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IMEHAFE, HABEIZLSEWLEE, BEZROLGTROLNATNELE I V=NV I T AF 3
(CQ) ZHELELZ. £ L TMinds O TFEICHENLL, FHAARILIZEES< EH (evidence-based
medicine: EBM) (ZHIV, #ESECAIER L E Lz, MPSI BISCI BL L fhifs4- 5 &, BRKICB W=t
TUALNOEWVEwRLITETED 7L, HPRERETHLNPRIZHARDERDEIG LA RN D, &
MFORERICE S ER (X A= FE=F4V) A RIA IS EDLZ LIZRVEL
Teo RAA RTA 0, BRI 228, BRO—BE720, MPSIVA BUBHE ZFKEDAE
DEDW EIZORND T L EfEHS TORAEREA.
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1T o7-. TETF L ADIE - IO =9I, A aLEHE (mucopolysaccharidosis: MPS) IVA Uik
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t = — (systematic review: SR) AT\, #HEREXDOERRL 21T -7, CQIE, ERKBLY; TO=—XIZxhind
2 EEEEIRRE  (key clinical issue) Z WA R7 A4 UMEREESTHRETL, £hid b LICeRE L. HELE
LDEKIZ DT> TiE, CQ DT U b AEITSR ZATVY, £ OFERITEESWTIER L7z, SRyt
WOMIITBE L TIE, HA FI7 A4 AEREEOFGRmIC L RE L.

1 JYZHALYITRAFar (CQ) DRE

CQ DRk EF L LT, PICO (P: patients, problem, I: interventions, C: controls, comparisons,
comparators, O:outcome) ZHWTU R KT v 7 &iTo7.

ENENDT 7 M ALK LT, BRWEZEEZFOL, EEEOEWT U M AITH L
TSR ZATWHERESLDIER ZAT » 72

2 XHBRE

KCQ OHYFENF—U — REER L, BILFIFEAE (BRI IS SCRREBE A E L 7.
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BQ1l LIZ¥EIVA BDHERAZ?

B

OZnay )70k (GAG) 50t HN- T FNAHT 7 bYI0-6- ANVT 7 H—F
(GALNS) OXRABIZ LY, DfEEF OEY N RFEICERE L CTHEEOBSRNPEEIND.

OAGE CHRFEEMET H5GAGC ORI, 77 ¥ UIEDFENTHS.

(& Bl

glycosaminoglycani®, Z/vah /7 7V 70 aW ) 70 A OMFTRENDGENH 5 M,
KA RTATIE, ZhaprI ) 7Y Hoilm—RKiLT . A ZHEIVA RIOREKIE, 7=
7 70 J > (glycosaminoglycan: GAG) % BXPERIIC/ RS 5 T4 V) — AfEFE DL D THHN- 7 F
NHZF 7 bY I 6- AT 7 H—F (GALNS) DOKRIBICL Y, S3ffdkd OpEw S B I ER LTl
#i, HOEE, FEX, FEORENROBIEE-TY . EREREMIL, 777 Uit 2 Ko
A F -6 WilETHD. 775 MREENEE, A, DREICERL, hRPIcbERtsng? .
GAG DAEFMREEIL LT, &, WEoLE, BEEHNOBEIERIZT TR, a2 ABEEER
FHOTWSL EEZLNTWS., £72, Ml L CIIRERTOMEICES L, Ml 7 s
EARET S, A3 PEE (mucopolysaccharidosis: MPS) IVA BUBREIZEBIT 5K A B = X T FE 72
ARNHZRFITZ VA, MPS IVA BUBFE ORIFICE M TIX, 27 —7 VEEHEO K S 0B — M kbi
TRV, a7—7rO8EHEE LA L Tz . BEREEETOa7 =7 Oy TiE, #A4 7
WD LT, ZA4 71 B THiz? . MPSVI BLOEW)E T L TlE, GAG MU REHEL 7)Y v
TERIEMEL L, FRICY REPER G & 7 RoToll #-524584 (toll-like receptor 4: TLR4) DFEELH 5
LC, JEEEESER T-a (tumor necrosis factor a: TNFa) 723 EF-9725 Z EARINTEY, RIEISHIHA
AH=ZBCHE LTS EDLMESNTNSY . MPSIVA BUBFIZH T DL b LA & RE L
{EL°DNA G A FRER IR L7278 Clx, RRREE L I LARICZN O OEA F L 2R DN L5
P QAL

[x  #®R]
1) Neufeld EF, et al: In: Scriver CR, editor. Metabolic and Molecular Bases of Inherited Disease. 8th ed.
McGraw-Hill, 2001: 3421-3452.
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) BankRA, etal: 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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OIFABEE L, ESHIE, AFEICE VB2 ZERHALNIR->TVD.
OOMNETIE, ZRHERID D OHEE TIEAI500,000 HAEIZL ALBEZ LN TN,

(& Bl

VATVT 4 v 7 LE 2 — (systematic review: SR) (2 L D% G HAIZR25 OWFFEDOERTIE, L%
FEE  (mucopolysaccharidosis: MPS) IVA BLOFJRRITA—A FF U 7T926,000 A2l A, ~L—¥
7 CI%1,872,000 ALl A, FEETGIE599,000 AlZl AELHEESHTWAY | OE, Mgz kv AERIT
BILDN, WEFOT = OEFEIZITLOENRKRES AN THD. BB TIE, ZWIERFIND DR
AEREEIE33,000 HZAEIZL AEDOREDRH DY . IDICHAERR Y J—= 0 IS FAEHE OHEE
TIE, 12,000 (21 A& DBERH DY .

OETIE, ZWHESIH S OHEE TIX500,000 HAIZL AREEEX BN HLY . MPS 2Fflic ki)
HIVA B 5D LEG1TK10% TH DY . HiAERAZ V—= 7 ne2EmCEtEsn s 69, E
fife 20 F AR BRE 1T & Dy Cld v,

[x  #]

1) Leadley RM, et al: A systematic review of the prevalence of Morquio A syndrome: challenges for study
reporting in rare diseases. Orphanet J Rare Dis 2014; 9: 173.

2) LinHY, 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.

5) PrEiIR: HARICEIT HMPS BEKDOHNR. L2 LHEUPDATE. f —= X AT 4 v 7 %, 2011:
63.
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O RE(S - Cd 2 GALNS IR 715516 B EAARRBICRHIEL, FHREaRErE (5 Eink
e b,

OB R b KRB 2 EMEIC T 2 0IIREETH 5.

(& B

L aZEE  (mucopolysaccharidosis: MPS) IVA B D JRRIEAR T b HGALNS HAR 113516 FYLM
KRR (16g24.3) IZRTEL, WUEMAKEM (B BiEHAEZ E5Y . GALNS #ix iz o\ Tix, =
AVE TIZ200 UL EOFIEMEASNY 7o RBREE SN TEY, I AR AERPEERDE0 ~ 7T0% %
52 RSB OZ\VREIEME S Y 7o k& LCp.R386C, p.1113F, p.G301C 23H 575, EAD
5% LAF EBEEE IR, Hx OBFITBOTHEME N 7 > N OMASbEIER R 5.

BTN ORBZ EMICTRIT S Z EIEREECTHD. —HICBWNT, BEEO RS OFRKmIC
NET DIEE MY 7 b (p.D60N, p.N204K, p.R259Q) %A HIEMIIE, attenuated % 1 7 & L
T, JERPBRETH D Z ERHEESN DY .

[3x K]
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: Morguio 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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OFZERE LT, FrREH, o - BEEEIR, Rk - FPRESIER, Ol E 525 72 80130 5.
O 2 DB K o THEIR OFREE AR,

(& 8]

2L ZHEiE (mucopolysaccharidosis: MPS) IVA Bl /L3 AEREREA B (Morquio syndrome type
A) | L BTN, FRRAE - BERENET S 5. AR OX BETHEORBKEZED, &
WIZHET S 2 ERERFIET 52— 4T, JEROHEBINELS, TR RHIE T, FEROBRENE
JEWVEEA B 2. BIIGITIE, 1 E TITERAMEBEL, 5 mETIZZEiah TnaY .

1 WREH & - BEER

PR E ) EMRSNDRRER 2 2T 5. HEFOIML, MWEOA— U IRERZE 2L, M
RORE~ORENE L EESN, BRES R L2252 . HE, HF, BkHIEET, MRk
TREOIEMAETL, MREEDO—EERLY . i, HESORMESCEEREITT 5. BIEX R
EITL, FHNOSITNEEL 705,

OMPS & B/ 555 0%, F&, FHREHZMEL, @hESET T2 L THo. HEREDER
B, BREMMEANZCEVE B RMEAY T, BREMMEENLE, FREEIE OfERRIED & <, JRRD MBIRER, PR IE
EDJFR & 72 % . KBS OIS, BEENEITT 5.

