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3.1 #88K
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fR7e 71 X~ R EHER20mg
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6.FENURHE
BE. EXRYNR—Y TLT77(BEFHIEZ) E LT 1EHGFE
kg 720 Img% 2B IC 1], SEEET 5 MRS+ T RIGAIC
. 1A E 1 kgdr 72 0V 3mgx 2EIC1EXIFBELEE THE LK
TS o
7272 UVHLREIREO SEET OB I XY —E 7L
7 7 GEEFHEEZ) & LT 1EEELkgH 72 0 Img a8 1 [H. 50
BT 2 RREAR T2 RGA I 1 BAE 1kgd 72 D 3mg 2 E 1 [1]
FCHE L. RHEEFET 5.
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7.1 HREHEAEBRTHFRL-OBIHRET 5 2 &% 5HE NS
V) &infusion reaction B LT WO BEOREZHEL
25 22BNl LA CEMERE T A 2 L. lmg/kgik 5 TRE
OBBEWENBIFZIGE I IFHM 2T TEEEFEL T LV
G EEIZ4mL/kg/h 2B 212 £, [8.6.14.1.45 18]

7.2 AVATU—VIAT VERE TR FEESZRISETT S

O BERERE IR 1EAE]LkgdH 72V 3mgZBIEKSE T
HWEITHIENTEL. B BREBRICBVWT.ILVATO—L
I AT NVERREICIE IEAELkgH - D 3mglE 1 [E#%5 %82 %
B 582572 < VFLEHIREO REETED Y 4 L VR
EfAE kg2 V5mgHElE#KEEZBX 5 HERBIXE L,
[17.1.1.17.1.2%8]
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8.1 AEIDOMEHICH 1z > TIIFROBBICB T 2 AFONEH L &
HIARDS RN E LTAMB7 LT IV 2EFLTED B
FEFRAEDOTREEEZ TESROFR L TV 20 BEHELZEDO Y R
I EERIHRT A ENTERVWI EEZBEICH L THAL.
HRZBLEOIBHBH &,

8.2 AHIDOTNMYMTH S ANMIBET VLT IV OFERIE & B MO
T3 HBsHUREHTHCVHUE HTHIV- 15 R CHHIV-25t 4 5k
HTHBHIERBRLTVS.E 5. =L LI RERIMEEIC OV
T3 HIV.HBV.HCV R UHAVIZ D W\ T EEEIERE (NAT)
ZEBLUES L2 AME7 LT I O8EICHHALTL
B0 HEUNATOREBRALLTO 7 AV ZAHEA L TV 5 HE

T BoF 72 B FSLART A L ABIIC DWW T HNAT
WCEBATZY ==V FREMUGES LZIMFEZHAWTWS .20
BOBEETHETHZI—VOEEBELY ) — I VAEERU60TC. 10
BRI INELIEIZ HIVZ Z L) & T 587 A L ARKRE - R
ELMRZET A EDHRENTLANREICELTIE T
DB IBENRUVBABIC+HERT AT &,

83 WIMMICERLTWAAMBE7Z VLT IV OREOMBETRET
X B RSLERT ANV ABIOZED T A VA% ZLIIAEL - BRE
TEIEDPRETH 7D KHOEEGIZ LD ZDBEGO T HE
EHETERVOT BREROZEBZTHICBET S L.

8.4 FEF TILAFIOKEICLDERR JufY TV - YT
W(VCID)EMPEIHE L 72 EOWE X R Vo LA LA S R OR
mycHsANMBETNLT IV OMBTRICBVWIREE T ULV %
BEH LEBS EDRENH 2B DD HHNZVCIDEDEFBEO Y A
JEERICIPFRTEL VO T AEIRESOBICITBEADHHA
2TV OGAE LOXREEE AR O LR ET A2 &,

8.5 KFNIY VN VEHAITHD . TF T4 7F =T av rhiE
CHAREMSBETE VO BEZ ATV EEPRD S
NIBEICIRES ICRSE2PIELGEY LB ZTH 2 &,
ZOEDIEROFKBICMA . BENEBEEZRN ¥ 2 LTHBL
Z&L.[1.,9.1.1.11.1. 18]

