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HFEDERE

RIAETPHAL[—RB : ZNIWITIWIVT—E PILT7 (BILFERZ)]F. KRR (FERRIE)
BEEQ7IVIIWVIVS - PILIT7ZBZUBERANORVAGZEH. BHta-7ILIVT—¥
(GAA) DELCFHIRAREITH .

RYRGKF SAVY—LPOTYI—-FVNRERTHDGAADTRNFELFERICLDIRIEXISE
BREMEDETICKY., SAVY—-LAICTUI-FUHRRICERTHER . FICHEBOBENSIE
RISNZEREASEELEAORBMHKRERTHD. REFHN S, ARBEEFRR (NRRKLD
BMAR) [CHEIND, ARBEERBHALURICHKEL. EEDQDHERUERFIEZZ2UVEGED
BEFERTFURICTEICED . RYNREBEEDAKSHIIIARAZBE CRIET ERITH D, EFE
(&, REFRNABLIRBICHENTEZRRRBZLES,

1960 F R KR NIKICH T DERMREEDIAEITHON., E—ERRNAICE S DIEG FHERZ
ERGAADZILTIVIVT—E FILT7THY, 2006 FICERMNRUKE, 2007 FICKF (RER A4
YA L) ICBWTESE SN, ZILT IV T—€ PILT7HEZUIET, ARBRYRREENETR
OJgEER  ERENYRRERE CREFEDE (QOL) A LT3R E . R RROERRZENZRICEL
UTco ZD— TRV RIFEEICHT BE T DEMERER UTFREREE T & 7LD LIV —€ PILT7
[CKRBERMFAEE CIITRIHF TERVTENRETH I, TNE. ZILTIILAVST—E PILT7D
HRANDERAHFHR+HTHBIEICKERTBZEEZI SN, TIT. GAADHIREANDEAH 7Z
= RYNREEICN T IR EDERMZORGRVIEXS B 21ch . RIZAET YA LH R
SNz RIREFPHA L. ZIVTIVIVST—€ 7ILT7 LOEBOBELS 7 IVERFLEIC, HFZR~D
B IARHCIHERNY Y /) —RX-6-UVEE (M6P) BZ 2ZSOANFYIYY /—ABENHN 7 BRERBE LI
BHBDTHD, ZIWIIWIVT—E ZILIT7ICHULTI RFHIEUDOMPESEEZBINSE 2T EICKY,
AN DEAG B A EUTE Y,

BT, 2013FKVKREBENEE7IVIINIVT—E FILIT7ELEEDEBRBN Y NREEZERRELL
RIAET7 YA LDOE/IHHER (NEO1/TDR 1285758 ) W B S Nic. D 2016 FEKIKEED
BFEIN Y RNFEEEWNRICRIAET YA LOBNUERTREMZ7IVIILIVT—E FILT7EHE
I 3EBFEHESEIHEE (COMET/EFC1402858R). 201 7EKXV7 LTIV T —E FILT7ICELD
BECIRANBEX EATDRERR G ZRUCARRRN Y RREREZWNREUCERE RS IEEER
(Mini-COMET/ACT 141325 8R) WERES NIz, INSOHRICBVT RIZREF YA LOBWERD
REMOIREISN. 2021 F8RBICKETHEERZEISUic. AFTIE. 2020511 BICHEAMRRAEZRERIC
EBESN. 2021F9RBICIRY YR | ZHBENIFHIREL TEBZERUF LT,

E—— G Neiazyme

Yy (algucoscese afe)




e (451%)

RIAETZHA LI .[BE. 7NV —E PILI77(BoFHERZ)ELT,
EBREOSBE(CIE 1 EFE1kgH =Y 20mgE ., AIREOBECIE 1 EFE1 kg
St 40mg ERESERIRNIEST 3. | EHERVARE T 3BRRTES
BETY . (5_—IBR)

RIAETPHALLIZ. ¥V /—R-6-UVEE (M6P) ZB#%ZTUTHIEEAICERYAFE
N3FEFITHY . 13 FHD15FROMPEBHESELIZIFBE T2,
(40R—I'BHR)

RIAETZ YA LDFESICEKY. i0E . BIREENUBBHEANDIUI—-5 Y DER
Wi BERNHFSNE L, (¥DR) (43~45R—IBH)

BRERNIRREEEWNREL-COMETHE (BFHRSMEMREERER) [CH W
T 15498 D%FVC* DE(LE(F . RIAET Y1 L8#2.89%. VA T 51 L\t
0.46%T&HY . A A YA LICHT BIELHEFREESNF LI BEEFIREIEN
FEBATULIE?, (13R—=ISHR)

HFANEICH T B REB TRUILENEE

FIAE7 YA LB ERA100MmgDBEF. INI7ILH)100mgTHY
YAFAYA LREEHEAS0MgD 2{8TI (AR—I'BH)

«EXIBEIERAEUT. infusion reaction (BE. 58&. Bl Z5%FE. 2.
SEWEE). 7F745FV—DPRESINTVET . (FRET0F)

- FIGEWERELT, BEE. FEMHFV. XK. FIREE . Bily. TH. Z5FE.
RE . SEMEZ . (1K, BHERHE . BIESE . 1R . BE . M RE. &=iE. IR . [F0}
B8, OEER. SER. Elt. REZE. fIMERE .. FEAM. ZTE. [
B AVIWVIVYREES. @, MELR . EEREAFEET. (FELE. DEH
1&00. ERFEO . SEERDFRESNTVET . (FREREF) (7R—I'BH)

EFRNDEEFRAMNURFRBREDREHDBRZISRLIET L,




2eon|5%R (Drug Information)

2021411 BidET (5520R) DEFAXICE DEER

BRESUHERALOZEE ]| DWUETICTHH TBELLRETV

M
Elli

1 KEIDE‘SICKYinfusion reaction, 7745 F Y —HHS5SHON3OEEMEN $H D . BREFICTHBEIIHD
TE2%4HZEUC LTRSS ZRIBL. BSE TER O TABREZ{TOI L, EERRinfusion reaction. 7745+
V—HRIFUEBSICE . RPHCEEI DS ZRIEL . BYGLEZTIIE, [2..8.1.8.2.9.1.1. 11.1.1 8]
1.2 DIBERZHFET IR/ RNREZB LA ZIRS T 2EE 2 DHALZERET DERENH D6, BED
REZTDICERRL. EENROSNIEBSICIERPHICAFI DRSS ZRIEL. BYIRLEZITSI &, BRIIRE
MEIZENSDEICEIEZN T, EERNELT2BZNNHB D,

2. 7=

2. B2 (ROEBBICIFEBSLEBWVNTE)
AEOEDICRUT F IT4SFV—YavIDBERDHZEE[1.1. 8.1, 11.1.1 B8]

3. HERE - 11X
3.1 #88%
14 ) 11NA7)bgpED

| 3 B 72 PNILTIWAVT—€ PILT7 GECFHEBRA) = 103mg
L-eEXFIY 11.021mg
L-ERF I UIGEIRKFY) 6.695mg

w o Al JUvYy 206mg
D-¥>Zbh=Jb 206mg
RUYVILR—K80 1.03mg

A1) ARFOBREZEL. ANATZIVHST NIV ILAVT—E PILT7 CECFHEIRZ) 100mgh'iE5TE3 L5, BEREINTLS,
E2) ARISEEFRBERRMICE) F v Z—ANLRY —INEMIRZAVTEESND , FFFRIETETYYVMERC T IRRHERN T U2 ERULT

Wa,
3.2 HEIDMIA
4 E7N HEe~R&EBOER
pH 5.8-6.5%%
23 E H 19175 (EBEEKICHT BH)

E3) 1N\A7 IV ZBREFAK10.0mLTERUIE

Y Nexviazyme:

e [ (algucoscese afe)



B IEER (Drug Information)

6. BiERUHE
B PALIILIAVT— PILTr GEGTFERR)ELT. BREDSEC 1 BRE1kgscy) 20mgZ . FLIRE
DEEICI 1 BFE 1 kgd ey 40mg ZmBrEsIRAE 5 3.

7. BERURAZEICEET SR
BHEF5RAKTBH®HL. BE T ROEEFHRS%ZHAVWTHRULZRICKRS5TETE, YEREREF1mg/kg/BFT
BEEEL . infusion reactionDFEIFHAZUVESIFR1ICHEV., 300 TEICEBEREE LIFBRTE, . ARBDEE

(FREICINU TS RERSETHILEDTURETH D BREZ EIFBRIICIE. ENA I YA VEZHERI DL,
BEDOHREICEIKHEREEIRIR2ZSRIBZ L,

=1 SERERO S EE
MUEERE (mg/kg/BF) 48 T B
s | momm | m3@me | mamm | msmp | (B

BREOBE 1 3 520 7% 4~5
qpm | ABMEES 1 3 5 7 7
RS | smmms | 1 3 6 8 10%2 5

1) (FEEIE 1.25-5kg DBREDEECH\ TRITEREF 4.8mg/kg/BEBI BV E.
3E2) hEEE 1.25-5kg DILRRIDBECH L TRIRSEREF9.6mg/kg/ BEBI RV E.

R2 ®/5220mg/kghU40mg/kgICx g MBS

rE5EH (kg) IR5820mg/kgICR T 2HEEE (ML) | IR5840mg/kg(cx s 2iEmUREE (mL)
1.25—5 50 50
5.1—10 50 100
10.1—20 100 200
20.1—30 150 300
30.1—35 200 400
35.1—=50 250 500
50.1—60 300 600
60.1—100 500 1000
100.1—120 600 1200




8. EEREARNIR

8.1 KEFIVINTBHEITHY . EEDBRIENE 7 F T45F I —H DO EEMHN B E TRV, BRE+9
([Z1TV) BEENROOSNIEBSICIEHR PR S ZHIEL. BYIBLEBZETITE Fe. CORSIMEIRDFEIRIC
A . BRUBZENSEFZLTHLIE EEDBBENIE 7 F T4 5F Y —HDERULEERDEAFIDBEIRSIC
DUVTR. BRMEBREZZERBUTCRET DL, BRSIMUNERIBESICE . BAETRSREZ RS LT,
PN ZEEBURHSIRE5TDE, [1.1.2..9.1.1, 11.1.1 8]

8.2 AFIR SN (3R SEEEFRLIAICInfusion reaction " FEIRIT D ENHRD T, AEIRSD R ORSKRTHD
BEDIREBZEHRT DT &, infusion reaction M EIBLIEBS(F . SREDRRX (FIRSD—FPIE. @)
REREE (MERAI=Z VA, BEERR . BIBRERIVEVEIE) . BULKERBRENBZITITE, Fio. KEIR
5(Z&kBinfusion reactionZFEAX GBI BB eHIC, ARIRSHIICIMERAIZ VA, REERA . BIBRE
MIVEVREIDRSZEZEETSHIE, [1.1.9.1.3.11.1.180]

0. HENHRZEISEBEICEHTIER

9.1 GIHE - BIFEEDHZEE
9.1.1 FEIDRES 1T T ZBHEDEIFEDH D EE
[1.1.8.1.11.1.1&28,]
9.1.2 7NNV S—E 777 GEGFHEIRR) HEIDRKSICHT S BEIEDEFEDGHZEE
BEEORIRSGEEITDTE, [15.1.188]
9.1.3 Infusion reaction DEHED H B EHE
[8.2. 11.1.1&28,]
9.1.4 IDVEEER IS TIREEEDIE F U B E
EEOinfusion reactionZ3|EEC I OIgEEN B D,
Fle. KO HIBRDEREBDEBEE T ARSI, BUREZNLEEEZIVUVITFENENDLSITE H
LTHLTE, MERSDITKBEREICK)IDREEX (FFIRREEDEEINERZI I I OREN H D,
9.1.5 IHVEMITL2EENERMEE (RERLE . HMERE. B IREXREE) 2558
REIZSEF(Cinfusion reaction W EIZT 2N S <R DTEEMN BB

9.5 iT4®
EENIFITIRL TV ST REM D H DL EICE . BR EOBRMN BRI Z LTS EHIRITNDIBEICDHHRETD
&,

9.6 IR
BREEOARMRUBAREOERMZEREL. RADBREXEPIEZRETT DL ENTHAPDRICHITD
HEIFTHATH S,

9.7 INR&E
6 nAXRBDBREERNREUCERRAERIEEREL TULIEL,

9.8 St

BEDREBZHREULGHSIBEICIRSIT DT, —MRICERBKENMETLTLBRIEN S,

Y Nexviazyme:

e [ (algucoscese afe)




B IEER (Drug Information)

11. BEA
ROBUERNHSDNBTENBZDT, BRETHITL. BENBHSNISSCEREEDILTSEEBIE
WEE(TSTE,

11.1 EXZEIER

11.1.1 Infusion reaction (30.4%). 7+ 745+ —(1.4%)
AEIRSDR IR SR TEREEEMAIC, BE. 8E. Bil. Z5FEE. BZ. EMEEDIinfusion reaction
PHS5ONBDIEN B D, CNSDERDFERULUCES  BRSREDFRN(FRSDO—FPIE . @Y REEEE
(BIBRERILEVE IERIZVE . BEAEREINEMKRERE) . BULKREERLEZITOITE, [1.1. 2.
8.1.8.2.9.1.1.9.1.380]

11.2 ZDthDEIER

BIERDER 2%t 2%t
iR 557 . FEEHFL R
B E EA IR RIESE 3 BRI ESE
Hitds B, T OEER. SFER. Bt
R ZOFEIE. BE . SR . i1 REZE . fIWERZ . FEAH. ZTE
BIEHR BhfEiE . BhNTR el
EBNUBRRE | B . BR. WERREK. K& AVITIVIVYRRIRR . 2
R Qgﬂtnﬁ\@?ﬁﬂ%ﬂfi‘ﬁ?ﬂ‘iﬁiﬁdt\?ﬁ
iR ERFEm
B4 SR
14. BRALDFR

14.1 BRIANBEOEE

14.1.1 BEOGERVBRSE (BREDEECIHAE 1 kgd e 20mg . ILREIDSBE(CI3AE 1kgds=t) 40mg)
[CESVTARIDRSEEEHU., BECHRBRNAFIVBERET BT,

14.1.2 ABEKLVESICBRER/NA 7 IVEEBRULEL,. BRCBIETRETBTL.

14.1.3 FREICERICT/\A 7L ERRL. ZEXERYNRHSNBEARERALENIE.

14.1.4 1\A4 7 IVICBE:E54AK10.0mL%Z /N4 7 ILDOREE A>T KWEA L. BENNTBEET S (7Z/NLF' 1LYy
St FILT7 GECFERZ) EBE10mg/mL) . N1 7 ILOIRESEERITZTE,

14.1.5 BRGICEBRICTNA P ILNEERL, BYPEENIROSNBEARERLRNIE, BRE . B5ICER
TEBVESE. 2~8CTRE24BERETES,

14.1.6 BISEEN0.5mg/mL~4mg/mLICE5 &S, BR 7 ROMEISRS % DBEERET 5L . FHEBTRILE
STETRS % EE Ny T DS SEAT HBIERSD DT RS ISREREMoTHLTE  BRUICNA TILDSUE
E0BH (10mg/mL) Rl . BR T RO 5% Sl Ny IRICBNTEA T BT &, £l Ny wih
CEESE. SANTERVES., Bo< SR, RESLRLTE,