2 ERRAWE - FERIFER
@YD i, SUEMET H %, HlZR0 5. Rtk 77 /4 FIER, BEE, &RIET, <0E - KJE
ORI LY, MREEE, BEREVEER, MERERETR RS,

3 DENERE
DFABHEIIMOMPS &l U TEIETH 5 2 & NE A, MiES, KEWRAFWRELY 7244 .

4 Fhit
MRJEMR & LT, MABNEE, IBETE, MR hEA2 29252808555 | KEMIEERE & o e
BIERIT R & 72200,

[3x 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) 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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CRH L a2k ERZ280, ST, 77 % URMBEOPEIE S 280 125 A IS AT REME D RIS &S
no.

OfEEZWNICIE, ARG U IEHEREFHRMEFMIL TON- 72 F AT T 7 I 6- ANVT 7
% — (GALNS) ODOEEEIGVER T OFEMH, & 25\ IGALNS i -RE Tl T LV EickiT 59
AN 7Y NOGHEEZEAT L2 EBNETHD.

[#& Bl

FERIE IR 20 B & 2 Z4E  (mucopolysaccharidosis: MPS) IVA I3 EEbi 235A121%, BX #ET
MPS IVA B Z B8 72 22 38 B E  (dysostosis multiplex) O FT RO A 4 4 fgsd 4 5D,

DA ARERRAE L LT, RPLaZHERENMTDILS. MPSIVA BLOBBIFITIE, R L=
ZHERE O &M GRRIPE) 2380, JRPLaZHESETIE, &7 % Uil O PR M RHEE < H
5. MPS DA 7 U —=27& LT—RINITIRT L a ZHERERTOI TV DAY, MPS IVA Y324k
PEIZE W RIREINDZENHLOTHERPLETH D, EIKRIIZMPS IVA BIREDNL5E5121E, B
FIEVERE, BETREOEEEBETHRETH D2, BUE, mRARDEFAVEN- TRFLH T
7 b v-6- AT 7 X —E (GALNS) OEERIGVERIE L FREE 72> T 5.

WEZINCIE, AMmERS U < 1352 RS S MESF AL T O GALNS BERTE AR T DFEH, & 25X
GALNS {5 ATl 7 Lb EICEBT DIREME AT T > NOFEEZGENT 5 2 EBNETH S.
GALNS FEETEMEMNME P AMOE-R L LT, ~/VF 7 NVALT 7 X—ERIEE, La B R—v R
N BIRFAET 539 0 —J5, BRRMIICMPS IVA BUpEebbi 5 b DD, GALNS EEEIGTEDIK T 23558
D HIRWGATY, MPSIVB BIOERINMLETHSH. MPSIVB AU, R LI ZHESETr T 2
W OPEMENZ 58D, B- HT 7 F X —BIEEDOIK T EZFEHT 5 2 L TRWAARETH 5 .

[3x @]
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) vander Horst GT, et al: Morquio B syndrome: a primary defect in beta-galactosidase. Am J Med Genet 1983;
16: 261-275.



BQ6 LIZEEIVA BDAEEIE?

=H

CMiE & ORI 3 Dt iERIE &, JRIRIT KT 2 108E T h HBER M FRIE & s MR AR 5
Joinb.

OIFEEMFRIEIL, BERRAZ SREHET 2 2 LI L W REBRER 2 MR T DIREIETH 5.

O3 MM CTIIAE BB O R —#lR b ORI ZRBERME N TTRETH V, EERE - Bl
F3HEER (GVHD) 22 EDEPHED Y A7 R85 H OO, STHFEOHERT L0 ZAMIIREENIC
M7,

(8 8]
L aZpEiE  (mucopolysaccharidosis: MPS) IVA BIOTEHIEIX, {2 OFERICH T D xHERE &, H
KN KT 216 IE Chd DR MR & S mEIs s  ondt? .

1 RERE

FHIE OB BRI 2 R RA IR IR e <, BRRIESONE AR T D HERIE DS LB L 72 5.
WO 72 RN B I A LB & 70 % SARERE E T, XMVEEEMT, RBEE R M iThns. 12
PR HRRHEEI 6 L TR T = — 7 AR O N A Th 5. BEED FXGEMZEIC L D
MEAR IR BERPIRFEAE ISR L CIIRBE - 77/ A FUIBRZATVY, JERDUGEDR 7 bR WG B I TR AR
i k5 E R %7  (continuous positive airway pressure: CPAP) A3iE I & 72 5. (DFRIEIEIZ % L Tl
EPMTOI, EEFICOWTIIFRELIN 2 EOFIRRIEPTOND. £, ik DB LN
JER DTN EZETH S, T LI ABIREITS L AR S BE 5.

2 BRWREE

BB BRI L VERINET A Y Y — AR SR L V5T 28T, KELT
WHEER MY Diaiike TEBERMAERIE] &\ ). BUYEDDIETIIMPS IVA BT~ % 2 A
ELT, mrALT =TTy (BIaTH#z) NAGERSNTWD. EERMFERIAIT, BRI
ZREREICEDE THE@EY ICHRL, 4 BFHLLEG TEBEL FRGEFEIRNER G T 5. BT
FAEORATIRHCIEEN, FHRIE, W7 EORGHEAENGEZREO DL 2 LN H 5.

3 EMmEHIITEHE

T ML TIx, AE%O R —Hn S OKBRIZRBEEEG N RETH 5720, BEEM IR
ED X OEM D SBE O -2 B L IR OIRR RN E O D, EERE - Bl xiE
F97  (graft versus host disease: GVHD) 72 EDOEOHENE Z 2 AR H D S DD, ITED AT D
MR X D, MO S OIERE CIIBE O ZEMEIIRENICH E L. b23ETIX4 FIC S S
, EEREWEH G, BWICH- BEAIGEIE (activities of daily living: ADL) Z#EFF T& T
DEDWENH DY .

[X @]



1) 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.

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 ARERICEAT 9V =—hILUV9TRXF3> (CQ)

CQ1 EFRWuEETSAMEE (DI, BEiAEE, BH, Bh HBR) #HESEIN?
Heag
1. MERMHAFEIL6 oA TRE 6BMWT) Z4EIE L LAk 2 i35,
[TEFURDEE : A HEOBRS : 1]
2. FEFRMIFRFEIC X 206, BAET IR, ), WS, BREREOSENRIII ST

AN

[TEFURDMESE : D, #HED®RS : L]

[F =&]

DNETIE, 2014 Flzmm A7 7 —EB 7 V7 7 %2 mglkglii O F & C Ui EE T B IR EIEN KT
SNTWDE., =X L77—BT7 V77X, La%hEE (mucopolysaccharidosis: MPS) IVA Mz
TRIBELITRREEDNE T L TCODN- T2 FAHT 7 b 0-6- ALT 7 ¥ —E (GALNS) Ol
Wz 2R EThHD. MM X N BEOFEE, MR IAERTZZ 78R, BEICE
WCERET D7 7% VB O SR RET 2 2 &L DG SN D EBRE R RIBRIETH 5.

[R5 - TETVRAEH]

P _ANZ L DWFFETOMPS IVA BUEF326 412509 5 BREHRA T, 46% OE&EH200m Lk
DOEEIAITTERVEEZE L, 10% OAH800m LLEAITAREE W I FERTH -2V . & 512325
4 D B O B (RBERE & BE R I 2R L 72MorCAP (The Morquio A Clinical Assessment Program) #ff¢C
1%, MPSIVA BUEETIM/AM: (endurance) , EEhEERE, FEEERESE LEFINTWDH Z ERHL
&7 o72? . MorCAP AFFE DHEWTHI7e B AREFRA N &, AT ATEEZ2MPSIVA BUERFE O B (RHSHRE D FF
FEEE & LI, 2 FEROBIEHFNICEWT, 6 oM TiBk (6-minute walk test: BMWT) 23t/
PEDOFRIE & U CTRRE N ENZ LAV RENTY L 353 42 M OBHNT L - T78 A3z 52 L,
IR CTII6MWT DA T IHEEANAE[]4.8623.25 m " D%iE L T < LA STz,

DI, BERMAFILED ERZAEN AHRE (MOR-004 k) TIX, 6MWTZ —KEFHiEE &
LCEL, 5 Wbl EOBATARIHEZ2MPS IVA BUEFE176 4 %2 %512, 2 mglkg/HEE, 2 molkg/b@iEEE,
TR EL:1:1 T, JUFMETHERTREMTONZ., ZORBIZEERILFEERE LTH
AANLBIMLCHEMES iz, &524 HEOBMWT ([ZBWTC, FEKGHETIE, 77 REEE gL
TWH22.5m (95%Cl 4.0, 40.9 ; P=0.017) OENRRO SN, —F, WEZRSGHETE, 778K
BE L LRl UCE0.5m (95%CI —17.8, 189 ; P=0.954) LA ERKLEDRNBFBO LR o727z
W, BEEMAFIEOREE L2 mgkgEAAR S NY | EEEGEECIIERONE [B5 s &