8.6 AFID# 51 & Dinfusion reaction (JE¥E. &/ (KE L7 B
R R, BO B AL D BEE B2V HIR ERE . R
B)PRFATDIENH B, INEDERDT D S b BAEICIE
BEEICED BERHEEZ T 5L —BRE5 2k U EY) 2%
AR (e 27 3 VA BREGERAIUIBIBRE ALV E VAIE)
PREMBEETO L BE5 ML BICRE2ERT 254
B BREHEZ NS C.BRE2HRIAL AP okE5T 52 L,
WELIEO G IR U TIEERFEIR 2 B < 72 01 ARFI G
L A7 I VAR RBERASEORKEE2ERT 52 L. (7.1,
14.1.4218]
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8.7 HEDBBIENFE L BE I AR OREEZES ICHIEL.
Y LBZITO ARG OFMIC O LTk At L falitE
BERLIET S &,

8.8 AFIDBEICEL TR 7 LLF—EEII >V T+ 4RE
15 2 &6[9.1.22]

8.9 KA|DIKXEIC L D HFUABRENF TRIS N5 -0 EMNICEXY
W=t TIL7T7 (BIEFHEEEZ) IS 2HMERERTI &N
Ex LW [17.3.13H]
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LB BB GR2 ~ AHEBLAICHR AR 5N B 5%8H
FLRICHETP A S5 NS,
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9.1 GIHIE - BIIEEEDH D EE

9.1.1 FEIDRHS (Cx T B BEIEDEHEREDSH 5 EE
[1.8.5.11.1.1%#]

9.1.2 BIXIIIRBICH T 22 HHEDBHEDEIEEDH B EE
AEMERHOAERE L ERELZEEB L ETHREEZRET S &,
BEREBRICBWT 7 LILF—%2F9 2BFERINSh TS,
AENE NS VAV 2w 72T VYDA SEESh TV S,
[8.8%1]
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TR AR L C WL B TEEME D & 5 At IZ AR Lo B RS
falft:Z Em 5 KM SN AIERICOARRET S &,

9.6 E3LIE
BE LOARERUBIRBOARE 2 ZR L. BALOME L
HikzgEdT s &,

9.8 &

BEOREZBE LD S VEHEICKRET 5 2 & —fRICETEIEE
PEFLTWV5,
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11.1 EXFEIER

M1 7PFT45F0—(2.8%)
[1..8.5.9.1.1%H]

11.2 ZOfthDEIERA

14 B LDER

14.1 ZEFRNBFOER

1411 Al E DORFEF LB N &

1412 ENA TUVIZLERD OfFRHET S &,

1413 BEDBHEICEDE  BREITBERNATILVEERD B Z
L IRTEE & D RBBENA TIVERD U EIRICZ S £ TRET 2
&,

**14.1. 4 EH L BEBONA TP SKFIOREEZED XY
N—¥ 777 (EEFHEER)ORKEEN0.1~1.5mg/mL
L35 HREBRERTHINT 5 2 L8P ITRM L. 28
REBIBI DL ABRERBITRESZICLTH LV,
[7.1.8.6=H]

5k E (mL)
1A (kg) Img/kg 3mg/kg
IR U

*%k 1-2.9 4 8
*% 3-5.9 6 12
*% 6-10.9 10 25
11-24.9 25 50
25-49.9 50 100
50-99.9 100 250
100-120.9 250 500

1415 FRBI . EEHPOSHMEANEDLITPICAB LK TH 5.
F TN TEDIDDT MR T E2RDL LN DS BH
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FRBIE. Y ST EREAEAS T4 T 4 Ly —(FLER0.2 um)
ERVWTHET S &,
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16.1.1 RS
SEABATA VY — A8 S—PREE(ZILVATFO—LT
AT VERE) BF 2 NRICEA LI XiE3mg/kgz RER S Lz &
EOEHEREROENFEINT A—FIIRIOEBY THo Tk
FloBBEIIHELZ EE > TN FEREE2ZRLED