14.1.7 FRGSEONCERTITE . B, HRE ., BECEATERVEAR, 2~8CTRE24BHRETS
0. Z0%25CU T TIORMUAICERT 3 &,

14.1.8 HEIEDREETOBUVTE

14.1.9 BNA 7 ILE—ERYDERETBTE.




14.2 FHIRSEHOER
14.2.1 IVNTBEZREBELICKWV0.2UMDA Y SA VT4 II—ZBVTIRS T DT L,
14.2.2 R EDEFZTHIEVNT &,

15. ZOftDFEE

15.1 BRIRERICE D<1ER

15.1.1 FEFIVINTEREITHY . FHITHT BIgGHIAN EESNZTREEN HD . RiEUERRHRICENT,
ZILFWIVT—E FILT7 (ALGLU) DBEEDBZVEE TE95.1% (58/616) [CH7Z/NILTILIVT—€
ZILVITPRAEDEENRH SN, ZDS5 4P| TER G ZEE T 2HHTEDHH . 1165 THIRREUAH Z[EE
I 3PMFUEDH D, 13BITZDEANERHSNc. ALGLUDBEREDHDEETIF43.8% (32/7361) ICH
PNWIWAVT—E FILIT7REDEENRBHSN. ZDS5 8FITERE U ZEET 2 HADHH, 841
THIFBUAH ZPEE T BHFFEDH D, 28I TZDmEAHEERDS N, [9.1.285]

15.1.2 DIERZHFE T DARENRN Y NRBEICS VT, POFERAT —TIVEEPZDHEOABNLEDIRICES
ME7ZERIET DIHE(C, DMEIERFFETICEN B OEME) . DEMEEIR. RIREOFBIRNFEIRT 5L D|REH
Hdo

Y Nexviazyme:

e [ (algucoscese afe)



[BE& - ZRESOFEALDOIE]ZFP.4~8ETBRIIEEL,

B KRR

RIECIF—HARN DO EZSCHRABREZELHELCVE T, RIAET7Y A LOFRREBIETIE. AEIMEHBRELT
SES NIcERABSEIERER (Mini-COMETEHER) . /B5 1/ I185HER (NEO15H8R) R UBS kg 5aiBR (NEO-
EXTEER) [CHBWNT. ARINIAERURABEERDIRTEN—BAVSNE Ulco RTIAET YA LDEFBIC(E.
INSDHERZ SCERARREN THER T SE(CEINR U,

BRPREAER DB

RIAET7 YA LDBKRBETOT S LK NERUBADRYRFEEZRREL . BREFRBEEDRELFEETHD
PIWTIWAVT—E FPILIT7EHRUT, RIRET YA LAICKBDEREDEIBEFZER I cHICEHES Nic. RYNRES
EHORG—HICEDE T BLVWEEZRRICRIAET A LZFH T Ulc, BRT—5 /Nwi — (&, AT ER
THZEMECOMETHER (BAZSCERHRER) . FIEMIni-COMETHER (BAZSCEREREER) . RUER
RESZERTHHE]/IENEO 1 HER CBAEER) | i SaBRNEO-EXT AR (CBNGER) DA4FEBRTEHI NS,

Galil=Es
FEBIEY B5HE
ERFHEEE RABEDERIRNAFE | REEDO3mLULE | 1006 FEFATHAR (4938[H):
COMET:®EB% BERRICRIZAET YA | OBRURIYRF | (BHEL26]. | XRIZRE7ZHAL20mg/kgXIE7ILTILa
(EFC14028) LEBRSOEHNERY | BE 1t 484) v&—t€ FILT720mg/kglEBRS
ZEMWETZIVIIVAVS— (BEA14)
€ FILIFERBULRES eI SHAR -
s - BRHEE. SV9 A RIZAETHA L20mg/kghE@i% S
{b. —E51%M5R
EFHEISSIE ZIWFNWaAvST—€ FIb | ZLITIWaAVT— | 224l FEMETHAR (25:8/]):
Mini-COMET (5% TJr7ERSUTCHIRANE | ¥ 7ZILT7ELEE | (BHE1246). E1H  RIRETH A L20mg/kgX I
(ACT14132) EXEFTABERRGZ | CTREKRNE(LZR | ZE1040) 40mg/ kgl S
MURRARBRYARREE | L (B1H) XE | (BEA26)) | HE28: XIJZAE7HA L40mg/kglRE
ERRICRIAETHA L | T +DRBRR G BEXRBEREHEO7 VI ILIAVS—E
DREM. PKRUFHN | ZRUMk (828) 7L I 7 RBERS
B EFHEUCSMEE - | 18mARRDALE
ERHERE. FER. BRI, | RUNRES TR S HAR |
AEEE IR —MTER RIAEF YA L20mg/kgXF40mg/kg
(P

FIAET YA LOEBSNHERUTHEZ

BE.ZNLIIWAVS— PILT7 GEGETERR) EUTBREOEECE 1 @S 1kgdzy 20mg%., LIRRIDES(C(3 1 DHFE kg 40mgkE
BRI 5T B,




_E5HE

B EE1/ I FREBENIF7ILTILDY TBENIFIONAR | 246 RIZAETZHA L5, 10X(F20mg/kgha
NEO1&{BR S—€ FILTFEEEED | LEOFILTILT | (BE126]. | BiES
(TDR12857) ERURIRFEEZN | Y59—€ 7ILT7 | ZiE124)

RIC. RTAET YA LI BED 18U E

BiRSOREE. BEME. | OERIRNIANRK

PK. PDRURENEE | BE

ZIREIULIEEBA . BhER.

JEER. ABRZRAR
BIIR SR NEO1(TDR12857)5#8& | NEO1(TDR12857) | 194 RIAET YA L20mg/keghRB1% 5 (Bais
NEO-EXT 88 ZRTUICEBRBZRRIC, | MBZETTUCER | (51594, FHEn'5. 10mg/kglmBiIRS5 THoIcEH
(LTS13769) RIAET YA LIEERS | BIRYRFRESE 2 1061) (. 104~ 156BDMEIC20mg/kglctIv)

DREDZR2MERUPKZE Bxr)

RELIEES . SR, IF

BiR. g Sk

——

Nexviazyme-
(avalglucosidase alfa)

10



BR R AR AR

LL

EFEH RS NIEER (COMETEER . EFC1402851(5%)
[RIGBEDEFHIRNY NREEENREVC _EERLETER (BRAREELDLER)
(tREEEER)] >

3) #HAER : ERHREISIAERER (EFC1402858R) [RERF T E ]

(1) SHEEHI=
RXIAETHALL
20mg/kg FEiB#kS (n=51)
RIAET YA L BSETED
20mg/kg RBikS bk ER i
ZZIav9—€ FILT7
n‘H Ju —
N 20mg/kg FRiB#tS (n=49)
FEFTHIR fkiTig S AR 1’5 TERD
(BRI 5HE) | CGEERIRSHIRA) | 7S]
! 498 ! RR1448% ! RE4E-

N—=RSAY

B 7 Y 4 2R - BEHEE. $FIE. SV AL, “EER. REMR . WATEHEEEREER
B RIBEDEFR BN NRBEZEWRIC N—AS5A VD549 BRETOFANEICH T D LEZRTERL
EBAMEE (%BFVC) DZELEICDOVWT. ZILTWAVT—€ PILIT7ICRITBRIAETH A L
DIEH MRS UVICEMMEZIRELT 2.
x4 R RBEDIHUALDEFHBIRYRFEE 1006 (RIRETZ YA LB 516, ZILIIWIAVT—E 7L
T7E:14961) (55, BRABERIRIRAET7 YA LEE16)

b BIBEBERIAET YA LB EZIVLIIVAVST = FIVIFEICTN TSI LICEWRITF. RTR
E7 YA L20mg/kgRIE7ZILTIVAVT—E 7ILT720mg/kg%ZfEE 1 OsEEERmIR S Ui,
S LMElIF. R—=ZASA4VDFVC, 45l EiHRUOETERUTIT . 7Ly d—E 7ZILT7
BDEEF49BREOETERITHER TIICRIAE 7Y A LRSICHVE R o, R5HREE. 4987
DOFEFEFHE (SR S5HE) NURR 144 BRI DM SHE GEE&RIRS5HE) EUz. BE(F.
FEBITHT I I2FCERMEEMIFUR,

FEFMIEB:RN—RASAUNS49BEFTOUFVCOE(LE

Bl &S ff 1§ B:UTOEHOR—ZASA UH 549 BEETOE(LE
6 D EHITHER (6BMWT) TOHITIERE (M) DE(LE . RAKRTE (MIP) RURKIFE (MEP) D
FRUBICH T B (%TFANE) . /\VRANILRS A FEXN— (HHD) L&D FIRHIEESRAIT7 . BS
EEKEERE (QMFT) #8237, SF-128ANAIEQOLYYU—X17 (PCS) K U'SF-12 {51
AIEQOLYYU—Z17 (MCS)

%7 2 o FEEMEEE (49:8H) CHIF3LZLM [EEERNUEHER. AREEEMICL>THEINE
infusion reaction GEBERSEFESTEIZ CHRE) . MEYFIAE (ADA) 18&7]

(BT (Emodified intent-to-treat (mITT) EHZENRICTolc. mMITTERIF. S5 LT
BREDORSZ 1O LRI 2 TDRELU,

FEFHRIEE CHIN—RS5A4 VNS4 BEE TDWFVCDHZE{LE(F. mixed model for repeated
measures (MMRM)ZFBWTEETUIZo MMRMETIVICIE . BFVCDR—ASA NEZHEZEELL. F
0. MR RSB KRR RO UICRSHERREDR B ERZEEMNREL TS IRESBHETHED
SEEIS LRI BUTIZAV THEREANRZEZET)LIEL. Kenward-RogeriZZFVWBHEZHEL.
FIBRERIEICKIBET ILDETIZHZEIT oIz, REIT—9 DF5EIFITH T . missing at random
EHRUTC . BRI DREETIMEDZED MR 95%SFEX E (Cl) D TRREN—1.1% (BRIICERUICIES
MBRFHME) Z L O iZEIC. ARBROEZERTOENTH B 7 IV IVIVIT—E PILIT7ICHTEIRT

m &

-
2%
=



AET7 YA LDIELSHENRIISINDZEEU(ZRDERKES%). IS HENRII SNBSS 7LD
WAV —E FILT7ICRTDRIAET A LDBEEZRELC (2IEDERKES%), 6MWT,
MIP (%8B ) K2 OFMEP (% FAIE) . HHDIC KD TR IES A7 . QVFTH X7 . R U'SF-12%
SHEBIREHBEIERIC DV T EETHBIER SO MMRMET ILZBWTEFT LI MMRMET )L
[CIF BZEH/INSA—IDR—=RASA NEZRZEEU. BFVC(MIP. MEPTIEFSFENZL). EH. 145,
B5E R RO U SBEERREDOR BIERZEEMREL TS D, SF-12[CDVW TS BEEE
FHATERVI8EARBDEEZRALEMITTERZWRELTITo . BFHEEBDR SEHEER.
MMRMET )V THE SN 498D FAEEFHDEZFBWTEHIEL . pfERUZ NN T S| 95%
ClZBHUle. R—AS4/ V85, 13805, 25:808F, 37:88F. 49:80%. 61:88F. 73 BIF RV 97 BEFIC
BIFB%FVC. 6MWT TDH1TEERE . MIP (% TFEIfE). MEP (% FRIfE). HHD A& X7,
QMFT#X377.SF-12(PCSRO77 ) RU'SF-12(MCSRAO7 ) DZ{ L 2 DFRIFHER IS ST CERATUT .
FEFHHEBCOVWTZILIINAVT —E ZILIT7ITHT 2T AET7 A LOBEEEN RIS NI
S8 . BRIICREUEIEHEIER (Fagx1~4) ICDW\WT . BFIEDFEAIICHE WV ERREMICRE &1T o1
(k1 —=%2->%32>%4D|E) , BEKESBNZERSNZEN OGS . LIEOSHTAIEE DREZPIEUTE,

*1. R—=ZASA VNS 49BIFETO6MWT TOHITIERE (M) DZE(LE (BEIEDIRET)

%2, R—2AS5A4 VNS 49BIFETOMIP (%FAIE) DE(LE (BHMDIRE)

%3, R—254 UhS549BIFETDOMEP (%FhliE) DZE{LE (BHMDIRT)

%4, R—=2AS5A4 UH549BFF COHHD FEHHES A7 DE{LE (BHIEDIREE)
FEMTHE (49808) CBIF2R2H [EESRMNUEIER. BREEEMICE >THESINE
infusion reaction (CEERENESTEZE THRE) . TIEWHUA (ADA) RE] DEENIE . T2 MREITIRER
ERRICERMICITofe . BEMBITNRE G, SV LEEN. BRE5ECHHDHOSTERERERE 10
U EgRSEN2TOEEDEHELE,

(2) BEES
RIAET7 YA LBt LWV - FILT7EE
(n=51) (GEL L))
(331l
S, Bl (%) 27(52.9) 25(51.0)
7. Bl (%) 24 (47.1) 24 (49.0)
i (%)
tholfiE (EBE ) 47.7 (16~78) 48.9(20~78)
18K B (%) 1(2.0) 0
NiE. Bl (%)
BA 47 (92.2) 47 (95.9)
7IT AN 3(5.9) 0
ZD3BEEKA 1(2.0) 0
SEAXIET7TUAZRKEA 1(2.0) 2(4.1)

A2 (kg) . PR{E (§BH)

75.9(38~129)

78.6 (46~139)

Pk EEE (%) . FEOELRERE 44.73+£14.74 48.16+t14.64
FAEF#E (%) . TIOELRERE 32.94+16.58 37.73+x15.74

FRAENSYIERSETORE (B) . FEEHRERE

160.36+131.71

151.78%+120.90

6MWTEDE1Tas B DEER . 6l (%) 7(13.7) 10(20.4)
AT IR . 61 (%) 1(2.0) 0
%FVC (%)
FOELRERE 62.5+14.4 61.6x12.4
thR{iE (E5E) 65.5(32~85) 60.8 (39~85)
6MWT COZ1TEEEE (M)
FIOELRERE 399.3£110.9 378.1£116.2
thR{E (E5E) 415.7(118~630) 387.0(138~592)

,@ Nexviazyme*
e [

12
(avalglucosidase alfa)



B AR RS

(3) BshiE

R—=RS5A4VHh549BFETDRFVCOE(LE [EZHEIER : IRFTHISAFRIER ]
N—25A Y15 49BHFTORFVCOEILE (BETIIHBREIE) 3, %I XL T T LBT2.89%0.88%. 7ILT L
JY9—€ ZILIT78T0.4620.93%THY ., RIAEFZ YA LDTIVTIWIVT—E FILT7ICHT BIEH M EE

SN (B¥EZE2.43%. 95%Cl:—0.13~4.99. FFLMRFE : Al 95%CID TERIEN —1.1%) . BEMCONTIE
METZNBERENRHSNT | RSN o,

N=2S5A4/N549BEHETDWFVCOE(LE

(%)

5 T e

[B¥RE=]2.43%
95%Cl:—0.13~4.99

% p=0.0074 GEHHRTE) MMRM*!