(forced vital capacity: FVC) , —F>& (forced expiratory volume in 1 second: FEV1) , H & AETHEE

(activities of daily living: ADL) , R ([ZOWTHEEEOHRNFE D bz, Bmds, Lma—[X
A CLEERE) |, AREE (171) CIRBEIEIHA LS TERD -7, MPSIVA BIORMEE LT, JiE
WROFRBUMENZER K E A\ A ZFHIT 2 2 & BRFHICREER 2 & 2D, RIFEOFZMEHNT (post-
hoc fEHT) Z4TV>, 6MWT, 3 4r[MsERA-Beklit  (3-minute stair climb test: SMSCT) , i K5 k&

(maximal voluntary ventilation: MVV) “CHERL E 41 5 A FHN COGEM M 2 MR CE 7223, AIRIEE R



FOTRER, SHEEEHEOZITEM T, BAORE L e —MRAEOHKRITILLSE N RE L,
4 BOBMECIEEER LI TE AN -T2. ZORORMIENHABR (MOR-005 #B) Tk, MOR-
004 ABRZSE T L7173 A ZIML, JeATHIIEA 5120 ], 2 mglkg/i#ll O£ 5% ke L 72 #EIC B0 T
BMWT 78— H L TR Lz, ZREBIOIRR s — b TR B LEWEE R SR 727
MOR-005 #ERD18 &Ll ED 2R — MZBWTHEMWT OAATHHET30.5m OSEEZRDY . %)
BHIBFIEIC VT, BERMTIRIED DHERE~ DR BRI~ OB RBBH STV B2, B
TH—E L AR SR TR

B FHAE DR ENEIT OV TIE, MOR-004 7R, MOR-005 FRUER, il a1 I Tt /e
<, WRHEEA & HEEE O AL T RE 2R 4 G REBE SR A A STV S, MOR-005 sABR T, AHEHFRIC
£V G2 KA L LTERIT R D3% Kiii Th o7z, BERMARIENRE & S 5T H DO
FiXe. TRTOBE CREERICHT D2PURNEAL S, 9.7% ICTRFRMIGE REASN Tz, L
L722A3 5, PUikifli & amshass KO G- B RUG & OARBIRILRIZHT & 22278 o TS |

[/3k 258 - BREER]

fELEL  wl (10) , AW (0) , EEE (2) .

fiELE2 . w1 (9) , AW (D), EEE (2) .

ZUEIE LR SN2 RIS O W THEIEZITY, FEO A —AEHIC X > TRRE NI,

[3x 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) 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.

4) 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.

5) 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.

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 BRWAMECETOH -£GFR (BH MPLLEZET) ZRBESEIN?

i

1. BEBMTREIEROE2UETD.
[TEFURDEE : A HEOBRS : 1]

2. BEEMTRREIT M TR EKET D ATREENRD 5.
[TEFURDMEE : C, HEODBME : 2]

[F =
DRETIE, 2014 FiZen 27 7 —8 T VT 7 %2 mglkg/#8 O ] & TR FHE S 2 1HHRIED &R
SNTWD., =rALT77—ET V7 71X, LaZPiE (mucopolysaccharidosis: MPS) IVA BT 350
TRBEIIRERIEEDME T L THWAN- 7TEFAH T 7 bHI-6- AT 7 Z—E (GALNS) O
Wz 2R ETHD. IR X 7 BEOFEERIE, MIBRICEIAENT-Z X7 ER, BEICE
WCEHET D7 7 % VBB O RERET 5 2 L BSHIRF S D RBRRNIBRIE TS 5.

[fR&h - TETVREH]

P AN L DWFFETDOMPS IVA BURFE326 44125t 2 B REA [MorCAP (The Morquio A
Clinical Assessment Program) #fft] Tix, 20 mkE TITIXNL3 OBRF N HR AR & 72D 2 & Pl
ERTWBY . &5, A4 #l, /36 BIOMPS IVA BB Z b5 L7- RS2 <1k, BEhic
BN 70 5 2 L1, ANEDE [EQ-5D-5L (EuroQOL 5 dimensions 5-level) , HRQoL (health-
related quality of life) RE] ZHEIIKTFIED Z ERHESLTNS? .

BB FEIEIE O ER 2 VN AR (MOR-004 §8BR) TIX, 5 bl EOBITHHE/Z2MPS IVA TR
F176 4 & X80T, 2 molkglBERE, 2 molkolf@ilRE, 77 BARREEZL:1:1 T, VX ME_HEHERT
B EMTbE. 524 Bi%E_R—ZF A L DOHIETIE, —RIMEE D6 44T (6-
minute walk test: BMWT) OBATIEEES R FIFIEIC L » TET 5 2 LRS-, BIRGHEEE
ELCEINT-AEFEOEOFCIX, 'A 77T, NH#LERE, BERED3 2O KA &G
BERERAW S, &4 BHERRA TR, AEREZ LIRS bNRho7zY . LinL, MUak—h
A ETIERERBRTIZ. L FICRRS 2 SOMHTICBNT, FEOBEICHBREENRD L. TR
ABR (MOR-005 #&Br) Z&ED H b, 18 WLl EDHEE (n=37) &, HREFHAE (MorCAP #f3E) @
BEEM D SRR OMAANIEEZ 72T REDT —F BB HTRANCHE L, N—Z T A b
120 RS TORNA T T, NHELEE, BEHRE)OWT IO R a7 T iEE R 2 R0 7= DTkt
L, BHARBERHIR W TIE2 FERCELEMZR L, BRICEVATEOENLET D EiEmSIT b
Y XD, 18 ML TOBRHE L ETeMOR-004 B L = DMEERER (MOR-005 #Ek) OBMHEFZE G
H7EH176 4 L BAREETA (MorCAP BF7E) DBFEEA 4 A %51, IRkl Fikdk L 02 %
BT, BT 7T, NELERE, BEIREIO A a7 OWELZ I LI-FRICE N TS, Rk
2, WENANCE V'V 75T, BEIEENIIEN ABCH AR THRET 2 2 ERENTZY . FRADER
WCHLE: « LT ~DEBIZOW TN LIEFET — 2 1372 < . A% OBETHD.

ARSI L DEM T HRASOFHEICOWTHEEMITRGT Lo T — X I3FE LW, BERAT
PRV ARTOMPS IVA BURSE2T 4 OFER % fifthT L 72t Tide3 % BFFRARETHLT LTS Z &on



B, BMWT % T HEEEM ML L 0 BBIRE I HER C& | RAMEIEIGZA 72 & O MR ZRE OHE 2 T
BicxAEmTHbdET 2N HESIN DY .

BRI FIIE D ZRMEIZ DUV TIEL, MOR-004 Bk, MOR-005 Bk, milk#%FHA O @ICTRBEIL72
<, HRIED D SR E DXL AT RE 2R B R B S 3 A ST D . MOR-005 &R Tl, AHEFLIC
K0 5-Z AN I L7EBIT 2R D3 % Rl Th 7o, BERMARIENRE & SN DHEEH O
SR AN

[/SRIL2EE - BRER]

HELEL . W (1), AAF(0) , EEE (D) .

HeLE2 0w (1), A (0) , EEE (D) .

BEE LM S NI O W THEEZITY, HED A —LVF#IC L > TKRENTZ.

[3x @]

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) Hendriksz CJ, et al: Burden of disease in patients with Morquio A syndrome: Results from an international
patient-reported outcomes survey. Orphanet J Rare Dis 2014; 9: 1-8.

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 morguio 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 Esflrbam (TEHEZEWN BREM XHEBEERESIEIN?

i
FRRAER OMEAITRNCSAME I 21T 9 2 & I2 L0, MREROEANZLIETE L AIEEMERH 5.
[TEFURDMEE : B, HEDHE : 1]

[R5 - TETVREH]

2007 Rl S 7z42 DENRSI LT A= Z8ERE (mucopolysaccharidosis: MPS) IVA Bl D KA
LYARUE#E (n=326) 1ICk2DE, 52% DBEMTOLNDOFIREZITTEY, ZWVHEDONBIAEIL,
SAME (1%, “F49.9 i%) , H (33%, F7.1 m%) , Tk (26 %, F10 %) , KBS (25%, F
#)11.9 #%) Tho7=v .