#1 HAEABRAIL AT O — VI AT IVERBEREICB T 2

BINTA—%

5% i 5%LL k
DRI E SEAR -
BhEE PEER R B RaE SRR | s T
BLUED IR il
—ff - EHREEB KUK | WA R CEEE | -
GER A D IRAE 55 TEA BRI RERE |
RPEREE AR =7 -
RYVED L FFERE PREGREG -
MR AR ER BRERANEET |-
Rt LURERE maVATO—)VIE. & |-
URZDE RN iiiti
PRERIEE FHEO TV HERET |-
FEflEE B AR ANEREE L 5 I8 | -
s
AR B KU ERE A% -
WP Ras  HO R & OMHERRFRE | oz ek, IR PR ) 8 | MR BV AR |-
& el
BB & U MR E | € OFE RS mBNEE | SR
MmEREE Fel &mEELE A8 |-

sy B : Img/kg ‘ : 3mg/kg :
5 A 52;8H 104;8H 52EHE 104;EH
(461) (561) (361) (361)
AUCo-1ast 1689 1257 21765 9165
(ng - h/mL) |(1096, 2087) | (1006, 1731){ (17270, 44425) | (8768, 18385)
Crmax 1093 595 14560 5274
(ng/mL) |(628, 1276) (498, 1048){(9729, 29114) |(5132, 12696)
Tmax 0.50 1.50 1.50 1.50
(h) (0.33, 1.03) | (0.67, 2.70)|(1.00, 2.25)|(1.50, 2.17)
CL 600 795 138 327
(mL/h/kg) |(479, 913)|(578, 994)| (67.5, 174) | (163, 342)
Vz 80.9 184a 14.5 42.5
(mL/kg) [(60.5, 89.0)| (126, 354)|(14.1, 18.1)|(32.1, 63.0)
T2 0.127 0.2612 0.105 0.193
(h) (0.09, 0.16)|(0.16, 0.48)|(0.10, 0.21) |(0.09, 0.26)

TR fE (R/IME, FoAfE).a @ 451
AUCo-1ast * $5-8 0 R ~ BRI TE 7T RERF ] & T 0D ILIE Pl e — TR T
T8\ Cmax * B MEF IR Tmax © St M PIREZERE.CL: 7V 7 5
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16.1.2 BEEZYSRERT

INRR ORI BT 2ARFN OB RE L ARH % B IRNIE S L7z
FTA VYV — LB S —ERIBIERE 7260 RE MY B B 7
WIC R DR LEEDNERFIOZ ) 7S > A LTERGHE
RTRIET T EAURE NIz A I mg/kg %38 1 [ S AR5 L7
[ROFEMEEINT X —FIZR20EBYTH o722 &

£2 BEMEMBHETT I 2HAVTHESNZERINICB T 55

BjEEINS A — %

S lr‘ng/kg%:ilﬂl B X b e 5
o 21E A 2~ 175 180l k
NI RAX—=%
(4m1) (4441) (2441)
CL(L/h) 16.1(45.5) | 26.2(50.7) | 37.7(39.4)
Vss(L) 9.23(22.0) | 9.89(21.2) | 12.4(49.3)

AUCss(ngXh/mL) | 487(44.7) | 1560(57.0) | 2070(41.4)

Crmaxss(ng/mL) 226(44.0) | 746(56.7) | 993(39.5)

ti2g (h) 2.58(36.9) | 3.51(61.1) | 3.05(46.7)

PK/¥5 X — % IZNONMEMIC & % XA RHEE(E

S (Z B (% 50%)

CL: Z7UT YA Vss : ERREBICB T 20HARAUCss - ERREICH
VF % Mg AR — R AR R EE Cmaxss | EFHREBICB T 2 R&EILIEHR
B ti2p - HEREREH

17 BRIRRREE

17.1 BEERUREMICET DHER

17.1.1 FNBERERRR (S0 V YV —LBEY N—ERIBIE (3
LRAFO—-IVIATIVERE))
ALTHE#EE FR(ULN) O 1.5 ETH 24U EDS5 1V
V=AY N—PRIBE (I L AT 0 — LI AT ILERE) BE
66% (ARHIBE36MH (S 5 BARN2M) . 77 2 REE3061) ZxtH e L
7z (BT DR 134 ~587% (36% A1 2/ R 71% A 1 8F% K
1)) o

(1) —EE1%H
A Img/kgiE 77 R & EH S T20EMB G s hiz  FH
FHEIEE Td 2 _EE MR TR (5208) ICALTAIEEEL L 72
BEOEIAIIARBETILI%(11/366]). I REETIZ7%(2/30
Bl) T - 72 (p=0.0271) . BIRKFHEEH ORFERIER IO LB T
HoTzo

%1 LAL-CLO2ERERIC BT AR ORIREHEIEE

AF | TR

(n=36) | (n=30)