%
2.89
* p=0.0626 (EHEMAEIRTE) . MMRM*!
mITTER
3
(GELMHEPRTRE)
AR DFEFIHBEDZEDERII5%CI
DTIRE:—1.1%
0.46
#1 BFVCDOR—RASA VMEZHREEE
1 L. £t R IR 58 SRR 85 0
[RGB ERREDRBEERZEE
HRELTE .
0

RIRAET YA L8 ZIWLIWIAVT—E FILT7EE

BIRIS N< TR
N

%FVCDZE(LEDEIFER
%BFVCON—RSA Vh597 B COELBOREHBIELTOEBY TH L,

%BFVCDR—254 2 h5DE(LEDEIFHR

(%) 49BLIREIE 2 HIH
I AL T HA 1520mg/kehpBiR .
c RO AET YA L20mg/kgfRBit S R RORETHA LB
—_— P IIAVT—T
4 P T7E

TEHAREERE. mITTES

w

BIRES i AUN—),
N

R=254Y 13 25 37 49 61 73 97 (&)
HARS
RORETHALE 51 51 51 51 49 41 36 24
ZWINIAVI—E 4 47 45 44 43 35 29 21

TIVT7EE

. A



EEHEESEIAHER (COMETER. EFC1402855%)

N=254 Vh549:BIFE TN 6 EHITHER (6BMWT) TOHTIEREDZE(LE
[EREFEIEE ]

N=254VH549BEETDEMWT TOSHITIERDE(LE (BBFHHEERE) (3. RIXLT P LET32.21
+9.93m. PILIVIAVS— FILIFET2.19+10.40mTHI,

N—R54Uh549BIFETDO6MWT TODHITIEREDE(LE

(m)

60 BTG HEESEE
6 mITTER
M 32.21
W 40
T
t\\
3
Z 20
17 2.19
B
B
1)
7 0
£
=

—20

RIRAETHA LB ZIINAVS -8 FILTFEE

6MWT TOH{TEERE DZ(EEDEIFHER
6MWT TOSHTIBEDN—Z T A ¥ h'5 97 B F TOE(LRDREHB LT OEBY TH O,

6MWT TOHTEHDN—Z 51 U5 DE(LEDZFFHER

A95ELIRE S 2B

(m) Rk
DAL T HA [120mg/kelEEiR .
60 FRIAET7 YA L20mg/kgfRBit S R RORETHA LB
— L)WV —
~ FILI7EE
;'( 40 FAEHEESE, mITTED
S5
1
7 20
5
()
£ o
£ T
—-20
R=254Y 13 25 37 49 61 73 97 (A)
HARS
RORCTHALE 51 51 49 50 48 42 38 24
T 47 45 45 43 36 29 22
TILT7E

Y Nexviazyme:

e [ (algucoscese afe)

14



B AR RS

N=251 Y15 49BRE TORARTE (MIP) RUBAFTE (MEP) DZELE
[BIRFHERE ]

N—R54 VN5 49BFETDMIP(%TFRIE) DE(LE RBTHHRAERZE)F. RIAET7 YA LB T-0.291+3.84%.
ZIWIIWIAVT—E FPILIT7ET—2.8714.04% THofco Tl N—R 54 VDS A9BIFE TDMEP (% FHIE) DE{LE
(FRFIGHRAERE) (F . RIRET YA LBET2.3914.00%. 7ILTWIVT—€ 7ILT7ET5.0014.20% TH ol
F—IN—REER . FREAELEEDRERXGT —F DANZSRICKBDIFERFHBN—2 51 /E(200cmH0LLE)
W ABISIRHENTIc . INSDABIEFRA U RED T ZRIELIC . RESTICEVNT X=X S54 VW5 498HFETD
MIP (% FRIfE) DZ{LE (RBTHHRERE) F. RIAE7 YA LET8.70£2.09%. 7)LIILIVT—E FILT7E
T4.29+2.19% CTHofco Fle. R—RS5A VD549 BEIFE TDMEP (% TRIE) DE(LE (AR TIHEERE) F. RIRX
E7 YA LB T10.89£2.84%. 7T ILAVT—€ FPILT7ET8.3812.96% TH oI,

MIP (%FHIE) DRN—R54 7 H S DE(LEDRIHER (RE D)

(%) 49BLIR S 2BIH
RIZRETHA 1£20mg/kghBBiR S

30 S —— RIREPYALE
N 25 — FLINAYT—B
| IV I 7EE
=z 20
5 TigEHEESE mITTER
A 15
7 10
5’) 5
?"é 0 9
g s
—10
R=254Y 13 25 37 49 61 73 97 (B)
HARS
FORETYALE 48 46 48 48 46 39 34 22
PVINIVT—C 4y 43 43 42 41 31 27 19
TILT7E

MEP (%FHIE) DN—R 5414 U H 5 DE(LEDEIFHER (RESR)

(%) AQBELIREIF 2D
FIZAETHA 1L20mg/kghBIR S

30 ) —_— RTAETYA LB
AR 25 —_— 7NV —E
| ZIVT 7B
=z 20
s TAEHEESEE mITTED
s 15
10
5’) 5
=
& O
g 5
-10
R=254Y 13 25 37 49 61 73 97 (&)
HARY
FORCTYALE 48 46 48 48 46 39 34 22
TVINIVT—C 4y 43 43 42 4 31 27 19
FILT7E

KIFIRERERZEDREANET —IDANZRICKDEEISNBIFERPNIGN—2 51 VB (200cmH20 L1 L) HERH SN 4 FIZBRI UTCRE DT

. A



EEHEESEIAHER (COMETER. EFC1402855%)

RN=2ASM4VD549BRETD/NYRNIVRS L FEXN)— (HHD) [CX B TEEEFD
Z(LE [EIXEHEIER ]

R—254 U N549BEF TOHHD B HES R I7 DEILE (HETILEESE) (3. RIRLT YA LBT
260.69+46.07:=. PILFIWIVT—¥ FILI7HT153.72+48.54:2THI,

HHD FEBANES A7 DR—R 514 VS DE(LEDEIFHHER

(=) A9 BLUREIF 2N

R ZAET YA [, 20mg/ kg 7
@ RIAEPHA 1520mg g"ﬁﬁh—f’: —_— RTAETYA LB

300 —_— IV
TZIVI 7R

TEHARAERE. mITTEL

250
200
150
100
50
0

BITRES U1V AUIN—),

—50
R=A54Y 13 25 37 49 61 73 97 (&)

AR

RIAETHALE 50 49 47 47 46 39 35 25

FLINIVS—E
i 46 44 4 42 40 34 28 21

N—=254Vh549:BRHE TOEZEEERET (QVFT) BAI7 DE(LE
[ElRFHEIRE ]

N=254A VD549 BIFETOQMFTIHRZ P DE{LE (FETIIHTAESE) 3. RTRET YA LB T3.98+0.635.
ZILTWIAVI—E FILT7ET1.89£0.69mTHofc,

QMFTH#RI7 DR—R 514 VU h 5 DE(LEDERFHER

=) A9ELIE I 2HIH
FRIAET YA L20mg/kegfmBiR s

8 , —— ROAETYALE
) — )% Vi
’I\ 6 FIV I 7B
é TEHEAESE. mITTER
X 4
>
b\
5
D
E
L
==
-2
R=254Y 13 25 37 49 61 73 97 (@)
HARSY
RORETPALE 51 51 50 49 49 43 38 25
PWINIAVT=E 4 44 42 42 39 33 27 20
LT

Y Nexviazyme:

e [ (algucoscese afe)

16



B AR RS

[BZBHRIN—ASAUHNS549B8I5FE TNDSF-12 (ZEREQOL) DZE(LE
[EREHMEIER ]

SF-12IC K BEREHEQOLDEFHAIE. 18FULDEBFDHZERWRICERUC,. R—ASA NS 49BFE TOHEE]
HEQOLYYU—RO7 (PCS) DE(LE (ABFHLZHELRE) (. RIAET7 A LB T2.3720.995. ZILF )Ly
S—t FPILTFEET1.6021.0785THolce R—RASA VN B 49 BRE COREMNAIERQOLYYU—Z7 (MCS)D
ZE (ARG HEAERLRE) FRITAE TP A LET2.8811.225. 7LV —F FZILT7ET0.76+1.328
Tohol,.

SF-12 (PCSRO7) DR—RAS5 A4V H S DE(LEDRIFHER

(=) 49ELEE 2 HIN
= RIAET YA L20mg/kglmBiRS

10 , —— RORETYA LB
9 — P aVT—E
FIV I 7B

TOEHRAERE. MITTEE

IR IV AUIN—),
- O =~ N W Hd» Ul OON

T
R=231Y 13 25 37 49 61 73 97 (B)
HAR
ROACTHALE 50 48 50 50 50 40 38 24
ZWTLIVT=E  4g 46 45 44 42 34 31 22

TIVIrE

SF-12 (MCSR7) DR—R 54 Vh S DE(LEDEFHHER

(=) 4958 E 2 HIN
= RIAET YA L20mg/kglmBitS

10 , —— FORETYALE
9 — 11 Vi Dl
8 P TrE
7
N TEHEEEE mITTER
|
Z s
=
Z 4
> 3
)
5
1) 1
Z 0
.
=3
-2
-3
—4
-5
R=254Y 13 25 37 49 61 73 97 (&)
HARS
RORCTHALE 50 48 50 50 50 40 38 24
FLINIAVT—E  4q 46 45 44 42 34 31 22
TIVT7EE

, A




(4) 2=
BAEFERNUEIER

FEMTHABICSIIZEESBRIE. RIAET7P YA LE86.3% (44/5161) . 7LV —E 7ILT7891.8%
(45/496) [CBRHENTc. KTAET YA LBDOERBREESERG. LRB\RNRUOEEENS 1261 (23.5%) . BH
1161 (21.6%) THofco ZILTIWIAVT—€ FPIWIT7EDERBESRIE. BE166](32.7%) . LIHGERX 124
(24.5%) . Exff| 1041 (20.4%) THofc,

EERAZTERE. RTAETPYA LG, ZILTIWAVT—E FILT7E1268IICEROSNc. RIAET YA LBET
DERBEEERIS. fik . K. [FREE . KIEK . [FRAZE. REBEG . KBE. BIlREROILEERISZ16ITH o,
ZIWINWAVT—E FPILT7ECOEERESERIF. [FIREH 26, ik . BIE . AFARNIVEYRES DWW . EF
Zrop BRI L FENES TV ARNIEE . RN OEMEE | BODE . E=ME5ENR . RIE | MEFRIRARE . ZEARAE . LRRERRE .
BRI, 5T, BREGE. BEENUOANEITOEVEDHE16ITH ol BESPIEICEEESBRIF. RTAET YA
LETIFROSNGH oI, PILTIWIAVT—F PILI7ETIEABITIROSN. S OEHIRE | BEIR | IFIREZE K O'ERE
ENE1BITH ol ELICESBEERIF. TEFTABPICTILIINIVIT—E ZILT7HETIHICRDHSN. 2%
IDEEZED 1 PITHoTe CERBELDBERL) » Ffc. MERSHPEPICTZILIINIVT -8 ZILT7HSRIAETY
A LICYIWB R BIHBEBREICKWIET Ul CERELDREERL) o

BIfERIZ . RTIRET YA LB 45.1% (23/5161) . ZILTWAVT—E FILT7849.0% (24/49%)) [CERHBNTZ,
ROIAET7 YA LBEDOERENERIF. Z5FEEAH (7.8%) . BBRE. BiD. EMENUEHFNIE3H (5.9%) THol,
PIWTIWAVT—E PILIT7EOEREIERE. BRE6 A (12.2%) . D541 (10.2%) . Z5FEERE4HI (8.2%) TH ol
BRLGEMERF. RTIZAET7 YA LET1HICROSN., FRRE 1 FITH o, ZILTIWIVT—E PILT 7B TIF 34
(CERHSN. [FIREE 26, FEMHHHLV. RAORE . RIE . SFROBENE1FITH o, ESPIEICESTEHEA
[F. ROZRET YA LBETREBDSNGH DI, PILTIWIVT—E PILT7ETIF1BHIICSERO SN, KRN TE/MZH
B1BITHofc. ETICESLEMERIF RIRET YA LBERU7ZIVIILIVST —€ PILT7EEHROSNIED T,

BESFENUEIEROBIE
RIRAET YA LE ZILoWay5—€ 7PILI7#

(n=51) (n=49)
BEER 44 (86.3) 45(91.8)
EIEF 23(45.1) 24 (49.0)
EEREESER 8(15.7) 12(24.5)
EELEIER 1(2.0) 3(6.1)
BEDILCESIEEESER 0 4(8.2)
B5IECESTZEIER 0 1(2.0)
RLICESIAESER 0 1(2.0)
FETICESEIER 0 0
SBREMESTESE THRELZInfusion reaction 13(25.5) 16(32.7)

FEIRHIE (FRIREIE %)

;,) Nexviazyme-
(avalglucosidase alfa)

18



BR R AR AR

FERITHAICS 1 B EERRRINR

7LV 9—t ZWIWav9—€

EIER

RIAETPY1LEE

BI{ER RIAETY 1 LEE

19

SEASE/BAE (n=51) s BEASE/BAE (n=51) s
<8IER 23(45.1) 24 (49.0) BBEES 7(13.7) 7(14.3)
RS OBt 1(2.0) 1(2.0) A 2(3.9) 0
L IREERN 1(2.0) 0 T 3(5.9) 5(10.2)
2% 0 1(2.0) &0t 2(3.9) 0
REB LU HERES 2(3.9) 0 SRR 1(2.0) 0
BRE 1(2.0) 0 RSSO RIS: 0 1(2.0)
TERTR 1(2.0) 0 BEERRE & 0 1(2.0)
R 0 1(2.0) RS LU T RGBS 7(13.7) 10(20.4)
sEELIRRE 0 1(2.0) Z5%E 4(7.8) 4(8.2)
HIRREE 4(7.8) 9(18.4) Bt 1(2.0) 2(4.1)
B 3(5.9) 6(12.2) B 3(5.9) 1(2.0)
FEIESHFN 1(2.0) 2(4.1) e 2(3.9) 3(6.1)
s 0 1(2.0) mE2E 1(2.0) 0
KIS 0 1(2.0) RO 1(2.0) 0
R 1(2.0) 1(2.0) ATHMER S 1(2.0) 1(2.0)
f&ERFEm 1(2.0) 0 Ferpas 0 1(2.0)
IRFE 1(2.0) 0 IR 0 1(2.0)
e 0 1(2.0) 25T 0 1(2.0)
HS& VKBRS 1(2.0) 0 RO 0 1(2.0)
Bz 585 1(2.0) 0 HBERS LA EEEE 2(3.9) 3(6.1)
DR 1(2.0) 0 ROEAT 0 1(2.0)
SEIR 1(2.0) 0 BT 1(2.0) 0
e 0 7(14.3) B 1(2.0) 1(2.0)
SMmE 0 2(4.1) HHET 0 1(2.0)
T 0 3(6.1) RS LV EEE 1(2.0) 1(2.0)
[F<Th 0 1(2.0) FEERZ SEEAE 1(2.0) 0
FI 0 1(2.0) BEES 0 1(2.0)
I 0 1(2.0) . S
IRES . I3RS ORI 2(3.9) 3(6.1) Qgg@iﬁg’*” 2170 ey
PR 1(2.0) 2(4.1) 5 3(5.9) 3(6.1)
A 1(2.0) 0 AV ITIVI VYRS 1(2.0) 0
RS 1(2.0) 0 SRR 1(2.0) 1(2.0)
IR RIER: 0 1(2.0) A 1(2.0) 0




EIER

RIAETPY1LEE

77 Wavs—tE

BI{ER

RIAETY 1 LEE

ZWIWav9—€

BEASE/BAE (n=51) s BEASE/BAE (n=51) s
- 0 1(2.0) T 0 1(2.0)
SRAYHETE 0 1(2.0) SRR 0 1(2.0)
- 0 1(2.0) — 1(2.0) 2(4.1)
BER 1(2.0) 2(4.1) ALTIEN 1(2.0) 1(2.0)
BB 1(2.0) 0 AERLR 0 1(2.0)
ST BB 1(2.0) 0 % SEBLUNESHE | 1(2.0) 2(4.1)
EYx 1(2.0) 0 e 0 1(2.0)
o 0 2(4.1) (5 1(2.0) 0
AEANEBIZE SEERR 0 1(2.0) NEICKDIERE 0 1(2.0)

FIRFIE (FIREIE %) . MedDRA/J ver.22.0

infusion reaction

FEFFEARBICO VT, RIAETPH A LEE25.5% (13/516) . 7L IOV —E FZILT7E$32.7% (16/494l)
SBEREMSTEZE CHRELZInfusion reaction " FEIBUfz, £&Rinfusion reactionld. X AE TP YA LB TZSE
SEAR (7.8%) RUEMEZE36(5.9%) . 7L WAV — FILIT7BHCELONOZSEENZ4H] (8.2%) . HEBAL 34
(6.1%) THoT=,

mEDHF (ADA)

RIAETHALREZIVI WAV —€ PILIT7ERSEIBRIICARIRAE 7B A LFFZEX FR7 VLTIV T —E
ZIWIFHFBH TH IR EF. TNEN3.9% (2/5161) ReU'4.2% (2/4861) THofc. HS5HIBE49BIFETIC
MRIRAET7 YA LFFBREIR7 LTIV —E PIL I 7RIS TH BB ZNEN96.1% (49/5161)
RU'95.8% (46/488) THolco ZDSE RTAET7 YA LICH T 2RI AZIE* THOLBERIRIAE T YA LB
T1361(25.5%) . 7IWIIWAVT—E ZILT7ICHT BPHGARZSE* THOIBER7ILIIVIVT—E PILT7E
T2141(43.8%) Toholc,

* [BREMZEE T 25 | XIS [HHIRE WAL ZEE T 2 | OLWIT N B EHES N EBE

6

Nexviazyme-
(avalglucosidase alfa)

20



BR R AR AR

21

HESERS OBFRERD S5 NEDM VRS EORRICEINTBE - AEINI5, FEFRABTIFENT
AR N AERUARE BB INEESATIET.