Alfred 1. duPont Hospital for Children 7>5 @O #45Cix, 1979 ~ 2007 F DT/ A hEFERE

(Morquio syndrome) & 2l 417236 41127 4 (75%) 2SSEMERE EMN/BRIEN 2% Tn5? . —
J7, 2014 EICHE SNTZBED24 /0L A N T, BHEFNZZ0 TO o EEN, BEH
THK %3 /D6 4 (25%) OHRTHH-=Y . ZoZ b, ST OERRIITHIEERNH 5 &
Bonsd. »oTUTEEN THNSEREREEN 2175 2 L BN HERE ST end, BIfETIE6 A mof
B L1 FEORIRAL - %IEA OBIRERREE 2 5T HlX SRR X 2 SRR AR E M O R,
MRI TOFMTEHEREEZ T = v 7925 2 L1280 PITEIGCZRET 5 Z LA HER S LTV 59 .

Yasuda D82 4 DEFIZHTHHREICL D E, 82 475 4 (91.5%) M7 & b1 BIOFHN
WaZ T TR, HHETHIE49.3 % OBFICEM STz, FHETIN &2 521 72 BE O F I
110 M TH o720, FHETMIZ0 ~ 30 MOBERITFH L Tofi LT .

Broomfield © ™26 4 OSHMEFMTEFICET H2MEICL D &, INANZIER D /ey > 7214 £441377.5 H»
A OB (18 ~ 161 72 H) THRMRIER OFIE LR T, WAHEIRDH -7210 44 TiX
117.5 A OB (7 ~ 191 20H) T, 7 4 THRIER OB (2 4 o EmE %2 &
te) , 2 A CT—RRILGE (Z20%1 AIEHEL) , 1 ATEERLTHoTe. 202 E0b, Bk
TR R & OMFIER DSV o T2 ABIIN D & P ZAT > THMRIEROEEIZREETH 5 2 &3
B, FETm, PO ITARIEIRD > THHEE TMRI T2 BTG TOREERERLLNL -T2 LT
BY, ZOZ &0 PREISIEEBAT T TRETRE TERWVWE LTINS .

TR BT 2 BARE 22 FEHEIT 70 08, AR SHEST LT D CIREHE IR TE 2z, ik
JERNHBLT 2N TR 21T I LERNDH D, TOREDICIE, &K 6 NHBOMKRZRE 1 FFOmE
RAEZEITV, REEMEO B L P OMET 2R/ 2R OR WA HRT 5 Z L3RI TV D
D BAICER LT, BRI D U AZ IS L COTRREBENLETH D, BRI, SiE0k
%, WALICPE S INEESGE, T8ROI IC X 2 SHBHIRE, o EREHESEE I 2 7.

[3R 258 - BREER]
Al (12) , AR (0, EEE (0) .

[  #]

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) 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.

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, et 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 EmNAFAR (FHEZN REWN FEEFOR - £EMPRERESLIN?

i

1. MRIEROBEITANCSEMETINZIT O Z 21XV, AIEOEEHEFRFCE 2[R H 5.
[TEFURDMEE : B, HEDHE : 1]

2. SMEFIIIAEMTHEUES D AEEELH D0, B OEOHED HELOFM A MLETH
5.

[TEFURDMEE : C, HEODBME : 2]

[R5 - TETVREH]

L apEiE  (mucopolysaccharidosis: MPS) IVA BUESFIZ & - C, fatE# S % - 7= EXGER
FELW, FHEDOARZEME 7 b T HREEIZRA R E BT L & TSN ~D 7 Va3 ) 7
Y 71 (glycosaminoglycan: GAG) 7, ZAuilhie< FHbkES (TR, f&rk:, BEPEEiGREESE) 1
HERBETH Y, MRIERO HBUIE LWAIFOEDOK T2 .

MorCAP (The Morquio A Clinical Assessment Program) #ff%8 (n=325) TI&51 % 2R ICIEE D &
D, 30% PEEMAKOFRIERE Lzt RESNTRBY? , Flie & bITBmML Tz, 4
15D OHEFFZ TN, L7-BEINEE CTH H A, Montaio HD326 4D L YA R U #HETIE, 800m
PLEANE U T TRIBE CH 72 DIZOTH10% DA TH Y, TURCSHMED T oA HIZB D & 4F i
EEBITHBTREINTE F L TVE, 19% IIMBIE, 31.3% Xk a2 mEe L7-?

Yasuda HI2k 5 &, KuEOkEILHHAIEEE (activities of daily living: ADL) (2 X V< BE L,
OB TFHTIC K0 BIFIZADL AHGE L= RE SN TWnWad. —FH T FECFN, BHEFITCTADL 23k
BELELEOTETF U RAIREN TN RN |

Dede © ™20 #D> EATSEHEE ER O TlX, BEA DS OALFMO BN ZER I TNDIZEH B
boT, BITRENLELZDIFL £OHTH Y, MoOBE TIIARFZHITRBHRERBIZEAL
Bbobliaholzl LTWN5SY .

Lin 5ORETD24 DOV A MIHEICED L, SHTIRIEITLS 4 (54%) BESL, 7 4
(29%) MHERT, 4 & (17%) BDELEV ThHo7=. 8 A1 TFH17.2 7% (6.8~ 30.3 %) THEL
THY, RT3 LVXERETE, 1 ADNSHERNLEMICH O FTHESE, 4 AI3BARHTH - 7273,
FETCREDADL 136 A NERGT, 2 ANETZE D TholzZ Ennd, BHITIRIEL ST OBI#EA R S
50

2015 fFEDLavery © DA TIE, 1980 AR E bl U CUTE CIISE CIRFE A KIEIC BA- L TEBD,
FRERTH DR ARIC LD CREERD EH L7720 TH D EEL L TW1D. ESEMEICKIT S
FREEHEL, MRS AZ IR T S 2 2 ERBREL KT 52 Lo T, 1990 FRIL TR
PRSEMERE ER S HER SN TH Y, 202 LICE AL EROIETOMREN L RET SR, F—
AN DI N T DRI T e, — 5T, BRI O RN EH Lo bR TH D &
WARTND. JATHIOZECH] 3B ON 2 BlIIHFE « & ICBH L7zERTho7.” AHOEGIHED
U A7 FHIEE LTCIiE, KUEDRR%E, Wik, BEE 7 74 N—Ra—FRCT7R ECiETiciR+ 2 2 &
DHERE S 5 CQ3),



[ARILEE - BREBR]
HELEL - W] (11) , A (0) , EEE (0) .
HELE2 - w] (11) , A (0) , EEE (0) .

[x  #R]
1) 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.
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, etal: 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 EWMANERAR (X BIELEN FREBEEZRESELEIN?
i

X B IERIC L0 B IRHRE 2 B S & 5 FIREMEN H 5.
[TEFURDMEE : B, HBEDHE : 2]

[fE5h - TET UV RE#H]

2007 Rl S 7z42 DENRSI LT A= Z8ERE (mucopolysaccharidosis: MPS) IVA Bl D KA
VYA RU#HE (n=326) IC&DL, 52% ODEENMLNADOFHRZZITTEY, Z0HDNLIHEI,
SHHE (B1%, V9.9 %) , H (33%, W71 %) , T (26 %, F#910 %) , =BT (25 %, F
¥#J11.9 %) Tho7V.

Dhawale 513, X MINTk4 2 FiiOIEM AREL I AREZ LLER L, FEIr AREL24 (24 ) TITRIRE
AL » JEF IR DOWTIOFERESX HA BT 2 FMIcZ Licolzxt L, AR 4 (38 1)
THWTNOFFELEE L EHRE L TD. £z, TSy, THERER S RROZE{bE R L
mEHEL TN D .

TAVETIE, X BEEEME LT, B0 iTCaISMNE E s A V7o gradual correction 23 Thoiu T E
7273, fiTiXtension band plate % iV 7=guided growth 2372 L 927> TE T\ 524 | guided
growth (X, BEHKEROAMIZT L — FZRET 22T, REREZHHL TRRICEFELUGES
HELMATH L. ZnE TOWRITER, KVIKEREBIIX WOBENHFOLNL FRERH Y, 4%X
JEG EMR A T SN 2FEDHE 2 TH< b Lty 72720, BEDRWX T % guided
growth OFZNMEIZ OV TITEZ D> TRV |

Cooper HlX, 23 4 (46 ) (ZhefT L7=guided growth (ZX 0, 6 454738 (6-minute walk test:
6MWT) DBATHHEA69.5m S Lz Z LA ME L TWn5Y |

X G EATIC £ 5 HABSRE DU IZBI LT, MPSIVA BLZOWTOZ BT » A 3720y, X
2 S BT BIEE B 1T L CIE, FBIEIN CHIRERE, ATEOENYGE LTz &\ ) SCHkITZ 87
ET 508 | JRRIITE DT RIICIT ) 2 D BT\ 5Y | KiiZguided growth Ti, FE4H
WY 725 ERDPE LR, EREFARFFICR-TLEI VA RHLDTHEENLETH
L. 12720, AABEORFERILE S, AR TIIIE AL OIE D M KRBREEA & S THENR L.
ZD78, EEEIOFMBLIEIT/2 D RN ER ST\ 52 | BRMEREEESEST L7256
1%, FOfEHIC N LRI E Ll OIS A B 5010

[3R V258 - BREER]
Al (10) , ARA(0) , EEE (1) .
ZUETE LR SN RUZ DD THMEEZATY, FEO A —/VEEIZ L > TRBE L.