FHlE

LDLavAsua—J)v

[R=Z2F A1 2o DOFHELE(%)]
non-HDLZ VA5 ua—)L

[R=Z2F A1 2o DOFHELE(%)]

-28T+22| -6%13

-28T+19| -7x11

42% 3

ASTOIEHL(%) (15/36) | (1/29)

rY )Y R

[R=ZF A1 26 DFHELR(%)]
HDLI L ZAFu—)L

[R=ZF A 26 DFHER(%)]

-25%£29 | -11£29

207 +17-0.3%12

JFAR R & &b 2321427 -4%16
[R=Z2F5A HoDFHEER(%)] (n=32) | (n=25)
SEH M £ AR (R

a: EFLZER L BEOEE FERKOHRNICIE U, 34~59U/LE E¥AL
EEHELZAR=ZATA VEPEFETH > - BH (AFIRSE  n=36.77
T ARBER : n=29) 2 RICFHE L 72

b : MEGE MRIIZ & 2 #Hli S5 S /- B (KRB SR - n=32. 75t R
B58f : n=25) 2 R FUFHI L 7z

Pl : IEFE LD FHAIEE 12D W TIEFisherD IEFERERIRE . 7 D g X TDFF
flEB I >V TEWilcoxon D JEMAIMEZHWTEH Lz, T : P<0.001,
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¥ :P<0.05
—EDEE 6N ICBW T FEMPITO N JERBIEIC X 55T
i CRENRF D EREZEAERD 5 N7z BE DOEIG I AFIBF T63%(10/
166) . 75 & REET40% (4/106]) TH - 7z,
RABE ORISR X14% (5/3661) TH D 26180 EICFEB
L7-BIERIZ D 5 72,

(2) FFEHRE

JEERHNICAT L7265M1I0t LU AHl % Img/kg 2 B 1 ik 5
LU BEOWRBICIE UT3mg/kgD il 1 B SR E Shiz,
ZEERED S AFISMGER S SN BE T ALTEOE TR A
MR SN LDLI VAT a—)UERUHDLI L AT a— LEZE&
THRE/INT A =7 ITWEFRD SN .

BITE SIS 1214% (9/6661) TH 0 2610 EICHB U8
iz -7z,

66M1H1541 (8%) 12+ 1L EIDL EOHiEYIFADBE SR S Wiz,
BBBADTA VYV —LEEE) S—ERBEBREZRNRE L
fh o> B FRRER 1S 5 T 1 i3 3mg/kgil 1 MISERIE 5 L 7- 128
H 5. [7.288]

17.1.2 5 8ASE/1EHER (AL RHREDORIRET DY 7 LY Y

%)

%6 7 AR TRERE XL EBETEO MO B RWERZH
THNEANT AV — LMY /S — B RIBIE (Y + L~ UR) BE
(9Of) &3t & U7z (SRR OF# I3 1 ~ 6 7 AR) . AHI%0.35mg
/kg®) SE1RI2EMBES U7z, lmg/kgZB1EIES L. BEOIR
RIZIE UC3mg/kg DB E#H 5. S & IR BAIEET 5 2 UL
FHUASAE U7z 58135mg/kg DB 1 [ 5T HE & S iz,

BH &S LzoBlRofIAdE%12n AEZBAX TEE LR (£
125 A CTOEFREISWBEFXMIL66.7[29.9, 92.5]%). 725,
DR R 267 2 L RAREOREEITED T A VY — 4
B S—EREBE(T ALY VR BEOLEA MY AL TS b
O— L TIEERIN ARBATERLIZBEI o (£
127 ACTOERFREZOFBERENZO0[0, 16.11%). £z RER
URBER/INTA—FZRIR20EBY TH -7,

) AEMAERET 50 TH D KBS N BBARE Img/kg

TH5%,
K2 MERUBER/INT A —5 DFER

- N=2F4 4EH 12;8H
FHRE (n=9) (n=6) (n=6)
1.798 3.157 6.932

ﬂj;/”f (0.00, 80.78) | (0.00, 83.15) | (0.06, 94.06)
(n=8) (n=6) (n=6)
3.076 3.057 3.471

f{'f;z” (0.00, 77.04) | (0.00, 60.26) | (0.14, 53.59)
(n=8) (n=6) (n=6)
145.0 31.0 27.0