EEEERSEIEEER (Mini-COMETEER. ACT1413255%)

[BER A FER AR SR DAL RN NIRERE N REVICIEFERAE#HIEEER] ¢

= 4) #AER : ERHRESIEEER (ACT141325:88) DRGRIFTERER]
(1) EBREI=

RIZAETHAL RIAETYA L

20mg/kg @8BS (n=6) 20mg/kg BB S

*DMCLEa—

(n=6)

Jik—hk2
(n=5)

RIAET7 YA L RIAETPHA L
40mg/kg FEB8#%5 (n=5) 40mg/kg BBk S
%DMCLE 21—

RIRETHALs
40mg/kg FEBIES (n=5 —
J =11 40mg/kg @8
=1 FWINAVI—E FILT7 me/kg IEHS

S (#5EBHTVRD BEES (h=6)

, TERATEER , R 5 HAR ,
! 2558 ! EE2268 !

N=RS5AY

%¥DMC (F—9EZIVUVIRER) DREMUE1—ICEDVT, JR—,20ERE5FIR—MN TOREUH RS NIRICRIBU., Fio. 52883, 5518
TORAMEASNRESNIEICEBLE.

HERT YAV 2R - BERHE. B0, FER. ZERME . AEHEIR— MR

8 #: 77NV T - PILT7ELERDIRERY NRBEZWNRICRKRIAET YA LOREMZFHE T2
EEBIC.PILTNWAVT—E PILT7EDHRICKIRIAET A ADOFHIENEZTHHT .
X R18WMAMC. BWIEFICDEEZBL. AR EBHO6HABICHI S TREREDZILI LYY —E 7

T7DRSZEFEHNICR I TVICENI DS T BRINELZRU (81H) XER D BRERRRINZE
UM (55 288) ZLIRBIRY RmEE 226 (HFEAZE 2612 Z0)

y1 1 HICBVTIR, RIZAE P YA L 20mg/kg (Ah—R1) X 40mg/kg (Jih—h2) % 25380 . 8
1 EEEEIRNIE S Uc. JR—R2TORSE, Jh—h CREUN RS NI BICEmUE, 525
(TR—R3)[CBNTIE, BEERIRE 7Y A LB (40mg/kg) XE7ILTIAVS—¥  PILT7E (BRI
(LR ED6BRICHI>TEBRNICIRS R TVWERR)IC1:1 TS YT LICEIWAIT. 258/, B
B EsUERRIRAR S Uz, FE201F. £ 1HITRIAE 7514 LAORKMAZENRE (40mg/kg) SNzt
[CREtALTz. R 5ERIE. 25BRDE BB RURE 226 BRI OMER SR Ul . TERITH
BT, 2EINPEIESHRICEITU. IR—h TERIZE T YA L 20mg/ kgl S . Jh— 270
h—R3TRRIRE 7Y A L 40mg/kghemig 5= HkELTz.

FEHHEE : 22 [EESRNUEIER . ARBEEMICK>THESINIzinfusion reaction CABREMETEE T
ME)  EYHUE (ADA) 13 &E]

BIREHEIEE : I TOEEDR -S54 h5 258E TOELE
HKXEEFESNIRE-88 (GMFM-88) . lZEBEAERE (QMFT) #8237, Pompe-Pediatric
Evaluation of Disability Inventory (Pompe-PEDI#EERI R FILRE Mobility RX1>) . IRERZ %
BEARE [BREHZ (IPFD)] 12&

i St B EERTEEICS I 2REOBEDRRER (20194£98308) COPRMRITETol. BIFICIEEE
FEATHRN CHRGERSHBICHITE22TDT—I 2RV FETHHEE THIRE NS . FTEHETH™
TlRIK—NRORSER, $EERSHEETIERIZAE T YA LORER (20mg/kgRV40mg/kg) IS
SREICEH UL . BIRSHEERIC DWW TIE. £ TOEMETHEEE DAEER VIR —Z 54 Uh5E Rk
FTORIFNZ(LZREIR— MR U SEBIICEERMICERN UL,



ll
0

(2) BEE

J/R—hk3
JiR—hk1 dik—b2
(20mg/kg) (40mg/kg) ) = ZLIWAVI—-E
) ) RIRETIILE P I8
(n=6)
45!
S5k Bl (%) 5(83.3) 3(60.0) 2(40.0) 2(33.3)
. Bl (%) 1(16.7) 2(40.0) 3(60.0) 4(66.7)
il (i)
thR{E (E5E) 8.2(2~11) 9.8(1~12) 8.0(4~10) 3.6(1~10)
6. B (%) 1(16.7) 1(20.0) 2(40.0) 4(66.7)
6L 127K . Bl (%) 5(83.3) 4(80.0) 3(60.0) 2(33.3)
NEE. Bl (%)
BA 3(50.0) 2(40.0) 3(60.0) 4(66.7)
PITAN 3(50.0) 3(60.0) 2(40.0) 0
ZDSBEHAA 1(16.7) 1(20.0) 0 0
BAXIFFITUAFRKEA 0 0 0 2(33.3)
A5 (kg) . PRME (8H) 24.5(13~50) 23.4(10~64) 27.3(14~43) 17.4(10~29)
2R () . FIOEHRERE 1.93+2.07 4.29+3.75 1.54%+1.49 5.12%5.46
FERE (B) . FHOEIRERE 1.23+£1.70 3.33%2.93 0.18£0.41 1.79+£1.72
FIEN'S
ZILIFWNAVT—E FILITFD
EE 5T O (5). 1.65+1.35 2.02£2.17 1.94£2.27 4.46+5.73
FOEHRERE
AT RS 61 (%) 1(16.7) 0 1(20.0) 2(33.3)

(3) B2 [FEFHIFR]
ERAETHAR
OEEERRUBER

FERENBEICHITZEEERIE. Jh—
FBMNOEBENS 261 (33.3%) THofco Ih—
FEIREERE D' 261 (40.0%) THofco JR—R3TlE RIRETZ YA LBET100% (5/561) T3

=0
o

B1T83.3% (5/661) ICERHOEN. EREEERIF. LXUERR. RISERR.
R2TIF100% (5/561) [CERHSN. EREFTERE. REBTERUT
H5N. ETRREEER

(&, ESUERZ. B0 . RRE . ZH. 2K, TH. [Bit. 2. RANRUERESERAENS 26 (40.0%) THofc. 7L

a5 —+
(33.3%) Tdhofeo

EEBHESERIE. IR—M T1HICEDHEN., DAL AMTNERR 16| THofco IR—

FE 26, FIREBNURMHNEZ 16 THolc, dk—
ZIVIT7ETIE2BICEROESN. V21— REF AEMMRLR . fiik . FRESERZ . MiE LR OBEERENE16ITH o, 1785
FIECESEBEERNUORTCICEEBEEERIG

BHERE. JR—M1TREHSNGEN 2z dR—

(20.0%) T&Hofco IR—
=N Vol | Vi B0k 4
WINDEICBVTH., BEER

sHSNIEM T,

PILT7EETIE83.3% (5/661) [CFRHSN. ERBEERF. IBIE34) (50.0%) KU1 )L AREZR 26|

b2 TEF3FICERHSN. IREET
R3IDRIZAEF YA LB TIEREROS SN ofc. ZILTILIVT—E

N2T(340.0% (2/56)) ICEEHEN., BERUEREHE 16
R3IDXRITAET7 YA LEETIE20.0% (1/561) [CERHSN. HZE 161 (20.0%) THofe,
ZILI7EETIE16.7% (1/661) ICERHSN . BENRUOZSFEENZ 16 (16.7%) THole,
BIER . 5 IEICESEEHERNRUETICESIZBIfERIFSR S NIEh Tz,

FIAET YA LOEBSNHERUTHEZ

BE.ZNILIWIVS—E FILT7 (ECFHEER) LT BXEOEE(ICII 1 OFE1kgdhic)20mgZz. IIRED

B RERIRAIR ST 5.

EE(CI3 1 EFE 1kgdrzt 40mg =

6) Nexviazyme*
(avalglucosidase alfa)

22



BR R AR AR

FEHFTHAICS I 3BEERMNUEIEAOBIE

dik—M1 aik—b2 Aik—hk3
(20mg/kg) (40mg/kg) | RTZAEFYALEE| FLINVAVT—E
(n=6) (n=5) 7778 (n=6)
BEER 5(83.3) 5(100.0) 5(100.0) 5(83.3)
B 0 2(40.0) 1(20.0) 1(16.7)
EEREEER 1(16.7) 3(60.0) 0 2(33.3)
SEREIER 0 0 0 0
BERIECESEEEER 0 0 0 0
’BEhIFCESEEITER 0 0 0 0
FREICEEEER 0 0 0 0
FETICE-SIREIER 0 0 0 0
JBEREESTEIZE THE LTzinfusion reaction 0 2(40.0) 1(20.0) 1(16.7)

FEIRHIE (FIREIE %)

FERITHAICS 1T 3 EERRRIKR

N s (2:(;1':1;7;8) (4:0721; kzg) RIAETHA LB | P NIAVT—E
REATRESE (n=6) (n=5)" |” 71778 (n=6)
2BIEFA 0 2(40.0) 1(20.0) 1(16.7)
HES KU MEEES 0 2(40.0) 1(20.0) 1(16.7)
R 0 1(20.0) 1(20.0) 1(16.7)
B 0 1(20.0) 0 0
ZSFERE 0 0 0 1(16.7)

FIRFIE (FIREIE%) . MedDRA/J ver.22.0

@infusion reaction

FTEMTHBICBWV T, BERERESTEZ CHRELinfusion reactionh™ 461 (18.1%) [CHIBUE. NERIE. FZE 3461
(13.6%) [2R—b2:161(20.0%) . AR—R3DRITAET7H' A LEE:161(20.0%). 7L IVAVT—E FZILT7EE 146
(16.7%)]. ERZ 161 (4.5%) [2R—b2:161(20.0%)]. Z5FERE161(4.5%) [DR—R3D7ILIINWIVT—E 7
J7EE1H0(16.7%)1 TH-oT,

GmEMIE (ADA)

RIAETHALREEZIVIIVAVT—E PILIT7RSFEEIIC IRIAET7 YA LFAFBEXEHR7ILIILIV9 -8
PIWIFHEBEETH O ILEBEE. JR—M1T16.7% (1/661) RU'66.7% (4/661) . IR—b~2T0% (0/561) RO
20.0% (1/561). AR—h3DRIREF YA LBET20.0% (1/561) R1U'60.0% (3/561). 7ILFIWIV9—E FILT7
BT16.7% (1/66) XU'50.0% (3/66l) THolc. 1&5IAHE 25BHFE TICHRRIAET YA LIAZEXIFHT U
TJIW3VT—€ FIWIT7HEBEEROIEEE. JR—M1T16.7% (1/661) &U100.0% (6/6%1) . Jih—h2T
20.0% (1/561) 51F20.0% (1/561) . AR—b3DRIAET7 YA LB T80.0% (4/561) %0U'80.0% (4/5%1) . 7ILT )L
JV5—€ PILT78T33.3% (2/661) U'66.7% (4/66l) THOlco ZDIE . RTAEF YA LITHT ZpFIFUAE
B CHOLBERRHOSNT ZILTIIAVST—F PILT7ICRT 2PHFEEME* TH o BEE. IR—k3DXRT
AE7YA LET36(60.0%) . LTIV —E PILIT78ET26(33.3%) THoI,

* [BREHZEE Y 25K | XIS [HHIREWAH ZEE T 2PFHE | OLWIT N BEEHIES N EE

FIAET YA LOEBSNHERUTHEZ
BRE.ZNLIIWIVS—E FILT7 (BLFHEER) LT BEXBOES(ICIF 1 OFE1kgdhic) 20mgZz, FLIRE
B RERIRAIR ST 5.