[ #]

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 EmAHMAER (X HBEMN FETOH - £EHTRERESEIN?
i

1. X WEBIERICZ D AEEOE 2 8GE S5 REENH 5.
[TEFURDMEE : C, HEODBME : 2]

2. X WEBERCL Y AEMTRELESEDLINE I DOV TUTHMETE 20,
[TEFURDME : D, HREOBRSE : L]

[R5 - TETVREH]

AT OB OHERFIZIIMSE L 7= BB N EE TH 5%, Montaio 5 D326 4D LY A kY #HETIE, 800
m LLEISE U CHBATHRE CTH - 72013 DTH10% OB TH D, TURCSHHED TR OA MR D & 34
L L BITTRNIE T L CnE, 19% (3MBIE, 31.3% IFHEkKr2%8e LcY . CQ5 TRE
NTWDX HEEERIC X2 RERRSGEY, EIEOBOUGEIZHER T 5D T, BRI FI»TH
WO 2 EHEEIND. L, X MEBENZ ST FTROFINAERIT, TR, K
BEREIRY, Z28R3E7e & L B3 2 SHEE EAT/BRIENT & 5272 0, RICBBEIRENIC O AR E T 2IRE Th
BT, WMEZBET 2 U A7 72 8 b EDIRA R 72 BB CIRRIE 28I T 5 MER B 52 .

2015 “EDLavery ©OWE TIXERY OFLTHNLI Fl L Wb S TWD 2, SHHETH, OIETH, H
LB TFIROEGIHETH Y, TRFIFICEET 2 EINEIECH OWME LA DT B2 . Ll P
M OB BESNREE 21TV, SR ZAE LG b, FERFEHCThH - THEMMAEIHED U 27
I+ RS ETH DY . X HEEIER A A T2 GET 200 E 02O T, BHARRILO &
P U INEC ISV AR Ny o

[SRILEER - BEIRIER]
#2521 wp (12) , A (0) , EEE (0) .
#2522 - wr (12) , AA (0) , HEEIE (0) .

[xX W]

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 ERHMFM (R - 77T/ 4 FUIRNS) XSEMeE (DiEE Bh) ZRESESD
mne?

#E3E
HABRFM IR oweE, BOKRT 2 SRPEFGTE 5.
[TETVADHS : B, #HEDHSE : 1]

(8 - TET Y REH]

L a%pESE (mucopolysaccharidosis: MPS) IVA BB 238U NT,  BAZEM: O MR B 2 K 5 5 48R
DR A GLE,  MEARE MERE EGERE, PEREEERE B L 05 2 LR FmbR TN D,

326 AT DY —_A I KD BREREOMITHER TIL, Wbk - 77/ A NEIBRHTZ R HIIT -
7B CERERMS mAlk) 2B\ T, MIREZ SESEHHEMERO TS, £, 33% OBE
MHRERO T DI DEFEHKRT = — 7 DA BITOI TR Y, BAOOHRICHES L TNnD Z R
HEP S 7=y . BIBICRT 524 4 O%ITHENMRHITCTIE, 25% NERHA T = — 7 OFFAL, 17 %3
TT A RUIBRIN, 13 % 23SmBKEIBRIN, 13 % 2375 M BRI & 521 Cnie? . b aildsts HMPS
IVA BIBHE13 4 %5 TeMPS [BET6 4 OfENTCIx, AU YL/ 27 F 7 +— (polysomnography: PSG)
A Z1T 27295 % OB (CHEIR RS MEMEIEBERED R0 D, bk « 77/ A NEIBRHT# 1 ML (K0
Wi 45%C (apnea hypopnea index: AHI) O B ARKENBD LN TWD. EOT T /A FIEKFEHR
%, —MERTIEL% AiE THHIDIZXH L, MPS BERETIIS % & FETHoT-. LNLEL DA
HT, F%RBAHI OUEEIFRT-N WY | HEEBRTIFICEEL T, REREMCrE S U 2 712k
LCOFTSREBENLETHDHY .

[R5 - BBREER]
ao(12) , A~ (0) , ZEEE (0) .

[X  #t]

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 HAEHMMFEWH (BHk- 7T/ 4 FUIKRESE) BEFTOR - £GFRERESEIN?

e
HRRHO TR ANE OB - A f TR o S5 THERS B 5.
[TEFUAD®RE : B, HBOHWS : 2]

[R5 - TETVREH]

L ZHEHE  (mucopolysaccharidosis: MPS) IVA FUEEIZISWNT,  BAZEM: 0O IR 2 (kL R 3 2 A (]
DR IR GE,  MEARIE BERE I FE R, PR L 70D Z LR BTN D.

326 ATkt DY —_A I KD AREREOMITHER TIX, Rk - 77 /A NEIBRHTZ RENCIT -
7HRE CEHERS malh) 2B\, Zhb o2 SIESE-EHurRObNE. £72, 33% O
BEVPTEROTHYIODOEEMKT 2 —7 O A BIThNTE Y, BHOUEIIHFLE L T\DH D
ERHERI S, HSBHTNIAER OZOm EICoR0N 5 iREMERRIB S DY .

MPS % & e/ N2 o PHZEMEREL BB 25~ 2 1R AR DRI DBE~DRRIZ OV TUE, MPS BF
32 4 EELAFE0 4 & MIELICRIE - 77 /7 A4 RUIBRHITHEE & & s n0 R 5% (continuous
positive airway pressure: CPAP) HFEIZEI D 11572 2R — MFRICEBWT, HEIROE 2 5Hli7 5 &2
(OSA-18) Z JHWTHRMT S 47z, CPAP BETIZHABEE D DIEIRANSKET 2 DITK L, FHRETIEL
ENTTHE L. MEROICIIWEE S AR L L L CH B ICIEREEOWE, B AR O,
AR OMEONFEEZRBOTND., —FHT, Rk 75 /A RO 217> CThesE LanFil238 % 17
fEL? .

A TRICOWTEENICHRE LT — ZIIF(E L2V, MPSIVA BBIE2T 2 OFER % ffhir L
ToHETIX, 63% BFFRAETHLE L TERY, MREEZSGET 2 RN H 5 Hafaim N Em
THOGFIIHEGTH LBHESNDEY .

HEFRHFINICEE LTIE, MPSIVA BUBETIE, BHEBFECED U A 7125 LT 2 a2 vt
T %" |

[ARILEE - BRER]
] (12) , &A (0) , EEE (0) .

[x  #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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ZEHCQ1 SR LR—b - XkRFRR

[SR LR—F]

ARCQ IZxtT 5 _HEMT 7Rz ha—Ailg1 4hH 0, [FUamR— FTOY 7N & IERR
BRI OHWAENS Wb o72. 20 BILL EE x5 & L BEisEiE3 i CTho7-. 6MWT TOSTHHE
N ED LTS T2 L VWO MERDH L. BRIOWTITHROLLIBENRDH Y, FETHNITK
BORREVEZ RB T 2 MG L ZNEEET H2HREND D, DIRECR T, B, &5 WVITEERD
WEIIH L TIE o T2,

Hendriksz %Giiﬁ‘é—‘*ﬁ?"?tﬁ:‘/}\m—/w’“lll B (n=176) Z#{1-o7=. —Tun AL 77 —F
TNT7 7 20mglkg i, [BiE, 77 BARBEICS T T4 BOBEEITY, SRR KL,
BMWT [ If@il & 5 CAE A L, MG CHEIZSE L. 3MSCT T, #atra s

, WREEWHIE [FVC, FEV1, QoL (MPSHAQ DNtk KA A v EBENRE) RA AL DA =2

) , HR] ICOWTHEOMM 2R Lz, BOMRE, Lo a—Bg, ABRRE, 73Tk
BORIOEWNT/NI T,

Hendriksz ©1%, [ U FHRBROT =X 2 AT U b LZBEE KA AL L 28T L,
MVV, AIEDE, J&, WMEROREEIRVD, SEOAREME, 6MWT, 3MSCT, MVV THERL S
né%ﬁé\ﬂﬁﬁf‘o.l (95%C10.0, 0.3; P=0.053) TUEMmZmR L7z, AEERL LOTKER, $
HE L IEHEDZEALIZ WD Ch s Te b a—KigE SR EIXIX 622 b dH Y, FEEITR)I-
7.

