTitle/Abstract]) or
(morquio® disease af Title/ Abstract]) or imorquio® syndrome ype

a[ Title/ Abstract ]) or {morquio* syndrome af Title/Abstract] 1) OR
mucopol ysacchardosis iv[MeSH Terms[y AND (Japanese[Language]
OR EnglishfLanguage]i)

#1 AND ({orthopedic surgery) OR (spinal cord compression } OR
(spinal saregery ) OR ( Cervical decompressions) OR
{laminoplastiesy)

183

#3

#1 AND ((Lung function) OR (Pulmonary function) O (respiratory
function} OR (6MWT OR (3MSCT) OR (Growth) OR (short
stature) OR (Newrologic symploms) OR ( Quadrn paresis) OR
{Paraparesis) OR (Paraplegia) OR {Sphincter dysfunction))
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({mucopolysaccharidos® iv] Title/Abstract]) OR
{mucopolysaccharidos* ival Title/Abstract]) OR
(mucopolysaccharidos® 4] Title/ Abstract]} OR
(mucopolysaccharidos® da] TitlerAbstract]) OR mps type iv[ Titlef
Abstract] OR mps type iva[Title/ Abstract ] OR mps iv[Title/Abstract]
OR mps iva] Titde/ Abstract] OF mpsiv]Title/Absiract] OR
mipsival Title! Abstract] OR mps type 4] Titke/ Abstract] OR mps type
4a| Title/ Abstract] OR mps 4] Title/ Abstraci] DR mps 4a[Titk/
Abstract] OR mps4[Title/ A bstract] OR mps4a[Title/ Abstract] OR
{morquio®| Titled Abstract | not {({morguio® bl Title/ Abstract]) or
(morquic® type bl Titlef Abstract]) or (morguio® disease type b Title/
Abstract ]} or (morquio® disease b[ Titled Abstract [} or { morquic®
syndrome type bj Title/ Abstract]) or {morquio® syndrome bf Title/
Abstract])) not ({morquio af Title/Abstract [y or (morquio® type
a[Title Abstract ]} or (morguio® disease type a] Tite/Abstract]) or
(morguio® disease af Title/ Abstract]y or (morquio® syndrome type
a[Titke/ Abstract ] of { morguio® syndrome af Title/Abstract])) OR
mucopolysacchandosis iv[MeSH Terms][i AND (Japanese]Languaze]
OR English[Langoage] )

WEAN

1.985

#1 AND ((ornthopedic surgery) OR (spinal cord compressicn } OR
{spinal surgery ) OR { Cervical decompressions) OR
(laminoplastiesy)

#3

#1 AND ((Mortality) OR (Quality of life) OR (self-care) OR (Patient-
reporied outcomes) OR (endurance) OR (pain} (OR {education) OR
{occupation))
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No. - E BT S
({mucopolysaccharidos® iv[Titlef Abstract]) OR
{mucopolysaccharidos® iva[ Titled Abstract]y OR
{mucopolysaccharidos* 4[Title! Abstract]y OR
{mucopolysacchanidos¥* 4a[ Title/ Abstract ]} OR mps type iv[ Title/
Abstract] OR mps type iva[ Title/Abstract] OR mps iv[Titlef Abstract]
OR mps iva[TitlefAbstract] OR mpsiv[Title/Abstract] OR
mpsival Title/Abstract] OR mps type 4] Title/Abstract] OR mps type
4a| Titles Abstract] OR mps 4] Title/ Abstract] OR mps 4a] TitleS
Abstract] OR mps4] Title/ Abstract] OR mps4af Title/ Abstract] OR
#l { morguio*| Title! Abstract] not (({ merguio® b Titled Abstract]) or L.9B5
{morguio® tvpe b TitlefAbstract]) or (morguic® disease type b Title/
Abstract]) or (morgquio* disease b Title/Abstract]) or {morguic™®
syndrome type bj Title/ Abstract]) or (morguio® syndrome b Title/
Abstract])) not {{morgquio a[Titlef Abstract]) or {morguio® type
a[Titlef Abstract [} or {morguio® disease type a[ Title/Abstract]) or
(morquio®* dizease af Title/Abstract]y or (morquio® syndrome by pe
a[Titles Abstract]b or (morguio® syndrome a[Title! Abstract[))) OR
mucopalysaccharidosis iv[MaSH Terms[) AND (Japanese] Language]
OR English] Lanpuaga]i)
w2 #1 AND (lorthopedic surgery) OR (genu valgum) OR (knock-knees)) B8

#1 AND ({Lung function) OR (Polmonary function) OF (respiratory
a function) OR (6MWT) OR (3MSCT) OR (Growth) OR (short 807
: stature) OF (Neurologic symptoms) OR (Quadriparesisy OR