DFEEICIF1OFE1kgdlc)40mgZz




it SHRZESC2RSHE (hyb+T7H:201989A308)

OBEERNUEIER

LRSHBICHITIZDEEERIG. RTAE7 YA L20mg/kg5H1100% (6/661) . RTAET7H A L40mg/kgiks
B1100% (13/1361) ICBDSNTz. FBEEERIF. RIZAETHA L20mg/kgixSHITIE. fmR36 (50.0%) . £
BRR, DERN . RERE. KEIRN . BRNUOGENE 26 (33.3%) Tholc. RIAET7HA L40mg/kgkSHIT
(. EZ50 (38.5%) . IRBIT N O'HZEHZ 461 (30.8%) THole,

BERBREEERIG. RIAET7 YA L20mg/kgikSHITABITEROSN, MR 26, A VTV IT VT dER. U1 VAN
B BEZF . ODEMMRE . 77/ 4 RIEX . RHKIEX . LB BN EBEESSEETRNZ16ITH e, RTAE
T HA L40mg/kgikSHITIFABICERHSN. REETE 26, ik . BIEX . #1157  [FIRESE . ERAN U AREFITNZ 16
TH o, IJBE5PIECESIBEBRNURLICEEEEERIFRHSNIEH oI,

BIfERAIF. RIRET7HA L20mg/kgtk5HIT16.7% (1/661) ICEBHSN., BERBEENE 161 (16.7%) Tholz.
RTRETHA L 40mg/kgiR SHITI38.5% (5/13) [CRHSN. FB 361 (23.1%) . TURR . SEFIR. RETER

UZEMEHE 16 (7.7%) THholc,

WITNOEICHWVTH., EERENWER. B5PIEICESIEWER RO LICESICRIERIZERH S NEH o1,

2RSHBICBIF32EEERNUEIEROBE
RIAET YA L20mg/kgizSH

RIAET YA L 40mg/kgigS5H|

(GEL)) (n=13)
BEER 6(100.0) 13(100.0)
BIfERA 1(16.7) 5(38.5)
EEREEER 4(66.7) 4(30.8)
SEREIER 0 0
BEQIFCESEEEER 0 0
’ShIE(CESf=RIER 0 0
REICESEEEER 0 0
FETICESEIER 0 0
JBERSEFESTEZ TR Lizinfusion reaction 1(16.7) 4(30.8)

FEIRHIE (FIREIE %)

S-S 3EERRRINR

EItEF FORETHAL20mg/kgiB 56| | RIRETHA L40mg/kgigSH
BEKXDIE/BARE (n=6) (n=13)
2EIER 1(16.7) 5(38.5)
FERES KO B4 RIE 0 1(7.7)
TURRZ 0 1(7.7)
FRIRES . HIZRS KUIRES 0 2(15.4)
SEIFIR 0 1(7.7)
HREE;FAE 0 1(7.7)
EESLUE MEEES 1(16.7) 3(23.1)
2 1(16.7) 3(23.1)
piiis 23 1(16.7) 0
EME 0 1(7.7)

HIRGIEY (FIRENS %) . MedDRA/J ver.22.0

——
U
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(avalglucosidase alfa)
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@infusion reaction
S HBICH VT, BEEESTEZ CEEUIzinfusion reactionh'5fl (26.3%) [CHRIRUTz. AERIE. RIAETF Y
A L20mg/kgiSHIT1H(16.7%) . RTRAET YA L40mg/kgiSHIT 46 (30.8%) Toholz.

GmZEMHA (ADA)
ERSHFICENT. TEFMTBBTORRCIA . MFEIRSHBICRIAET Y1 L20mg/kgRSHID 161 (16.7%)
THUAEN 100 D—BHED ADAKFEIR U

RIAET7 YA LORBSNI-AERUHE
BE. ZNILIIWAVT—E FILT7 ELFHEREZ) ELT. BREOEBREICE1OFE1kgdhc)20mgZ. ALIRROBREICE 1 OFE1kgdh iz 40mgZ
BRI ST 5.




(4) FHzniE [BIXREHEIER ]

HXEEEENRE-88 (GMFM-88) DE(LE
N—254 VD525 BEETOGMFM-88 (%2 17) DELRIEUTOEBUTH O,

Jik—k3
(fdt;_}\; ) (430' ‘_hkz 54 7WINIAVS -t
g/kg mg/kg) RIAET YA LEE It
Bl 6 5 4 6
N—ASA 56.25(0.8. 86.2) 86.63(19.1.96.3) | 82.76(52.6. 96.6) 59.63(5.1.73.4)
R—=2ASAVHSDE{LE 1.68(=7.7.19.4) 0.83(—0.8.12.8) 3.55(0.1.9.6) 7.68(0.8.9.9)
IR (EEEH)

ZEEEREIRE (QMFT) X7 DZE(LE

R=RASA VD5 25BRFFTOQAMFTHAI7Z DELEIFUTDESI TH O,

Jik—hk1 dik—b2

(20mg/kg) (40mg/kg) ZIAET YA LB 7”’?’}';3:;;_13
ERTillE2 6 5 4 6
RN—RSA4 25.00(1.0. 41.0) 38.00(10.0.52.0) | 33.00(11.0. 46.0) 24.00(3.0. 36.0)
R—=ASAVHBDELE —0.50(-7.0. 6.0) 2.00(-2.0.10.0) 4.50(0.0. 8.0) 4.00(1.0.13.0)
hIR{E (&)

Pompe-PEDI#EERI R FILRE (Mobility FRX12) DZE{EE
R—254Vh525BE% TOPompe-PEDIAEN R+ )L REDMobility KXo ~ 2 I 7 DELBIF FOEB TEHT,

ik 2 FLINAYT—t
(20mg/kg) (40mg/kg) 2 s JI=
g/kg g/kg RIAETHA LB LTt
SIS 6 5 5 6
N—ZS5AY 49.83(0.0.61.8) | 57.93(35.1.78.1) | 57.93(0.0.64.8) | 39.44(18.4,57.3)
N—2SAVUDSDE(LE 1.97 (=2.1. 25.9) 0.00(0.0. 9.3) 3.09%(0.7. 4.0) 1.77(1.0.12.9)

thiRfE (88E) n=3

IREZF AT EEIRE [IRZMHE] DE(LE

N—=R54 VD5 25BEF CORBEHKAERTE (IREME) DELEBRBIUTDESITH o,

J/k—bk3
Jdik—b1 dik—h2 R
(20mg/kg) (40mg/kg) 2IAETHA LB 7”/;}“[:3‘;;—12
SIS 6 5 5 6
R—=254~ (mm) 9.50(5.5. 10.0) 7.50(6.0. 8.5) 8.00(5.5.9.0) 8.00(6.5. 10.0)
R—=2S5AVNBDZE(LE (mm) —0.50(—3.0.1.5) 1.50(-0.5. 3.5) 1.00(0.5. 2.5) —0.50(=1.5.0.5)
thIRE (EBE)

,@ Nexviazyme*
e [

(avalglucosidase alfa)



BR R AR AR

BNEL/TEEER (NEO1:ER. TDR1285751ER)
[%Jﬁ‘%‘i(ﬁ%%?ﬁﬁ%&%ﬁ%o) BRI R/ NREEZWREUVCIEERAERER
FHER] st —o) 5o

5) &R ES S|/ T8 ER (TDR 12857 38R) [ARFSEEK]
6) Pena, LDM. et al. Neuromuscul Disord 2019;29 (3):167-186. AR T/ TR attDEEREICKIITON .

(1) EEREEI=

RIAETHAL

5mg/kg %S (n=4)
#DMCLE2—

RIAETHA L
10mg/kg R85 (n=3)

7I—1
RaBEDESE
%DMCLE 21—

RIAET7 YA L
20mg/kg FEiEES (n=3)

RIAET YA L
5mg/kg fRiERS (n=4)
TI—72 *DMCLE2—
ZIL2)WaAv9—+

. RIAETFP YA L

74 — BILSLs

2 ’”;;ﬁﬂé'”’ﬁ | 10mg/kg EEHS (n=2)

(9nBAm L) HDMCLEa—

RIAET7Z YA L
20mg/kg B S5 (n=6)

| FERIBS |
! 2438 !

XABEBORERF. DMC(F—YEZIUVIRER)ICLZIRERVE1I—ICEDIVTIThN I,

iR T Y« VUBS. BERHAE. F1/118. EER. HERFRER

=] B REBNO7ZILIIVIOVS—E ZILI7EEEEDEBREMRN Y NREBEZWRIC, RIZAET7HA LD
REMRUBEMN . BYERE. BEEHICHT2ENZNER . BSUICZDMOERRNNA AT —H—
RUBRRNEMMEHEERICW T 2/ERZ%ET T 2,

xt R:18FULT. DEERDEEENGL, 5O0MZRMENBERUTIIBIEFSTICHITTE BILEMTD
%FVCH'50%LAED . KABDEFRIR I RFEZ 106 (FIV—1) RUISBRBULEDZILI IV
I —€ PILIT7EEEEDERR I RREBE 1461 (TIL—2),

bzl B IBEICRIRETYA LS, 10XIF20mg/kgDRAET. fFiE 102458/ . 5 13 0EERRMNES
UIc (D=1 RUTIV—2(F. FBFICHBRZRIBUIC) . BT IV —TICHIT2HEBEDREF.
DMC(F—9EZ9UVITEER) [CLBREMLEI—ICEDINTIThN I,

5 @ IE B: 258322l [EEERNUENER. AREEEMICK > THESNzinfusion reaction
CBEREESTEE CHRE) . JIEYHEK (ADA) &1

BRENEMEFEES : LT OIEEDRN—X 54 VHh5 25 BRE TOELE
6 EHTEHER (6BMWT) TOHTIERE. %FVC. RARSKIE (MIP) . RRIFSKE (MEP) I8&

B M 5 EH:ZREUNUBEWHEZSTETOFENRE. RTRET7YA LDERSZ 1 QM LZ(F 2 TDESE (FAS)%Z
MRELc. BEM(E. ETRHETE (BEHR) ROERIT— S [CEDNWTFHIILUlc . SRERNEZNEETHE
IEEDZNZENICONT. R—XSA VN5 25BRFETOELEXFRLEZEHL. T I —TIC
DV THABERUOR—RS5A4 VNS DELENIFE(LRDFBERV ISKEEXEZRU,

FIAET YA LOEBSNHERVHEZ
BE.ZNLINWIVT—E FILT7 (BELFHEER) LT BREOBE(CII 1 OFE1kghic)20mgZ. AREDEZ(CII1OHFE 1kgdhic40mgZz
fREREFRIRAIR ST %,




(2) BEER

TI—71 (ReEDEE) TI—72 (BLaEDESE)

(n=10) (n=14)

145

5514 Bl (%) 3(30.0) 9(64.3)

4. B (%) 7(70.0) 5(35.7)
i (%)

thiRfE (8EE) 38.3(19.8~78.3) 46.2(20.5~67.5)
NEE. Bl (%)

BA 8(80.0) 13(92.9)

BAXIETZ TURRKEA 0 1(7.1)

ok 1(10.0) 0

Z Dfth 1(10.0) 0
A% (kg) . PRME (&EH) 62.9(48.5~82.0) 77.4(49.0~112.6)
SRS RS (%) . TIIELRERE 43.3+£23.79% 36.3+16.39%2
FEAEF i (%) 38.3%3 30.0%4

%1 n=8.,%2n=9,%3n=1.,%4n=1

(3) &2
BEERMNUEIEA

BEBRE. JIL—71 (RKEEDEE) TIF80.0% (8/104l) CRHESN. EREZEERE. BEAS (40.0%) . THI.
FEMEHEV. BONRUOERBZBHNE 36 (30.0%) THolc. TIV—72 (BEEEDEE) TIE85.7% (12/1441) CFRHS
N, EREEBRE. 5. HESENU LEERNE 36 (21.4%) THol,

BERBEZERIF. 7JIL—F1TE 16l (5mg/kgik58#) ICRHSN. [FREERUHEBRNRENZ 161 TH oIz, T
IW—2T(E 161 (5mg/kgig58%) (CRHSN. BIBLMH 1 fITH ofc. IRSPIICESBEERIF. TIL—F1T14l
(5mg/kgi%58%) [CERHSN., HIREBR UETNRENE 1 FITHofc, TIL—F1ROTIL—F200FNITHENT
BHRETCICECHEEBRIFBHSNEN O,

BlIfEAIE. ZIL—1TI1360.0% (6/1061) . ZIL—2TIF50.0% (7/1481) [CRHSNT. EBREHWERIIES [
W—21:261(20.0%) « ZI—F2:161(7.1%) I ROBD [FIL—1:261(20.0%) . ZIL—F2:061 THofc.
BEREIERIF. ZIL—1T16l (5mg/kgig58#) (CRHSN. [FIREENRUMENRENS 16l THofc, 1I5%1E
[CESIBUEAIR. ZIL—1T16I (5mg/kgig58%) (CERHEN. [FIREER UTHENREN S 1§l THolc. TIL—7F
1ROGTI—=F200VWTNICBNTEIRTICESfEIERIFERH SNIZH o1,

;,) Nexviazyme-
(avalglucosidase alfa)

28



BR R AR AR

TIW—1 (ReBEDEE) [CBIF3EEERNUBIERADOEIE

5mg/kg BBI%S | 10mg/kg BEIRS | 20mg/kg RBIRS

(n=4) (n=3) (n=3)
BEER 4(100.0) 3(100.0) 1(33.3) 8(80.0)
EIEF 3(75.0) 2(66.7) 1(33.3) 6 (60.0)
BEEREEER 1(25.0) 0 0 1(10.0)
SEREIER 1(25.0) 0 0 1(10.0)
BSHIECESFESER 1(25.0) 0 0 1(10.0)
BEIEICEST-EIER 1(25.0) 0 0 1(10.0)
RLICEAEER 0 0 0 0
FELICESEIfEA 0 0 0 0

HIEHIE (RREE %)

TI—1 (FaBEDOEE) [CH1F FEHEARRINR

5mg/kg IBBI%S | 10mg/kg [BBIRS | 20mg/kg RBIRS

(n=4) (n=3) (n=3)
2EIEA 3(75.0) 2(66.7) 1(33.3) 6 (60.0)
®’5 0 2(66.7) 0 2(20.0)
EiD 2(50.0) 0 0 2(20.0)
FOERAN IR 2% 1(25.0) 0 0 1(10.0)
A 1(25.0) 0 0 1(10.0)
FENEDHFL 1(25.0) 0 0 1(10.0)
0% R 2 1(25.0) 0 0 1(10.0)
HIBE 0 0 1(33.3) 1(10.0)
i 1(25.0) 0 0 1(10.0)
BRETERMERER 1(25.0) 0 0 1(10.0)
GEFE] 0 1(33.3) 0 1(10.0)
BT 0 1(33.3) 0 1(10.0)
e 1(25.0) 0 0 1(10.0)
E2ISESE 1(25.0) 0 0 1(10.0)

FIRGIE (RIRENIE %) . MedDRA/J ver.17.1

FIZAET YA LORRSNAZRUAE
BE.ZNLIIWAVS— PILT7 GEGETERR) EUTBREOEECE 1 @S 1kgdzy 20mg%., LIRRIDES(C(3 1 DHFE kg 40mgkE
BRI 5T B,




TIW—72 (BEaBEDEE) [CBIF3EEERNUEIERAOEIE

5mg/kg BBI%S | 10mg/kg BEIRS | 20mg/kg RBIRS

(n=4) (n=4) (n=6)

BEER 4(100.0) 2(50.0) 6(100.0) 12(85.7)
BIER 3(75.0) 1(25.0) 3(50.0) 7(50.0)
BEEREEER 1(25.0) 0 0 1(7.1)
SEREIER 0 0 0 0
BSHIECESFEEER 0 0 0 0
BSIECESTRIER 0 0 0 0
RLICECAEER 0 0 0 0
FETICESEIER 0 0 0 0

HIEHIE (RREE %)

TI—72 (ELaBE0EE) [CH1F EHEARRINR

5mg/kg IBBI%S | 10mg/kg [BBIRS | 20mg/kg RBIRS

(n=4) (n=4) (n=6)
=&IEA 3(75.0) 1(25.0) 3(50.0) 7 (50.0)
&% 0 1(25.0) 0 1(7.1)
I IRE 0 0 1(16.7) 1(7.1)
BIRTARR 0 0 1(16.7) 1(7.1)
T 0 1(25.0) 0 1(7.1)
FENESHFE L 1(25.0) 0 0 1(7.1)
IRRISESE 1(25.0) 0 0 1(7.1)
EAEE 1(25.0) 0 0 1(7.1)
®’5 1(25.0) 0 0 1(7.1)
GEFE] 1(25.0) 0 0 1(7.1)
BERE 0 0 1(16.7) 1(7.1)
{RIME 1(25.0) 0 0 1(7.1)
EABBALR I 0 1(25.0) 0 1(7.1)
BhEHE 1(25.0) 0 0 1(7.1)
HAPYYE 1(25.0) 0 0 1(7.1)
EOFEE 0 0 1(16.7) 1(7.1)
fitREIR B EE T 1(25.0) 0 0 1(7.1)
=5MKRE 0 0 1(16.7) 1(7.1)
EER 0 0 1(16.7) 1(7.1)

FIRFIE (FIREIE %) . MedDRA/J ver.17.1

6) Nexviazyme*

e [ (algucoscese afe)

30



B AR RS

infusion reaction

TI—1 (RBEDEE) ClE. BEBREMRSTEEZE CRELInfusion reactionh™ 241 (20.0%) [CER$HS N By, KIEB
TR ZENESDFE V), X [EIRESE . (I . BEROTHIHNZ161(10.0%) THolc. TIW—"2 (BLEEDEE) TlE
261 (14.3%) ICERHSN . BEYE . JFENESHE L Z5FEE . 2 EOFREZNERMENZ161(7.1%) THol,

mEMInGE (ADA)

ROZAET YA LR SEERICARI AE 7 YA LA THEER. 7I—F 1 TRBHSNT . 7IL—T 2Tl
5mg/kgiE 58T 25.0% (1/461). 10mg/kgiR58T75.0% (3/461). 20mg/kgid 58T 16.7% (1/661) TH1z.
1B SRIAE 20 B E TICARIAE 7 YA LABBMEEBoBE R, 7IL—T1Tld. 5mg/kgiR 58T 100.0%
(4/4%1)). 10mg/kgiR 5B T66.7% (2/361). 20mg/kgiR 58T 100.0% (3/3f). 7' )L—F2Tld. 5mg/kgiks
BT50.0% (2/461) . 10mg/kgid 58 T75.0% (3/4%1) . 20mg/kgid 58T 33.3% (2/6fl) THolz. FTAET
Yo LT T BRI S BoleBE(F, 7)U—F 10 5mg/kgiR 58T 161(25.0%) “[CRHS Nz, TIb—F 2Tl
B5RIIA% 29 BIEF TICH7 LI ILIVS — PIL TP RARIEE B BEE. Sme/kgiR 58 T75.0% (3/4f)) .
10mg/kgiZ 58T 100.0% (4/461) . 20mg/kgiR584T50.0% (3/66]) TH-lz.