Hendriksz H1Z X 26MWT Z EZEFHHEE & L72FHN HERBRO A —7 0 7 N VIEERBR T, il
HFICEIEAR P 22 B, IERABRT TR 7 e b a— VICHERLETRA LI 02 ED

ST LTS, feii 7o 55 (QW-QW) BEIZHU T, 120 HOTEHRIC L D 6MWT DT HREEN
BRATA S B LlctBa R L. RV OIRKaR— MY, —BLEREL RIS RhoT.

Hendriksz 12 & 2 PR RERE 2 F3RHIIEH & L7280 MR A4 — 7 0 T ~VUIEERBR ClE, A
PEDRIEE, HAID24 HEH OO N—RT A L g S, 1hR e RAFHTRE (lntentlontotreat
analysis: ITT) & RHEEFMAEK (n=173) , BEFICEEAR T2 2% 072, EERBRP E-IERBR 7 2
b —WZHEPL L CTW e o 7o BE ZFRAN L, BRI 7=7 1 b =—/14 (modified per-protocol:
mPP) OFHEM (n=124) O34T HiTii=z. FVC LFEVL (3120 # &£ THEGMIZEEM L 7=, MVV
372 HEETHEL, TOBREE L. HAWVWEETIIHRE TOZOEEL HoT-mietEr & 5.

Hughes 512 Xk 28I MHRBRO A —7 2 T ~HVIERRBR OV 7 TlE, 18 sl EOBE & x5
IZ, 120 EOBEHIMIT, BMWT OSTHREOSE S L VTR 2 #ERR L7=. 3MSCT X
T, AN O SRERR A IR I P B e A IR i S e o 7.

Hendriksz 512 X 281 FHERER D SN FHEKEBR O A4 — 70 T ~OVIE ERBRICS NG L7220 41
B 55 FLL EORMIRE OaM L ARNECET 2T TIE, 2 ARG EERS TR E 2k T
Xlphote, 17T LR EEZk Lo, IR 7 % UhiER, 6MWT i, 3MSCT & EH L7z,
FVC, FEV1, BLUMVV NTXT5 EMTR—RTA LB RLITHEM U, s 0 -
7. wAEMIZHOWTIE, 281 Elutm% %%%75%@ % TWIETH -T2, 60% (IS A TR
oo, HEEREWEHOWME TIE, 11 HBICEBRISHAHBLL, BHERE, —vx7)y, A7n



A REHDBKETH 7. 2 CREEERANCKTT 519G FTiENHBLL, 4 4 TIgE iR b EMETH -
7.

Lin 53/ TOMPS IVA BUBE32 4 OEIR & BERA SEHRIE ORI B9 2 B Bl 42 7t &
WL, DARBEYEILFEERR SICRBEIN D LT, BEEREMTRFELOBERORED B 2 VI EIZE
by, BNIEDRICEENRHDL L LTV,

Doherty 512 X 5MPS IVA #5128 4 OBIEMIETIEL, FREMWINCOWT, BEEMARIELZT
7o (n=67) LARIBHAEE (h=61) D2 ~ 5 FOKBTHROFERMINTIA LT, BHRED
WEASDRRITZ Linodz, KEIZOWT S FHE TIARE & RN THEERITA LN 2o
7z.

Gurbuz HIZ X DMPS L 2WrEini=96 4 & k5 & L BIEZAIETlE, gk CRERMREIEDIR
PR & DHERE A~ IR AT L7z, M REFED O B, IVA Hl328 4 ThoTo. BEREMAREIECLD
FeEER = (left ventricular ejection fraction: LVEF) , /== NERFLE= (fractional shortening: FS) 5 LTt
AT A 27 OB~z E=JEK (left ventricular hypertrophy: LVH) (ZB8 U CREFHIICH &
RUEERDT.

[(WakEFR] (2019 £ 9 H 3 TO R T IU#E)
No. ki WS

((mucopolysaccharidos*® iv[Title/ Abstract]) OR
(mucopolysaccharidos® iva] Titlef Abstract]) OR
(mucopolysaccharidos® 4[Title/ Abstract]) OR
(mucopolysaccharidos® 4a[Title/ Abstract]) OF. mps type iv[ Title/
Abstract] OR mps type iva[Title/ Abstract] OR mps iv[Titlef Abstract]
OR mps iva] Title/Abstract] OR mpsiv[Title/Abstract] OR
mpsiva[ Title/ Abstract] OR mps type 4 Title/ Abstract] OR mps type
4a[Title/ Abstract] OR mps 4[Title/ Abstract] OR mps 4a[Title/
Absiract] OR mps4[Title/ Abstract] OR mpsda[Title/ Abstract] OR

#1 (morquio®[ Titlef Abstract ] not ({({morgquio® b Title/Abstract]) or 1,985
(morquio® type bl Titlef Abstract]) or (morquio® disease type b] Title/
Abstract]) or imorquio* disease b Title/ Abstract]) or (morquio®
syndrome type b[Titlef Abstract]) or (morquio® syndrome b[Title/
Abstract])) not ((morquio a] Title/Abstract]) or (morquio® type
a[Title! Abstract]) or (morguio* disease type a[Title/Abstract]) or
(morquio® disease a[ Title/ Abstract]) or (morquio* syndrome type
a[Title/ Abstract]) or {morguio* syndrome a[ Title/ Abstract]))) OR
mucopolysaccharidosis iv[MeSH Terms]) AND (Japanese]Language]
OR English[Language]))




#] AND ((enzyme replacement therapy) OR (elosulfase alfa or

= elosulfase) OR (vimizim) OR ( elosulfase alfa)) 2
#3 #] AND ((6MWT) OR (3MSCT) OR (Joint mobility)) 258
- #] AND ((Lung function) OR (Pulmonary function) OR (respiratory 175
function) OR (sleep apnea))
5 #] AND ((Quadriparesis) OR (Paraparesis) OR (Paraplegia) OR »
(Sphincter dysfunction))
#6 #1 AND Cardiac function 111
#T #1 AND ((Growth) OR (short stature)) 337
#E #] AND Visual acuity 55
#0 #] AND anditory 60
#10 #1 AND ((Cognitive function) OR (Neurologic symptoms)) H3
#11 #] AND ((acute infusion reaction) OR (hypersensitivity)) 132
#12 #3 OR #4 OR #5 OR #6 OR #7 OR #8 OR £0 OR 10 OR #11) 76
A -y |- -
#13 EITEROUES L R 14
#14 G2 Tl S M 10
#15 H - MEEROWEL L e 7
#16 LAREE - FEEOHME S L (IR f
#17 SEOHTFOEEL L 185 9
#18 HAhoMEs L 18Fs 2
#10 il g 3 WIS = 3
#20 AR OEE S L 2EEH 3
#21 £ 5 8 12




ZEHCQ2 SR LKR—b - XERFRR

[SR LiR—F]

ACQ IZxTHT UV M ax—#E _HEMRT 7R ary he— i@l BBEsH Y, FLak—h
TOF =70 T INAERRBREAE DO MENS Wb ->7-. 2060101 EOBEMNIEITL BOHLTH-o7-. =~
02T 7 —ET 7 72.0mglkg OEHEESIZEYADL (MPS-HAQ) D & H MR 0% & DU
M ZBDOTD, Fx DA T ADFEEZSETET, TET U ATFTOE R Lz, Am %I
T HHREIT -T2,

Hendriksz HIZ —EER 7 7R 2> o —LEIN R (n=176) TiX, 24l 5%, ADL %
&te, 6MWT, 3MSCT, MVV, HEZ ZAa7 LDEA RAAL L TiHtiL, 2.0 mglkg OmEEZE5(Z X
DT T7ERELRTHEREEZRD TND, ADL ~OEEZIFITRENhod

Hughes 512 X 251 FHRAERO A — 70 T ~NSERRER O Y 7T TlE, 18 kbl LOEE 255
(2, 120 WOFEGHMICK T 2 EEOEOZE 2 EREZ VTRl L, BRI TOZE(L L DLk
BAToTo. IRIERE3T 41X, BA 777, L EE, BERE) W TR UGEB T o 7o olxt
L, BRERECTIE, BT 577 - #LEEITE(, BEGEIFREYEL TV

Hendriksz 51X FHRRBRSNHE 2176 4 CTD120 HAOEGWIRICK I 2 AE/ROEOEb %, AR
JEEREQA A IR E LTHT L7-. REFEORAL T/ T, BEREITL H1%, 2 £% L blckE L.
NHELEEOWFTEN 2, RABREM ML TN D.

Hendriksz 512 X 2811 AR SHN FIRBROA— 7 0 T ~UVIE R RBRIC SIS L7220 41
BT 55 FLL EORMEEGOLM L GRNEICE T 2T Tk, BEMZEEZHWZAIEOEIZET 55
il N T, flxDIELSENKREL, —EOFERPITRD b7z,

Yasuda 5%, 7% — b Z AW HERIZE TOADL FHl 21T - 72, SsiiashEs 4, B
FeREI3 44 (1 LA E) |, RiIRHE4S 24 0182 44 (HIAEAL63 44, WRIERILT 4) L E145 4 TH
lin e~ v F ST BB SRR 21T > 7o, BERMARFIERETIE, 10 5k E TR & R DADL
EMERF L7, ZORIKT Lz, E7oRIBREEE R L, FHTEE OB &7z,



[WaEfigsR] (2019 429 H £ To 2 IL4)

MNo.