(Paraparesis) OR (Paraplegia) OR (Joint mobility))
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({mucopolvsaccharidos® iv[Title/Abstract]) OR
(mucopolysaccharidos® ival Title/Abstract]) OR.
(mucopolysaccharidos* 4] Title/ Abstract]y OR
{mucopolysaccharidos® 4a[Title/Abstract]) OR mps tvpe iv[Title/
Abstract] OR mps type iva|Title/ Abstract] OR mps iv]Title'Abstract]
OR mps iva] Tide/Abstract] OR mpsiv[Title/Abstract] OR
mipsival Title! Abstract] OR mps type 4] Titke/ Abstract] OR mps type
4a|Titles Abstract | OR mps 4] Title/Abstract] OR mps d4a[Title/
Abstract] OR mps4{Title/ Abstract] OR mpsda[ Title/Absiract] OR
(morquio®[ Titlef Abstract] not (({morguic® b TitlefAbstract]) or
(morquic® type bl Titlef Abstract]) or (morguio® disease type b Title/
Abstract]) or imorquio® disease bl Titled Abstract ) or { morquio®
syndrome type b Title/ Abstract]) or {morguio® syndrome bfTitle/
Abstract]}) nol ({morquic a] Tide/Abstract]) or {morguio® type

a[ Titke/ Abstract]} or (morguio® disease type a|Title/Abstract]) or
{morgquio* disease af Title! Abstract[) or (morquio® syndrome tbype
a[Title! Abstract [} or { morguio® syndrome a[ Title/Abstract] ) OR
mucoplysaccharidosis iv[MeSH Terms[) AND (Japanese[Language]
OR English]Langaage] i)

EL

#1 AND ({orthopedic sureery ) OR (zenu valpum) OR (knock-knees))

BE

#3

#1 AND ({Mortality ) OR (Quality of life) OR (self-care) OR (Patient-
reported ootcomes OR (endurance) OR (pain) (OR (education) OR
{occupation))
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({mucopolysaccharidos®* iv[Title’Abstract]) OR
{mucopolysacchardos® iva[ Title/Abstract]y OR
{mucopolysaccharidos® 4[Title/ Abskract ]} OR
{mucopolysaccharidos* 4af Title/ Abstract ]} OR mps tvpe iv]Title/
Abstract] OR mps type iva] Title/Abstract] OR mps iv[Titlef Abstract]
OR mps iva[Titlef Abstract] OR mpsiv]Title/Abstract] OR

mpsiva] Title/Abstract] OR mps type 4] Title/Abstract] OR mps type
4a[Titlef Abstract] OR mps 4] Title/Abstract] OR mps 4afTitle/
Absiract] OF mps4[TitlefAbstract] OR mpsda[Title/ Abstract] OR

#1 (mormuio®] Title/Abstract] not (({morguic® b{ Title! Abstract ) or 1985
{morquio® type b| Title/Abstract|) or {morguio® disease type b Title/
Abstract]y or imorquio® disease b[ Title/ Abstract|) or { morquio®
symdrome type b TitlefAbstract]) or {morgoio* syndrome b Titks/
Abstract])) not ((morguice a[ TitlefAbstract]) or imorguio® type

a[ Ttk Abstract ] or (morquio® disease type a| Title/ Abstract]) or
{morguio* disease af Title/ Abstract]} or (momuio* syndrome Cype

a[ Titles Abstract]) or (morguio* syndrome af Title! Abstract] ) OR
mocopolysaccharidosis iv[MeSH Terms]) AND (Japanese][Language]
OR English] Language])y

#1 AND ({tonsillectomy) OR {adenoidectomyy OR (Ear-nose-throat
surgery } OR (ENT surgery))

#1 AND ({Cardiac function) OR {Lung function) OR {Pulmonary
# function) OR (respiratory function) OR (ahMWT) OR (3MSCT) OR 576
(Cognitive function) OR (Neurologic svmptoms) OR (sleep apneal)
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{{mucopolysaccharidos* v Title/Abstract]) OR
{mucopolysacchandos* iva[ TitlefAbstract]) OR
(mucopolysacchandos® 4] Title/ Abstract [} OR
{mucopolysacchandos* 4afTitle/ Abstract [} OR mps type iv[Title/
Abstract] OF mps type iva] Title/Abstract] OR mps iv] Title/ Abstract]
OR mps iva| Title/ Abstract] OR mpsiv]Title/Abstract] OR

mpsiva[ Title/Abstract] OR mps type 4]Title/Abstract] OR mps type
4a[Titlef Abstract] OF mps 4] Title/ Absiract] OR mps 4a[ Title/
Abstract] OR mps4|Title! Abstract] OR mpsda[ Title/ A bsiract] OR
{morguio®| Title/ Abstract] not (((morguic™ b Titles Abstract]) or
{morquio® tvpe bl TitleAbstract]) or (morgquic® disease tvpe b Title!
Abstract]) or (morquio® disease b Titlaf Abstract]) or {morgquio®
syndrome type bl Tited Abstract]) or {morgoio* syndrome b Tithe/
Ahbstract]y) not {{morquio a[ Title/ Abstract]) or {morgaio® type

af Title/ Absiract [} or (morquio® disease type a[Titlef Abstract]) or
{morquio* disease af Title/Abstract]) or (morquio* syndrome type
afTitle Abstract | or (morguio* syndrome af Titke/ Abstract]))) OR
mucopolysaccharidosis iv[MeSH Terms[i AND (Japanese]Lanruase]
OR English[Langwage]h)

LE S

1985

#1 AND ((tonsillectomy ) OR {adenoidectomy } OF. { Ear-nose-throat
surgery | OR (ENT surgery))

#3

#1 AND ({Mortality) OR (Quality of life) OR (sell-care) OR (Patient-
reported outcomes) OR (endurance) OR (pain) (OR {education) OR
(Occupaliony)
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