IR SHEE 27 BICBVTHIFHA (HIZEAH ZEE 3 2P 0HE) BRitsaor,

FIAET YA LOEBSNHERVHEZ
BE.ZNLINWIVT—E FILT7 (BELFHEER) LT BREOBE(CII 1 OFE1kghic)20mgZ. AREDEZ(CII1OHFE 1kgdhic40mgZz
fREREFRIRAIR ST %,




(4) Bzt [ERFRNFNEFHEBIEE ]

(ROZAETHA LD5mg/kgRU'10me/kgiEBIZ 58 . ARADRERVAENLS. BRLTVNET.)

6 3 IS1TEER (6MWT) TOLHITIEREDE(LE

R—=RA5A VD5 25BFRETDOMWT TOEH1TIERE (%TRHE) DELEIFLITDESUTH oI,

20mg/kg BBigS

‘ B 3
(ga)el::;;a;%%) R—254> 75.249.80
/O7R 1N
R=2S5AUDEDE(E 3.9£3.45
‘ SHEOIS 6
(75;52:;;05%%) R—25AY 72.8+20.59
e N—251VDSDE(LE —1.3+8.94
TiE R
%FVCODZE{k=

R=RSA VNS5 25BRETDRFVCOELEIIUTDESBITH oI,

| 20me/ke Wi

‘ ST 3
(751)61;@_4;0;%%) R—=25(Y 63.4+£17.84
R—2S54AUDSDE(LE 6.2+3.15
S S 5
e N=R34Y 70.4+16.40
(FBROES) R—=ASAVHSDEILE 1.4+5.71
FifEHEE R

RAWSTE (MIP) DE{LE

R=RS5A4 VD5 25BRETOMIP (%FAIE) DELEBIFUTDESITH O,

| 20me/ke Ml

] S 3
(9%5;;;0;%%) N—2S54> 50.2+19.89
R=2SAUDSDE(LE 7.9+15.73
\ SHEBIS 6
(yaégl;;;;aiﬁ%) R—254Y 74.2417.01
R—2S5LIDSDE(LE —0.2+6.85
T ——

RAMESE (MEP) DZE{LE

NR=RA5A4 VD5 25BFFETDMEP (%FAIE) DR(EERUATDEBI TH O,

| 20me/ke MBS

\ SHEBI2 3
(7%;.;0;%%) R=R51Y 66.1£18.51
N=254YUhSDEILE 12.0+4.05
\ SHEBI 6
(dﬁjﬁg';;;a?%%) N—=251Y 84.9%25.21
N=254UNSDEILE 6.0+21.80
TR RE

——
U

32
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BR R AR AR

YRS IR 5EtER (NEO-EXTERER. LTS13769%1ER)
[NEO1:E& (TDR12857#ER) =5 r Ue RBBEXN (FBRFE T E LB SEDEFRE!
MUNREBEZWREUVCHGEIRSHER] cans—9)7

7) (ERER CESHREIR SR (LTS137695E8R) [RRSSEEH]

(1) EBREI=

NEO1:5% (TDR12857 51 88) NEO-EXT:5% (LTS1376955%)

RIAETF YA L RIAEFYAL
5.10.20mg/kg 5.10.20mg/kg MRE#%S (NEO1HEREFIRAE)
RS 5.10mg/kgl3104~156;AMDEIC20mg/kgICIBE

7W—1
BEOEE

2W—>2

S S . RIAET YA L RIAETP YA L
74 S —
yj;ﬁ;i)g;%%%%é 5.10.20mg/kg 5.10.20mg/kg FEiEIZS (NEO1EREBREFAE)
/| 1SN = SE /U — N 1 : : EE
(9 BRILLE) f@EiES 5\10mg/kg($104 156;8DR | 20mg/kgl Bs
| FSRIgs | | FSRIRs |
I | [ ,
248 BESFR

HER T Y 4 YUBS. BIEERHE. FER. MRS EER

= BRI ZAET YA LORBRSORSMRUEYBEETHET 2 0IC, BNEI—H—DERRY
RRE M HEIER T B REBNIERER T3,

it FIREETILIINAVT—¥ P IFEAROERIKY REEEENRE LS RARER
HERTHHNEO T 5ER (TDR1285758R) #52T Ul Ky ~pEEE 246

p:| % INEO158 (TDR128575%88) cEAUAEE#EL TR S Uz, BISAEN 5mg/kgX(F 10mg/kg

BEIR S THo BB, 104~ 156EDMHIC20me/kgfRBRSICIEBUR.,

T M 1§ B:Z24 [PREF0HYN TJETH32020F 2827 HERICHIIZ2EEERNUREIEA. BBRET
ERICK>THIES NIzinfusion reaction CEEREMETEIZE THRE) . TiEYHAE (ADA) 15.&£]

(R MF., SRS (5 R) RUERIFT—IICESVWTEHE Lz . @BTDHDR—I S A VBl
TDR12857 HER COYIEHE SRINDEEDEEEZEUTC . PREFETOAVNA THTH22020FE2H27H
BfmC. TDR12857HERDEBEZE 246021 fINHBRZT TU. ZDS3E5D 196IIELTS13769 5 ERIC
EIRSEN. 261FEHBENDSIZP LU,

4
=
oy
Bl

FIZAET YA LORRSNAZRUAE
BE.ZNLIINAVS— P T7 GEGTERR) ELTBREOEECE 1 @S 1kgdzy 20mg%., LIRRIDES(C(3 1 DHFE kg 40mgkE
BRI 5T %,




(2) NEO-EXTEE% (LTS137695158) ICEHREINIEE

\ T—F1 (REBRDES) \ T—T2 (BEBDEES)

NEO 1 HER CHEREDR S ZZ(TEBE . FlIE1 10 14
NEO1RKB%ER T UIcEE . fI51(%) 9(90.0) 12(85.7)
NEO 1B ZEDIE LTz B . I3 (%) 1(10.0) 2(14.3)
SEaEDIE UT-IBH

BEER 1(100.0) 0
BEDHFLICELD 0 2(100.0)

NEO-EXTHER CHEREDIRSEZ(FEBE . flK 8 11
NEO-EXTHEBADSNZDLEUES . Fi3 (%) 1(12.5) 1(9.1)
HEEANDSIZEDIEUEIEE

BEDELCELD 1(100.0) 0
ZDfth 0 1(100.0)
B (21E%)

(3) =224 (TDR12857 K U'LTS13769HERD 212 S5HAMK )

BEERNUEIER

BESRIE. 100.0% (24/246)) [CRDESNTz. FBREEERIF. LIRTERX

1161 (45.8%) THofco

1561 (62.5%) . &:f11261 (50.0%) . THI

ERBESEREIPICTROSN. BRK . EMIERZED . BRI . OEIE .. RAEENIRERE . B9 . MERAR. ¥
RESE . [ . BEMARE . . BIME. ABIE . KBIIRILKR . iBASRIEIREE . BR. FH . BEMR. B85, Bt
RAEMBBEMZFHIR— 21— 0O/NT —. BIEHI. BOIZE . JE0MRE SR . ZREBFRIRMASE . ke . BiiaE. DERE
QIR BEX. BHEE. (WEBH. &, MR . ﬂ?MTéb“‘RHW'C?ﬁDTLo?x’—t_rq:'ﬂ:lu?ohﬁEE%la*HﬁU(u
RHOSN FEMEHFT V) L ZR. FIREE . BONUWEFARENSZ 16 TH 2. RTICE BESERIFFRD
nizhorz,

_U{’Eﬁﬁlat 75.0% (18/2481) [CERHSNTz, EREIMERIF. BERE. B RBENOEFNE 36 (12.5%) THolc. E

FEIEFIE 261ICERH SN, [HIREEIE | MERRE . BERURBNEZ 16 THofc, R5PIEICESEIERE 16
W&Jbﬂ IFIRESER UHEBRRE THolc, FETICESEERIFFRHSNIZH o,

BESRNUEIEFROBE
5mg/kg RBBI%S* | 10mg/kg RBI%S* | 20mg/kg FBigS
(n=8) (n=7) (n=9)
BEER 8(100.0) 7(100.0) 9(100.0) 24(100.0)
BIYEF 8(100.0) 4(57.1) 6(66.7) 18 (75.0)
BELREEER 4(50.0) 2(28.6) 3(33.3) 9(37.5)
EEREIER 1(12.5) 0 1(11.1) 2(8.3)
BERIFCESIEEER 1(12.5) 0 0 1(4.2)
BE5IEICESIEEIER 1(12.5) 0 0 1(4.2)
RLEICESIEAEER 0 0 0
FETICESFIERA 0 0 0
ARFIEIES CRELT: 3(37.5) 0 3(33.3) 6 (25.0)

RIRGIE (RIREIE %)
%104~ 156 BO/IC20mg/kgheBiR SICEB U,

E——  Neiazyme

(avalglucosidase alfa)
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BERRRIRR
EI{EA 5mg/kg IRBIRS* | 10mg/kg IRBIRS* | 20mg/kg FERIRS
HBEXH/BHE (n=8) (n=7) (n=9)
2EIER 8(100.0) 4(57.1) 6(66.7) 18 (75.0)
RERES 0 0 1(11.1) 1(4.2)
SBEE 0 0 1(11.1) 1(4.2)
FHRREE 4(50.0) 1(14.3) 1(11.1) 6(25.0)
FEIESHF L 2(25.0) 0 0 2(8.3)
FRRIM%EHFE LY 1(12.5) 0 0 1(4.2)
et 2(25.0) 1(14.3) 0 3(12.5)
FHRE 1(12.5) 0 0 1(4.2)
LS 0 0 1(11.1) 1(4.2)
ek 1(12.5) 0 0 1(4.2)
iRpEES 0 0 1(11.1) 1(4.2)
ARESZ SFEEAE 0 0 1(11.1) 1(4.2)
TURIEND 0 0 1(11.1) 1(4.2)
DRSS 0 0 1(11.1) 1(4.2)
IDEMERRSHIN G 0 0 1(11.1) 1(4.2)
MmERE=E 3(37.5) 0 1(11.1) 4(16.7)
b 1(12.5) 0 0 1(4.2)
SmE 1(12.5) 0 1(11.1) 2(8.3)
{KImE 1(12.5) 0 0 1(4.2)
[EIRES . MZRH KU HtFRES 3(37.5) 0 0 3(12.5)
75 1(12.5) 0 0 1(4.2)
R R 2(25.0) 0 0 2(8.3)
AN ESE] 1(12.5) 0 0 1(4.2)
BEES 4(50.0) 1(14.3) 1(11.1) 6(25.0)
i&%E 0 1(14.3) 0 1(4.2)
iyl 0 1(14.3) 0 1(4.2)
BREWRMERSR 1(12.5) 0 0 1(4.2)
OSER 0 0 1(11.1) 1(4.2)
il 3(37.5) 0 0 3(12.5)
EERR 0 0 1(11.1) 1(4.2)
HESKIUE MAMES 3(37.5) 1(14.3) 2(22.2) 6(25.0)
HIHE 0 0 2(22.2) 2(8.3)
ZHE 1(12.5) 0 0 1(4.2)
FEHIH 0 0 1(11.1) 1(4.2)
TOFERE 1(12.5) 0 1(11.1) 2(8.3)
2P 1(12.5) 1(14.3) 1(11.1) 3(12.5)
HERRBIUESHEES 2(25.0) 1(14.3) 1(11.1) 4(16.7)
RIS ERTE 0 0 1(11.1) 1(4.2)
AhEEHE 2(25.0) 0 0 2(8.3)
il 1(12.5) 1(14.3) 0 2(8.3)

FIAET YA LOEBSNHERUTHEZ
BRE.ZNLIWIVT—E FILT7 (BELFHEER) LT BREOBE(CII 1 OFE1kghic20mgZ., AREDEZ(CIF1OHFE 1kgdhic40mgZz
fREREFRIRAIR ST %,




EI{EA 5mg/kg IRBIRS* | 10mg/kg IRBIRS* | 20mg/kg FERIRS

BEKXSIE/BERE GEL)) (n=7) (n=9)
RS EUIERE 0 0 1(11.1) 1(4.2)
BAFR 0 0 1(11.1) 1(4.2)
;gﬁ - ERRESSTRSEMIO 4(50.0) 3(42.9) 2(22.2) 9(37.5)
ENE 0 0 1(11.1) 1(4.2)
BIERR bR 1(12.5) 0 0 1(4.2)
== 0 0 1(11.1) 1(4.2)
BEE 1(12.5) 0 0 1(4.2)
w5 1(12.5) 2(28.6) 0 3(12.5)
SNBSS 0 1(14.3) 0 1(4.2)
SEABBIRS 0 1(14.3) 0 1(4.2)
= 1(12.5) 0 0 1(4.2)
A 0 0 1(11.1) 1(4.2)
EARRE 1(12.5) 0 2(22.2) 3(12.5)
Mo L7 F = 800 0 0 1(11.1) 1(4.2)
RS 0 0 1(11.1) 1(4.2)
BROEET 0 0 1(11.1) 1(4.2)
B RE BIE T 1(12.5) 0 0 1(4.2)

HIRBIEY (FIREIS %) . MedDRA/J ver.22.1
%104~ 156 BORIC20mg/kgBIRSICIBB LT,

infusion reaction

SBEREMEHEZEZE CHREUzinfusion reactionh'6fl] (25.0%) ICERHSNTz, K<FHS5NIzinfusion reactionld. FEJE
H'360(12.5%) . ZEESHFEV. BINE. B, 5. Z5EEROEZHZ 16 (4.2%) THolc. 114 IFEHREZENT
BERTHOfle. COBR GREFERIRMMIAE) (FREREEDRARBEZH RV EHIBFE NI,

mEDHF (ADA)

TI—F1TlE. 90.0% (9/1041) [CEREHZRS T THRIELCADANERH SN, 80.0% (8/1081) HWEFHEHNZRIGT
&Iz 161(10.0%) [FREBEE LY. LIEIFADARMEROfc, TIL—T2TIF., 42.9% (6/1481) [TEERER ST T
FIZUTADANFRHSN. 28.6% (4/145)) (F85RZEIZS T THERUCADANFEIRL, 14.3% (2/146)) TIFEHERS
TTERUCRBD RO SN, E—IHAMEDDRIEIE. 7IL—F1TF1600 (8E:100~51200). ZIL—F2Tl&F
400 (#3FE:100~12800) THofco

;,) Nexviazyme-
(avalglucosidase alfa)
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EMEE

MmpiERE
(1) BRERIRBEE (ABATF—9 . BFEAZED) ¥

BREREE (ZILIIVIVT—E ZILT7) DEEREDRBVERER Y ARRFESE (16E~78m) [CRITAEF YA LA
20mg/kgZfmiE TRIEERMNIE S UTc EEDFEYERE/NSA—I [FLITDESUTH 1.