#1

L E S

((mucopolysaccharidos ® iv[ Title/Abstract]) OR
(mucopolysaccharidos* iva] Titlef Abstract]y OR
(mucopolysaccharidos* 4[Title/Abstract]y OR
(mucopolysaccharidos® 4a[Title/Abstract]y OR mps type iv]Title/
Abstract] OR mps type iva[ Title/ Abstract] OR mps iv[Title/Abstract]
OR mps iva[ TitlefAbstract] OR mpsiv] Title/Abstract] OR
mipsiva[ Title/ Abstract] OR mps type 4] Title/ Abstract] OR mps type
4a[Titlef Abstract] OR mps 4[Title/Abstract] OR mps 4a[Title/
Absiract] OR mps4[Title/ Abstract] OR mpsda[Title/ Absiract] OR
(morquio®*| Title/ Abstract] not {{{morguio® b Title/Abstract]) or
(morquio® type bl Titlef Abstract]y or (morquio® disease type b TitleS
Abstract]) or imorquio® disease b[Titlef Abstract]) or { morquio®
syndrome type b[Title/ Abstract]) or {morquio® syndrome b[Title!
Abstract])) not ((morgquio a] Title/ Abstract]) or {morguio® type
a[Title/ Abstract]) or {morquio® disease type a[Title/Abstract]) or
(morquio* disease af Title/ Abstract]) or (morguio® syndrome type
a[Title/ Abstract]) or {morquio* syndrome a] Title/ Abstract]y)) OR
mucopolysaccharidosis iv[MeSH Terms[) AND (Japanese[Language]
OR Englizh[Languagea]))

L Ea

1.985

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

432

#3

#1 AND ({Mortality) OR (Quality of life) OR (self-care) OR (Patient-
reported outcomesy OR (endurance) OR (pain) (OR (education) OR
(occupation))

202

A —

g
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#EHCQ3, 4 SR LKR—b - XEHBRKRRK

[SR LiR—F]

ARCQ IZOWTHIME 7 v X M TWAHEIFR L, JEFEENFLTHo7. 20 BILL EOSE
BiENE, BRERFELED TS MOLTH o1, SEHEFHIC L 2 FIRRE DN E 2 EHRR T 5 i
L Ae o T2 By, WRNCHRIEIR DR H o T BED 5 5, iithiceks® Lo S HlEsdl s hi-.

Montafio 5 @ HAREFRA CTIL, 326 3Gl /e o72. 50 % DMl S hONE T 2885k L TRV,
FMEZTIZAD D H51L% NHEMEFIMTZ TSN Tz, 70 M AT 25T R -o 7.

Dede 5%, SHHEREET 232177220 44024 ~ 192 HH OBIZHAM OMATHRE R 2 M L. SfRRREE
X722 o7z, IR HATTE RV LR BT RAIORETH > 7. 6 AIEMiBh7 L Calsmr
REZMERF L, 13 AIXFE CTIIMBRFEETH 528, SMHRHITHB AN LE CTh o 72, IFRITREEDL
A EBRE, IFRICHTRE NI GE Lo, MRER IR L LTS b e o 7.

Yasuda D%, 77— k& FAWTREBAIZE COADL iEfi 21T 72, 82 4 (FEAEAI63 4, HER
17 £4) ©95H, 75 A LNOFNEZITTEBY, ¥EEBRFHEFIREZZIT T\ . ADL & OB
WZOWTIEFE L STV,

Lin HIXBEETO24 40 ARELZHE Lic, FIROBEICOWTIERERHD b D00, 2hRICET
HE KT o Tz,

Broomfield & 1318 M OSEMEFMT ORI THRICOWTHE LTW5D. 82 41126 4 NSHHEFHT 4%
TV, 6L k. IRATLL 44 KRR 5 O LR bl (GERERS 4) . INRIETTS A
OBEWMICB T, MRTICHRIER D 20357214 41, W BIEIRELA A SNz, —
07, WRTNCHRREIRA N - 7210 44 D 5 B2 AITENEICEAL, 5 23R IciR4 I8 b, 2 &4l3deE
(1 £FZOBIZE) , 1 AIFZE L. BRICHIER H->TH, 50% LLEIZMRI TR
RO o T2,

[ZEkEFR] (2019 4F 9 H F TO R T INE)
No. e e

((mucopolysaccharidos* iv]| Title/Abstract]) OR
(mucopolysaccharidos® iva] Title/ Abstract]) OR
(mucopolysaccharidos® 4] Titles Abstract]y OR
(mucopolysaccharidos* 4a[Title/ Abstract]) OR mps type iv[Titla/
Abstract] OR mps type iva[ Title/ Abstract] OR mps iv[ Title/ Abstract]
#1 OR mps iva[ Titled Abstract] OR mpsiv[Title/Abstract] OR 1.985
mpsival Title/Abstract] OR mps type 4[Title/Abstract] OR mps type
4a[Titled Abstract] OFR mps 4] Title/Abstract] OR mps 4a[ Title/
Abstract] OF mps4[Title/ Abstract] OR mps4a[Title/ Abstract] OR
(morquio®[ Title/Abstract] not (({morguic® b] Titled Abstract]) or
(morquio® type b Titlef Abstract]) or (morguic® disease type b Title/




Abstract]) or (morgquio® disease b[Titled Abstract]) or (morquio®
syndrome type b Title/Abstract]) or (morguic® syndrome b[Title/
Abstract])) not ({morquio a] Title/Abstract]) or (morguio*® type
a[Titles Abstract]y or (morquio® disease type a[Title/Abstract]) or
(morquio® disease af Title/ Abstract]y or (morquio® syndrome type
a[Titles Abstract]y or {(morquio® syndrome a[ Title/ Abstract]))) OR
mucopolysaccharidosis iv[MeSH Terms]) AND (Japanese] Language]
OR English[Language]i)

#1 AND ((orthopedic sureery) OR (spinal cord compression ) OR
(spinal surgery » OR { Cervical decompressions) OR
(laminoplasties)

183

#3

#1 AND ((Lung function) OR (Pulmonary function) OR (respiratory
function) OR (6MWT) OR (3MSCT) OR (Growth) OR (short
staturey OR (Meurologic symptoms) OR (Quadriparesis) OR
(Paraparesisy OR (Paraplegia) OR (Sphincter dysfunction))

Ly

A ) o

8

CQ3 BB a9 58 (R iR W) (2 i ol o
HEi?

#1

LB

{{mucopolysaccharidos* iv[ TitlefAbstract]) OR
(mucopolysaccharidos® iva| Title/Abstract]) OR
{mucopolysaccharidos* 4[Title/ Abstract]) OR
(mucopolysaccharidos* 4a[Title/ Abstract]) O mps type iv[Title/
Abstract] OR mps type iva[Title/ Abstract] OR mps iv[Title/Abstract]
OR mps iva| Titles Abstract] OR mpsiv] Title/Abstract] OR
mpsiva[ Titles Abstract] OR mps type 4] Title/ Abstract] OR mps type
Aa|Title/ Abstract] OR mps 4[Title/Abstract] OF mps da[Title/
Abstract] OR mps4[Title/ Abstract] OR mps4a[ Title/ Abstract] OR
{morgquio®| Titled Abstract] not (({morguio® b[Title/Abstract]) or
(morquio® type b Titlef Abstract]) or (morguio® disease type b TitleS
Abstract]) or (morguio® disease b[Titled Abstract]) or {morguio®
syndrome type b Title/Abstract]) or (morgquio® syndrome b[Title/
Abstract])) not {{morguio a] Title/Abstract]) or (morguic® type
a[Title/ Abstract]) or (morquio® disease type a[Title/Abstract]) or
(morquio® disease a] Title/ Abstract]y or (morquio® syndrome type
a[Title! Abstract]y or (morquio® syndrome a] Title/ Abstract]))) OR
mucopolyzaccharidosis iv[MeSH Terms]) AND (Japanese] Language]
OR English[Language]))

B s

1985

#1 AND ({orthopedic surgery) OR ({spinal cord compression } OR
(spinal surgery b OR { Cervical decompressions) OR
(laminoplasties))

183

£3

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

02
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ARCQ IZOWTHIME 7 v X M TWAHEIFR L, JEFEENFLTHo7. 20 BILL EOSE
BRREHE, BREREL GO T3 MOBLTH o7z, otz B 7R8I 30 S T2 7S,
BATRE I OWFEO AHEME IV RIB S LTV D, 72 L, FEZRX IS L TUIREEO K & WFF 2
BUZRD AR H Y, T OEENELS 225 LTI Rbh D it b H 5. EmTRICET
HEEIL 2o T

Montafio 5 O HAREEFHIA TIX, 326 AR E 72572, 50 % HMAHDOAEFHi 2R L TRV,
DD H26% 2 FREOFHNZ L0 sz T T,

Dhawale 5%, 23 & OH%FHEMICIZIBNT, FRFWMOIARE L I AREORIBZ i L7z, BEIC
OWTIHE, JEMAREL2 £ (24 1) TIXKRERE RN - BT OWThORESLX HBAET 2 5mH
WAL LIzolzxt L, S AREL9 4 (38 1) ThlrWwinbdE Lzt LT,

Cooper 51, 23 4 (46 ) (ZHifT L7-guided growth (2L Y, 6MWT DOAH1THHREA69.5 m th L
ez lZWELTND.