I AET7 Y1 L20mg/kghRBRIEFFIRAIIR SO EYEEB/INS X —9

Cmax AUC ast
A= S
sl (ug/mL) (ug+h/mL)
YOS 49 259+72.3 1290420 4.02(2.53.6.33) 1.34%£0.561%*2
£ 5491808 48 242+81.4 1250%433 4.03(2.20.7.33) 1.55+£0.887

B HAFEERE | tmax(FTPRIE (F6EH)
1 RIGEDEKRARER
¥2 n=47

FIAET7 Y1 L 20mg/kglREREEFIRAIZ SE O MRREHER (49:801)

(ug/mL)
400 —@— 20mg/kg
————— EE TR
(0.012ug/mL)
e RERE

300

200

100

W@EENIEN E—QUUSNESNBEE

12 (B3R5)

RS REEROEBRR




(2) ARBINYRBERE (HEAT—9 . BFEAZST) ¥

BREREE(ZILIILIVT—E FILT7)EEEEOA RN/ ARREE (15~ 12K) [CRIRAEF T A L20mg/kg
RIF40mg/ kg BB TRESIRAIZ S Ul & = DZYENE/ S5 X —I FUTDESY THo.

RIAET7 Y41 L 20mg/kgRIF40mg/kglRBRIEFEFIRMIRSIFOEMENE/INSA—5

Chnax AUC ast
i Ir.-' A PIIRY
bl (ug/mL) (ug+h/mL)
n 4.43
O S583 5 189+56.7 923+352 0.703£0.291
TrR—p 1 %4 (3.90.5.33)
20mg/kg 3.97
55 25 JEH + + : +
%5 25380 5 175+65.9 805+295 (3.77. 4.75) 0.601£0.256
n 7.00
OIS 4 403%£171 2630%£972 (6.00. 7.25) 1.15%£0.523
Jih—h2%4 .00.7.
40mg/kg 713
% pELS +60. + ’ .04%0.
%5 2580 5 297+60.1 1930+348 (5.67.7.98) 1.04+0.248
n 6.83
O 58; 4 250+45.1 1720+255 (6.65. 7.22) 0.806+0.248
JiR—h3%5 R
40mg/kg 6.87
%5 25 A + + : +
%5 25380 5 356+84.7 2200%533 (5.03. 7.43) 1.19+0.472
FIEHTHERE | tmax[FHIRE (0F)
%3 RAAEDB R RER
¥4 DLEBO6HABICHIOTTZILIINIVI—E FILIT7ZR—EDRAETESEINTLICHENNDST . BRNE(LZR I EE
%5 MRLEB6HAMICOIOTTZILIIVIYI —€ PILIFH—EDRETERSEINTVEICEN N DS T Rt HRERRLER T EE
FIAET YA L20mg/kgR (3 40mg/kghsEREEFIRAIR SO MR PREHR (25:88)
(ug/mL)
500 —O0— Jik—h1%¢ 20mg/kg
(n=5%7)
% —@— Jih—h2%° 40mg/kg
Z (h=5)
B 400 4
7 —&— Jk—h3%8 40mg/kg
;I) (n=5)
2  /JJOU\ T 8 TR (0.012ug/mL)
L 300 TR
] %6 DIaLEBH6nBMICHI>TTILI IV
3 Jv9'—€ FILIZRA—EDHET
I ‘BSEINTLEICEDDS T BRR
£ 200 WRLZETRTRE
*7 ARO6BIDSE 1 Gl H Y ENRE R
7 NSRS NI,
U %8 WgLEBH6nBMICHI>TTILI IV
7 Jv9—€ ZILIT7H—EDHET
7 100 BEINTLEICENPDST R+
= DIRFFRRIET S BE
E
O —
0 4 6 7 8 10 12 15 19 (B5RD)

15 HEE OFBRE

FIZAET YA LORRSNAZRUAE
BE.ZNLIIWAVS— PILT7 GEGETERR) EUTBREOEECE 1 @S 1kgdzy 20mg%., LIRRIDES(C(3 1 DHFE kg 40mgkE
BRI 5T B,

E—— G Neiazyme

Yy (algucoscese afe)




YIE)E

A

b k]

(1) P HER®

EFRBRYRREE 756D 5BoNMRETEEICE D BEFEYEIRBHFETOBR . RIZAETZ YA LOENFDHI0
AV AV NCBIF BDREREIE 3 ALEHES NIz, Fhos RIZAETHA £20mg/kgRIF40mg/kg =BT
BE5 U e DIRER Y RREEICH T BESRETOTIH B 3.5~5.4L THIz,

(2) 7w (IYDR) 2
Blta-7I VI =L/ vIFPINRDAANT NIV WAV I =€ PILT7ZZESUIcETS. R CROELS L. FHiE
BT HEVETH AN DR BEHICEHTUI,

e
FE ORHHBEOFHEESNCEOTVRWN, I Y NTEEL T, FHBFEAREREBEZNUTHED FORTFRY
F7Z/BRICHBREINBIENEZISNS,

[&#£] (in vitroF—9) 2

PNWIIWAVT =€ FILT7IE 2DDFKRIFHI Y/ —X-6-UVEE (M6P) BZEFHONFYIY /) —ABEZZTERT
UAVE. PI/AF VR EFOERIVA—ZNLTZILIINIAVT—€ FPILIT7ICHESRIERATHD. GRY
JH—85 (Genz-669342UVAH—) & P/ FAFV/FF IV LABEERSIYREA TERINTS . Genz-669342
UVA—DSRMEENZTEMDHIDMERMELT. ERSYVIBESEYE (4-EFOFVEBEERS IR [HBHI X
O7Z/FFI7EFIVERSIR[AOCAH]) EERSIVMFESNTLND, MEHESNBZOEEMEN B2 Genz-669342Y
VHA—RUZOMDERSIVIBEZHILEY (HBH. AOAH, ERSIYV) [CDWVWTEFHIE LR e IR ZR W zin
vitrostBR I, ZNNILTILAV ST —€ FILT7FHSDER. XIEGenz-669342UYA—DHREAEDERZNLTOER
SYVEBELEYRBEAEERUBVWIEN RSN, Fic. HRESE TOFMBIRN . XIFRAFINTDF/NILT )L
Jv89—€ FPILT7XIFGenz-6693420DA VFa1R—avTlE, e FERRTOZ NIV T—E PILT7XIF
Genz-669342hSDEE. XEGenz-669342U Y A—DHREEDHERENUICERS YV SHEILEMFIFEAEER
LiaWLWZENRENT,

Bt ®

BEMEMERBETIVHS. HENRERERY RRESORAEIVF SV AN 0.87L/hEF RIS NIz, 20mg/kghRiE
BE5&OFHMEBOERFRMAG1.558— TH ok,

AHI20mg/kg kU 40mg/kgZfRmiBIg 5 U AL IRER Y RIREBEE(CHIF B FmEIU7 5 X130.53~0.70L/h, F
MR ERFRIEAE0.60~1.19E THofc,

RTAL T YA LOERBENIFERUER
BE. FNLIINAVT—E P Ty GEGTFEIRR) LT, BRAOSBECE 1 OIFE 1kgsHizW 20mg%. LIRRIOSBE(CIF 1 OHKE 1kgd izt 40mg%k
BRI 5T %,




FERNSEIE

{ERERF

FIAETP YA L PIWTIWIVT—€ P I7ZSEUICGELFHERZENE a-T)LIY T —ETHY . YV —X-6-
UVEE (M6P) RBAZN U ERIR R Ut D BB\ DIRAHFDIBAZENELT. ZILTIVIVT—E PILT7 LD
B 7 VEBRRICMOPZRBE S B IcHDTH B, MIRAICIATNIEARFF, SAVY —LhTUI—-5VDa-1,4-
KUa-1,6-JUIYREEZIKDRT B LSRN, TUI—=5VZRRLU. BlEEZNET 5.
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ERAFEEIECOMETHER (EFC14028HBR) CBVT, RIRETFHA LRBTLIINIVS—€ FILI7%E
20mg/kgRBIR S UTc &, TBRTHIRIO 49BIICSF BMBECKEDN—2 54 DS DTHEILBIERIRET
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100mg/kg7. @10, 54 0. #iIkNESL. REERS7BRICEE#BTITVI—-5VEZATELUL, iR EI R—bd
DOI7VUI—4"VZ7=07 )V —EICKIT IV I—ZANBERNITINKDBERL. £ULTILI—RICDOWVT TrindersHE
ZRVWELEEEACKVAIEL., BEMEN ST ILI—RE (mg/dL) ZKelz, 7NV IWAVST—E ZILT7RUOT7IL
JIW3AVT—E FILIT7VWITNDRSTH, EHOEBTHEHETITVI—SYVEDR TMEAN HFS5N Tz, DEICBWVT.
PNWZIWAVST—€ FILTr7Amg/kgESEOBEBTITUI—-SVER. ZILIIIWIVS—E FILT720mg/kg
BEBEABENROSNID . PNILTIWIAVT—E ZILT712. 20mg/kgid 58Tl ZNZNFILIILIVT—E
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7ILT74.12. 20me/kgiR SEDB/DIUI—VEIF. TNZENFILIILIVS—E 7ILT720.60.100mg/ke
BEBEEEEFSRDOSNEI O,

N =g g
(mg/g) R (mg/g) S (mg/g) ULy
15 15

#H # #H
%&E 15 ﬁl:c ﬁ:‘e

‘ . 10 10
7 7
U U U
77 T T
5 55 55
>~ 5 b b

- .
eﬂ% 20 60 100 4 12 20 (mg/kg) B 20 60 100 4 12 20 (mg/kg) ell% 20 60 100 4 12 20 (mg/kg)
Ao T A “aeu T aa ““aeu T aa
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GAAKOXYDRITBE. 7N IWaAvd—E 7ZILT74.12. 20mg/kghk U7 IL7 IS —€ 7ILT720. 60.
100mg/kg7z.B1ME. 5140, BiRAKZSL. REZS7HRICZEBPIVI—5VEZATEL BRREYR—bd
DIVI—=4VZ7=07 )2V —EIL&IT )V D—ZANERNITIIKD L. £UTZZ)LO—Z T DV T Trinderit &%
BAUVEEEEICKVAEL. ZEMIEN ST ILI—RE (mg/dL) ZRTIz, iDiE . EIEENR OLERHICEWVT. PNV IV
V9 —€ 7ZILT74.12.20mg/kgkS580E#TIITUI—-SVElR. ZNETN7I)LT )LV 9—E 7ILT720. 60,
100mg/kgiR 5B EFREIFROSNBH e, ZBE/HICBVWT. 7NNV d—E 7ZILT720mg/kgik 58 TlE
ZIWIIWAVIT—F FILT7100mg/kgiR5HEERENROSNZN . PNV IWIVST -8 ZILT74. 12mg/kg
BEBTIE. ZNZNZILIIAVS—E FILT720, 60mg/kgit SBEAREFRHSNBI . BHICHBNT,
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25T BENT. GAAKOYIRICMEPSEEBNRRBBSEO7ZNILIILIVT— ZILT7 (SAM6-1~SAM6-5)
#20mg/kgR7IL I I AYT —€ FILT7100mg/kgZB 1. 40, BIRMIESL. BKIES578%(CELD
BT — 5 VB EELSNITACIVAIEL . SAM6-1 (FUAVH21ME. M6PDEILSHE 4.87) 20mg/kg
B53TE. =ES. DEHROBEHICSVT, ZILIILIVS—E ZILT7100mg/kgid 58 kBLTI/UI—4"Y
ETERNEE N >z0 SAM6-2 (TUNVE3ME. M6PDEILHE 7.41) 20mg/kgiR SEOB/DTUI—4 VB,
=TERS . WA R ORIECSV T, ZILIILIYT—t 7ILT7100mg/kgBiEBEERRDSNBN Tz, TNSD
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[0.49] [4.87]1 [7.41] [10.471 [11.2] [16.56] [0.49] [4.871 [7.41] [10.471 [11.2]1 [16.56]
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¥MOPDZEENRBZBZFNILTIWIVT—E FILT7DIER

PNWINWAVT—E FILTZSAM6E-1. SAM6E-2. SAM6-3RU'SAM6-4(F, ZILTILAVF—F 7ILT77%2.0mmol/LDBIVREIET
TBIEL. SRMECIVAY /I VNTBHZEFIEEE DI EICIIMOPOBSEEN BRI BEERLLTCHEL Iz, PNNIWIIWIVT—E 7Ib
T7SAM6-5(F . BB LR UTEE N RADIEEEFEL T, 22.5mmol/LDBIVREIE THILL TREL,.

ZILFIaAVS —E ZNIWIWAVIT—€ ZILT7
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ZEMFIERR (YIV)

N T4 I EBV 2658 RIEHIRMIE 5514 (0658-110975ER) D—EBE L TTol. ZTORE. 200mg/kg
FCORECHIRNIRSUzEE | PIRMER (CNS) DIBERROTFRR/NSA—IIC, PNILIILIAVT—E FILT7
[CRET BELFRHSNED Tz,

=,
= $55R
(1) BOES SRR
BO%SEHHREERURD oI, REUSHICOVTIR ., REZSSHEBROVEIESRICTHEL.
(2) RiEHESSEHRER
EiE BSER S5 HAR B5E wmEMNE
ERIRA 148/ 0.50mg/kg. 2BIC1 @ HHET
NORX
EAIRA 28Hm™E 0.4.40. 120mg/kg/@ 120mg/kg/ 8
FEIRA . .
OESERIS A 28HM™E 0.4.40. 120mg/kg/8 120mg/kg/@
Y
FRIRA . - 200mg/kg.
OISR A 2684 0.50X[%200mg/kg. 2;E(C1E 2EIC1E

RURICHF B HFFEN 14 HRERERIRAESSHEERR (YOX)

NDAIC50mg/kgXIFBERZ28(C1 @, 14BHERBIRAIR S UIc (SEFS#S 100T) . SETHIFRLS. —ARIRRE. K&
[CHIFRELIFRBHSNIZN I, BIHEEDBINN HSNIc, BiET DRIEBMFNEILEEROHS NN o, FEER. R
HERUHETRENMREIND ZORDIVRADHERTIF. YOARTYILOVWTNICEVWTHERDTRIFER
SNIEN2IeENS RERN14ABRERICHIFRINSDELD P NILT VIV T —E PILT7EREET ZTREMSFEL
EEZSND,

RO RICH I BFEFRN 28 HRERERFEIRAE S SRR (YOX)

YUZRI(T4. 40, 120mg/kg/BX(FE1E%E 1 @28 BREEIRARS U (SEISIHES oL, BER IF IS 3T) .
3OBRS5HICBREIC—BT EENBERINLIENS, ZO%EF. YTTVERSIY10E20mg/kgERiES
(BBERES) Ulc, BEUEICEERT 2EEZ 5NN 4mg/kg/BEE (4CIBIRS%IC3M) (RSN, DEET
FRECERHSNEH 2. WENOBEHAHE, BHREE. BEEE. HIBMEROFEEGSZNFRICT /L)LY
F—t FILIFICEELEELEROSNEh oz, U EDBENS, YHRITE 1 E28 BEERNERS Lizs 2 DES
B3 120mg/kg/BTH.