[XEfERER] (2019 £ 9 H F To LRt 1)
No. W B

({mucopolysaccharidos® iv[Titlef Abstract]) OR
(mucopolysaccharidos® iva| Titlef Abstract]) OR
(mucopolysacchanidos* 4] Title/ Abstract]) OR
(mucopolysaccharidos* da[Title/ Abstract]) OR. mps type iv]Titla/
Abstract] OR mps type iva[Title/Abstract] OR mps iv[Title/ 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] Titlef Abstract] OR mps 4a[ Titlef
Abstract] OR mps4|Title/ Abstract] OR mps4a[ Title/ Abstract] OR

#1 (morquio®| Titles Abstract] not (({morquio® b Titled Abstract]) or 1,985
(morquio® type bl Titlef Abstract]) or {morguio® disease type b Titla/
Abstract]) or (morquio® disease b Title/ Abstract]) or {morgquio®
syndrome type b] Title/Abstract]) or {morgquio® syndrome b Title/
Abstract]}) not ((morgquio a[ Titlef Abstract]) or (morguio® type
a[Titles Abstract]) or (morquio® disease type a[Title/Abstract]) or
(morquio® disease a] Title/Abstract]) or (morquio® syndrome type

a[ Titles Abstract]) or (morguio® syndrome a[ Title/ Abstract]))) OR
mucopolysaccharidosis iv[MeSH Terms]) AND (Japanese[Language]
OF. English[ Language] )}

#2 #] AND ((orthopedic surgery) OR (zenu valgum) OF (knock-knees)) BE

#1 AND ((Lung function) OR (Pulmonary function) OR (respiratory
" function) OR (6MWT) OR (3MSCT) OR (Growth) OR (short 807
stature) OR (Neurolozic symptoms) OR {Quadriparesis) OR

(Paraparesis) OR (Paraplegia) OR (Joint mobility))
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((mucopolysaccharidos® iv[Titlef Abstract]) OR
(mucopolysaccharidos* iva] TitlefAbstract]y OR
(mucopoelysaccharidos® 4] Titles Abstract]y OR
(mucopolysaccharidos® da[Title/ Abstract]y OR mps type iv][Title/
Abstract] OR 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[Title/ Abstract] OR mps 4] Title/Abstract] OR mps 4a[ Title/
Abstract] OR mps4[Title/ Abstract] OR mpsda[Title/Abstract] OR

#1 (morguio*[ Title/ Abstract] not {{{morguio® b Title/Abstract]) or 1,085
(morquio® type b Title/Abstract]) or (morgquio® disease tvpe b Title/
Abstract]) or (morquio® disease b[Titles Abstract]) or { morguio®
syndrome type b[ Title/ Abstract]) or (morguio® syndrome b[ Title/
Abstract])) not ((morquio a] Titlef Abstract]) of (morguic® type
a[Titles Abstract]) or {(morquio* disease type a[Title/Abstract]) or
(morquio®* disease a] Title/ Abstract]y or (morquio® syndrome type
a[Title/ Abstract]) or {morquio* syndrome a[ Title/Abstract]y)) OR
mucopolysaccharidosis iv[MeSH Terms]) AND (Japanese[Language]

OR English[Language]))

#2 #1 AND ({orthopedic surgeryy OR (genu valgum) OR (knock-Enees)) BR
#1 AND ({Mortality) OR (Quality of life) OR {salf-care) OR (Patient-

#3 reported outcomes) OF (endurance) OF (pain) (OR (education) OR 292
(occupation))
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EHCQ7, 8 SR LKR— b - X#kEFRR

[SR LKR—F]
FHANCOWTOEOEV#E TR, ARATHD. EFREHHIE, IEROEFED ATREMEARR &
no.

Montafio © 7326 4 % x4 & L= ARERAETIE, Rk - 77 /4 RO Z RIICATS 2 & Lip
WARRE DU FHBE 23R 7.

Lin 53, RIEICHIT 524 £ORGHEIMITT, 25% MNHEBHRKRT = —7 DA, 17% 277
J A REIRRINT, 13% ASRBEBIBRIT, 13% 23 LRl 2= 1l L @& LT .

[Ziti@sRt] (2019 4 9 H F T k& IUE)
No. o 5 o EdLS

({mucopolysaccharidos® iv[ Titlef Abstract]) OR
(mucopolysaccharidos® iva[ Title/Abstract]) OR
(mucopolysaccharidos® 4] Titles Abstract]) OR
(mucopolysaccharidos* 4a] Title/ Abstract]y OR mps type iv[ Titla/
Abstract] OR. mps type iva[ Title/Abstract] OR mps iv[Title/ Abstract]
OR mps iva| Title/ Abstract] OF. mpsiv| Title/Abstract] OR

mpsiva] Title/Abstract] OR mps type 4] Title/Abstract] OR mps type
4a[Title/ Abstract] OR mps 4] Title/ Abstract] OR mps 4a[ Title/
Abstract] OR mps4[Titles Abstract] OR mps4a[ Title/ Abstract] OR

#1 (morguio*| Title/ Abstract] not (({morguio® b Titled Abstract]) or 1,085
(morquio® type b Title/Abstract]) or {morquic® disease tvpe b Titla/
Abstract]) or (morquio® disease b Title/ Abstract]) or {morquio®
syndrome type b Titlef Abstract]) or (morgquio® syndrome b Title/
Abstract])y not ((morgquio a Title/Abstract]) or (morquio® type
a[Titles Abstract]) or (morquio* disease type a|Title/Abstract]) or
(morquio®* disease a Title/Abstract]) or (morquio® syndrome type
a[Titles Abstract]) or imorquio® syndrome a[ Title/ Abstract]))) OR
mucopolysaccharidosis iv[MeSH Terms]) AND (Japanese[Language]
OR English[Language]))

#1 AND (itonsillectomy) OR {adenoidectomy )y OR. (Ear-nose-throat
surgery ) OR (ENT surgery))

#] AND ((Cardiac function) OR {(Lung function) OR (Pulmonary
# function) OR (respiratory function) OR (eMWT) OR (3MSCT) OR 376
(Cognitive function) OR {Neurologic symptoms) OR (sleep apnea))
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MNo.

#1

L E 5

({mucopolysaccharidos* iv] Title/Abstract]) OR
(mucopolysaccharidos® iva[ Titlef Abstract]) OR
(mucopolysaccharidos* 4] Title/ Abstract]y OR
(mucopolysaccharidos* 4a[ Title/ Abstract]y OF. mps type iv[ Titles
Abstract] OR mps type iva[ Title/Abstract] OR mps iv[Title/ Abstract]
OF mps iva[Title/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 4a TitleS
Abstract] OR mps4[Title/ Abstract] OR mps4a[ Title/Abstract] OR
(monquio®[ Title Abstract] not (({morquic® bl Titlef Abstract]) or
(morquio® type bl Titled Abstract]) or (morgquio® disease type b[Titla/
Abstract]y or (morquio® disease b[ Titles Abstract]) or {morquio®
syndrome type b] Titlef Abstract]) or (morguio® syndrome b[ Titla/
Abstract])) not ({morquio a[Title/Abstract]) or {(morguio® type
a[Titles Abstract]) or (morquio® disease type a[Title/Abstract]) or
(morquio® disease a] Title/Abstract]y or (morquio® syndrome type
a[ Titles Abstract]) or (morquio® syndrome a[ Title/ Abstract]))) OR
mucopolysaccharidosis iv[MeSH Terms]) AND (Japanese[Language]
OR English[Language])}

L Ea

1.985

#] AND ((tonsillectomy ) OR (adenoidectomy ) OR (Ear-nose-throat
surgery ) OR (ENT surgery))

£3

#1 AND ((Mortality) OR (Quality of life) OR (self-care) OR (Patient-
reported outcomes ) OR (endurance) OR (pain) (OR (edocation) OR
{pccupation) )

202
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