YIVIEBI1F 3 FFEN 28 HREREREFFESMEAER (YIL)

NZOAHIVITA. 40, 120mg/ke/BR 5187258 1 6 28 B . rEisiRAR S (6BRHSHEEAN ) Ul (SEHISMI#S 20T,
43, —ARIREE. SHFRE . (KB, (FE. BEE . BARE . BEEE. JIRRURERAZNRBEONTNCBNTHFN
WIWAVST—E FILTFICEET BELERDS R oz RTOYIVT AT NI WAV —E  PILIFHEE
ENRDSIT, UEDBRNS H=TH)VISE 1 B 4BREESIRAIERS U&= DEEME(F 120mg/kg/BTH1z

YIVICHI1T 3 26 BRREREFES RN U 4 BMOEEHRER (VL)

A=TAY)IVIC50. 200mg/kg X FB1EZ 2;8(C 101 2638/ . REEEIRAR S (6 BRERHUEAN) Uic (BB I ES6ML),
45E, —ARIKEE . BARE . BRIZENRE . DER (ECQ) RE . iRZNRE . [FIRE. (KR . AE . IREE. [BFRKRE. 38
BEE. IMMOREARZNREICSVT, PNV —E ZILI7ITERAT BE(IFERHS NG oz, £2TD
TIVT 7N IWAVT—E PILI7HFAEENROSNI, L EDRERELD . AZTAHFIVIC2BIC1 B, 26:B-R
HEEIRAIR S U EEDEEME(F200mg/kg TH Tz,

(3) &EEFEES MR

ZRSHER U'BRE TOMHIEFELEICE T 558 (YUR)

YURIC10, 20, 50mg/kgX (B . BE/ I TIVERSZ V%, fICFRECR] 10:8M . RECHB PR UREEET.
M T3 ECRT 28 . REcHET (KRR 13HE) RUEIR7BE T, BEHEIRWIEZS Ulc (SIS 220T) . #TE.
10. 20/ U'50mg/kgB##TZNZENA. 7RO BMAET LI, INSERERE (P FI453FV—kRLZEZ0) ICER
LIcbDEZEZBNT, DRXER. ZE. FEEE. SRR RIBEBZNAMERUBF/NSX—5 (FBFDOEH
BEMUEE) ICIFEENROSNBH O, METIF. 10, 20/ U50mg/kgBTZNZTN2. SRV IEAFET Uz, RE
W& (PFT7453FY—ER/ZZSO) ICERLICBHDEEZEZ SN, Tz, 20mg/kgBD 1L TIHBE DR SEIC—iF
KEOSHZ(ENHONTCHREFRS Bc. MORER., ZHE., FEEE. WRENUFED/NSA—IBSUVITIKRE
HEEFHRRICIIZEDRBOSNBNofc. L EDBERNS. REYMDOESHE1F50mg/kg . MiEDZREEEICRI T 2ES
HEF50mg/kgToH 0T,
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ZEHRERIEHBRN OSSR

BE - BBIRFEEICEI T B5ER (VIR Y F)

ORI

HIR<YDRIC, 10, 20.50mg/kg/BXIFBEZ . Fik6 8BNS 158F T 18 1 OEEIRAIR S U (B8 220T), TRk 18HIC.
BEMOFRNRUIBEICSIFZ7ZNILIILAVST—F PILIT7EEOREKFNIIENNHSNI, BIEFETIIINIC
FESEMFEBHSNBH eI ENS. BEMH SRIEMRBERADBITEFBVWERODNDS, RERE (PFT45FY—
BRRIGZEZ0) [CRZEUZIETNA50mg/kgB T 2T (IR 14HDRS5#) . MRIRAREICER I 2EE X 5N HEEN
10mg/kg/ BB T2MLRHSN . BEMIDAE. IR {TIRE . TIIHEAHL. BRE. MEDOEFREIZE. LTI,
BIBEHIGSUICHRRONEK . AlERUBISIREICS VT, 50mg/kg/BETORETZ NIV ILIVS—E 7ZILT7?
(CBHELIZMLIFFRHSNIZD ofc . BREHEBREDEN (2L T62.5%MV78.6%) MURHARINELHDEN (R
MERD0.2&£ LB ULT1.4) ', 50mg/kg/BTHENT. U EDBERNS. iFIR6BNS5 158F T1H 1 OERAIESL
feEEOBHYICRET B ESMHEEF50meg/kg/H . REICRIT HESHE(F20mg/kg/BHTH o,

@uuF

EESE LMD B £(2, 30, 60. 100mg/kg/ BRUEIES . HIR6~ 19 BICSEERAIE S Ul (S8 240T),
30mg/kgB¥TODH 1T (FIR16H) FET-LTzc, FERIFFNETH >z, 60XV 100mg/kg/ B THIIBENYAREIENIHNH]
RUBEEFADH HSNz. FTENRERVERFICE . BEYUNOEEEHSNE o, Fe. PALIILIVT—E
7L I7ICRET BEH RV EET RGBSR Iz, L EDRBEHNS . SEYWEEICEI T 3ES B3 30me/kg/B.

R - BAIR DIEAEFR (3 100mg/kg/ BT H1z,

OHERTRUHEERDRERS FICEHADKEEICRI T B5HER (YIR)

FIR< D AIT, 10, 20, 50mg/kgXIFBE  BIR/ I TIVERSZ VR HIR6 BN SH1HE 20HF T, REERANRS
Utz (BB£250L) ., BEMWIC, IRS(CRAEL—MIREE . AENRUBIRRICEWVWT, ZNILIWIAYI—E ZILT7ICEE
IBZELIFRL, BT BRSO SNIBEH oI, FITIHEICHEVWTIRTIFRL, BEFLE . BTN ORI O—/IRRE ., A&
RUBEHE . A, @RTE8H/NSX—5 (BREHE . REMESIEX EZBOE/NS T 1 LDKE)  KEERUZ
RERE/NSA—5 | BIR. BRRUBRE LEDEE . FEVBENUEER/NSX—IRBSUVICHEARREBICKEIIREHSN
Bholz. MLEDRRENS ., BEYICET 2EBHEF50mg/kg. SEMOEERSVICHERDEERUREICET
W|EBME(F50mg/kgThore.

@HEEYZRVCEER

PEI DRI, 20 (EI‘EZI/‘I'\—I\**G)EEGJJHS)‘ 50. 100mg/kg. BENIFBE/ I TV RS IV, &% 21BN 5%
#%7783F T (ZRBEEIR—N DD HCTOWVWTIFEZRIT1EET). 2:8[C10. $9:8[E (G5t5X(F6m). EEiRNgS U
EEL ,DEHIJEZ@'C&BU HENOREFFRDSNIEH o, HPEYIRIC2BICT OERARSUIcEEDESHEL
100mg/kg T&H oz,

MAHERICHF B IR—b  ETR—b (S 100L) . BETIR—b (MEES5T) . BRAEETIR—b (IS 20E) ROTK (MY IF XTI R) IR—M(FNILT
WAV —E FILTFRSHIUHE M., MRS 3M)




(4) Z DfthDS MR

BIinSMHERR (YDR)

GAAKO VI R7ZRWERENIN vivo/)\5HER [0 (B#E) . 50. 100 (50mg/kgZz1HEIC2@). 150 (50mg/kg%=
1HEBIZ3@) mg/kg. #iRAES . SESMHSST] LBV T, EGRSEHEFRDSNEH o,

h¥ b IR ER

ICH S6 (R1) MU' CDERAA RS A VRICEDE ., N ARMHERIFIERBLZM o1,

3. Genz-669342DUYAH—EHRUZDMDERS IV SHEILEYREDOEE . KN vivo/|ZEHER . SRR
Z(CBIT BEMDEH T (weight of evidence) [CEDKFHEDIER . NN ARMZEHE T D1cth D E S13BIFERRLER
DRIEFHERZNEEZSNT,

PRI SR (VL)

BFFRIEE D . hZT A IV 2RV RERSSHHRICHEIHSAA T, RUEREEMIONRNR ORIERE IR
BICKUERLUz. ZNNIWIIWDVT—€ PILIT7RSICEET BARIEERHSNEH o,

ZDthDF4ERER (in silico. in vitro. Y)b)

* ZREETNIYROBENZERREENIICOVTOERERMV R I Z . ICH M7H/4R54>(201743H318)
[CES>TRMUAER . ERDHASHIREERMEUR I FERHSNEN ST,

o BENREIDIN silicoFHiICKY . FRNICTS A3 (REDESEEBROESIES) OMEAITRFESNIN-ER
OFYRIVVAZRE. HiEZAVNSERBAZEZTERICOVLTIRETHY . IS A5DONHEICHIESI NI,

s WEIPICHFBGenz-669342DFMHICDVT, AZIAFILEAWVLEGenz-669342; /M7 N)L7 )V g —€ 7
WI713BERERSSHRRZIToIc. TORR. BESUHEIRFIVCRERAETHS7NILIIVIYI—E 7
7750mg/kg/Genz-669342 12.55mg/kgTdh oz,

c REIP(CHFBGenz-669342NEAZTEFEREICOVT. MiIE (RX=ZFTJAETA1535. TA1537. TA98.
TAT00RUTA102) ZAWVEIREAZTEABRZIT oI, TDIER. Genz-669342(C K B1E5EHNH ., ER/REREIO
Z—HORDRIFENFRHSNT, 5000ug/ FLU—RETODREICSVTERETH S,

« "HAPICHIT2Genz-669342 DABABEEERBFERMEICOVT., BELIREMMY Y /NERZBWSin vitroZ &k
EEARICK>TEHIELZ. ZDER. Genz-669342[CXBABARDBERENVHNEEDEINFRHSNT .
500ug/MLETOREICHVTEMLTH .

s PN IWAVT—E FPILT7F LREE. FIBER. (EAKRE . JERANUOBRKRT —IH5S. ELRAN IS NBELA]
DEFIEDBLIERFHFOSNBH oI, BLARUTZDEREVTORREENDURTIFIBWVETEIN., EYELAMICES
I BHERIIEELIEID o,

Y . Nx.iczyme-
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BIRDICE T HBIEFNAR.

RAIFHEIR

B2 IR T HEBEZNAR

—MREZH: P NILT IV T —E FPILT7 (B TFHEIER)
Avalglucosidase Alfa (Genetical Recombination)

£2% (FE):

PNWIWAVST—€ PIVIT7R7ZIVIIWNIVIT—E IV T7HEHNEER (59 FE:#124,000) THY., 7IL7ILIY
F—€ PILT7HEEEIN, BEEDOFIIS5~BDON-ZEFIL/ A S VBB M 5-7Eh7=ZR-3,5,7-NUTFFF+2-7-
[(E)-(2-FF+V-2-{2-[4- {O- (6-O-RAK/-a-D-Y Y /ES /V)V) - (1-2) -0O-a-D-YV /ES/V)L-(1-6)
-0-0-D-XV/ES/2)b-(1-6) -O-10-(6-O-hRAK/-a-D-XV/ES/2)V) - (1-2) -O-a-D-Y YV /ES /2)b-
(1-3)1-B-D-RV/ES/ VI FFY) TI/AIIERSIYZIV IhFY) (S /] -B-L-arabino-2-~7v0O-2,6-
ES/YOVEBEEZNICEBRINTV S,

L2 BEN (EREHDES) :

(@)
H
6-0-PO3-Mana1-2Manal1-6Mana M
3 \6Man31/o N/Nj(\o/NwNeuAC
3 H *
6-0-POs-Mana1-2Mana - o
*NeuAcD7IRKRIEF
1

NAIFHIEIR Y

KRAIDBERH TICHITIREM

HEROES REFRIF RFHAR ®FEE
REARTFSER 5+3°C 481K —RE# o007 F LI LgRY RHEA
ASZANAT IV
NIEEHAER 25+2'C/60£5%RH 61H ) e i RHEA
HLEMER 1207 1x hrld k. 200W -h/m2U k 7007 F LI LERUHASZINAT )L RIER

FRHRIEE 28, K. #ERER . REE. pHEF




HRWLEDES SR

BRWLWLEDER
SIS EYEBRER . SIS WHEERS (IR ENSONSECSIBRTHTL)

Bf  &:2~8CTR~E
BHAE  48ER

=k

TNAL7Ib

Y Nexviazyme:

e [ (algucoscese afe)
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BEEHEE TER 2031498 (104F)

A R F HERRUAVEEFEZRED L. BYICKRETIIE,
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1) Zhou, Q. et al. Bioconjug Chem 2013;24(12):2025-2035. E&(CGenzymett (JRY/ JsH%HR1t) D
HENZFENS,
2) Zhou, Q. et al. Bioconjug Chem 2011:22(4):741-751. &&ICGenzymett RY ./ T« a4t) D8
NEENS,
3) HNER  EREHESENESER (EFC1402858k) [F&SRIFSHImER]
4) NER  BREHEEIEER (ACT141325058) [ASRIFHEER ]
5) tER EMNEE]/THEEER (TDR12857 HER) AR EER]
6) Pena, LDM. et al. Neuromuscul Disord 2019;29(3):167-186. AER(F Y/ T+ ixX St DEEIEMICKY
fThnre,
7) #RER BRI SHER (LTS1376955%) [ASRIFSEEN ]
8) HNER! | ERPREYBNAEER (AR ETHEER
9) #tNEH}  FFER R BN AEEHER (AR ER
10) Zhu, Y. et al. Mol Ther 2009:17 (6):954-963. E&E(CGenzymett (JRY / J1#5XE1t) OHENZTFENS.
11) #RER  FEERARERIEER (ARG STMmE ]
12) #tRER 22 RIEER REGRISSTHImE R
13) #HREH  SHEER [FEREEHEER
14) #HRER  TEMHER AR FEHEmERH




Tooka DRI B/ U PR
RERUVREVWSHEEXZSU)

SIEARTETT

PR S %=
T163-1488 RREFHEXEMEBE=TBE20&F25

RElCEAT 3 BRVEDHE (HEER%E)

Y/ 4% st

J-lbtEr9— <TUHEME

T163-1488 RREMEBEXEME=TH20&EF 25
TEL 0120-109-905 FAX(03)6301-3010

Y Nexviazyme:

(avalglucosidase alfa)
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