ALT(U/L) | (16.0, 297.0) (14.0, 71.0) (15.0, 44.0)
(n=9) (n=5) (n=5)
125.0 62.0 44.0

AST(U/L) | (71.0, 716.0) | (35.0, 120.0) (33.0, 75.0)
(n=9) (n=4) (n=5)




- 243H 48EH 60iEH
AR (n=5) (n=4) (n=4)
10.75 12.57 14.98

fﬁﬁ%iﬂ (0.03, 91.62) | (0.29, 75.49) | (0.43, 61.41)
Sha (n=5) (n=4) (n=4)
1.044 14.93 21.44

fﬁﬁ%iﬂ (0.10, 64.06) | (7.08, 82.38) | (4.95, 88.88)
fm (n=5) (n=4) (n=4)
39.0 28.5 33.0

ALT(U/L) (15.0, 90.0) (28.0, 29.0) (29.0, 42.0)
(n=5) (n=4) (n=4)
56.0 39.5 43.0

AST(U/L) | (28.0, 106.0) | (32.0, 45.0) (37.0, 58.0)
(n=5) (n=4) (n=4)

FRoRAE (B IME, BAfE)

a: WHO/S—t > ¥ 1 Uil
127 AZBATEFELLZFIRIFTE FRFEIEC 20
Smg/kgDBEIEHEGICHEES N,
BB ARAREOSFETHOBE 2R E Lz EHRAR
(2015F1ATF =7 1y b A 7)I2B W TEEF B 24Tk
Smg/kgi 1 E# 5 IR S NY L [7.258]
BIVEF RIS IX.56% (5/961) Ta 0 261Dl ETHIKE L 7-8IE
I IEH: R SEIR RS B A TH > 72,
7HIFR4] (57%) 12 LRI EOFiBYITiA OB SR S Wiz,

17.3 Z0fth

17.3.1 IEYRIREE
2RSS L 72 BE 125615 1961 (15%) 1238 W T ARHI#:
5 Ra1% L D EOTEYTUASHER S N AR 2R Uz BE
196 1 145 (58%) I RANFUA S TER S Nz HilkfatE 2 R L7z 8
FHEOWFITLRH 5BATI/10661(8%) FLIET10/19%41(53%)
TH V. I 5 DHKBHEE DT EABRIEICE 2 RO D
FROME L SR A B RAT57H (RFE23H B E620H) FLIR T57
H(FE36H . :E418H) TH -7z,
¥ 72 FLREIBSE QO 2T D S 1 VY — LB ) S — P RIE
FE(7 A L2 VR BEERRE LIBAERRBRICBVWT. A1
IV — LB S —EREEDRKEETF TH A LIPA RUZED
BEEHRE T CH25H Pl 7 LIV &b EERE LTV B BE3FIC
AT D RIRIC K B EBSIR OB VR 517z, [8.95]

18.ZEEIP

18.1 {ERERF
FAVY - LBE) S —ERBEI. AV YV —LEBRTHS T
AV —LBEYNN—PEEFERICL D ERGAEALSEERER
THB5. T4V —LBEIN—FOEEPIETRT A EITLD,
JVATUH—LIATLVET MY 7YY FESERE L. HFRE
ESEEAHBRESE L2955 ,
TRYN—F 7LT77(BEFHEZD) X ENSAYY LB
I R—FicE~ Y ) —ABEEE Y VB{bE~ > ) — B
HESUN-BEEEHEMMLUIEY VX VETHD . v
T7 =D ) —ARBMAERIT Y ) —R-6-1) VEEZBK%E
ALUTHIREANICERDAEN. . IAVY Y —LICERB LIV AT
O—)VIATLVERGN) 7YXy RENMKIET S,

18.2 GBS OHR
FA VY= LB N—EREEDET LT v MR )—F

TIL7 7 BETHERZ) 2EIRIEELERERS L&

EFRICBWTT A VY — A% S —EIEHE O EE. M+ o
LVATHa—=LVERGF M) 7)) FOBEDIMENT VAT I —
PHEOE T HFEROBER. AEENK OCEFHEOERSHE S
Nn7zon,

19. 8353 ICRE T IBLZHAR

—h%E9Bn
ERYNS—¥ TILT 7 GRIETHRIEZ)
Sebelipase Alfa(Genetical Recombination)

rE:
ERYN—E FATFR LTV ATzZy =T Y DI
FICEEE SN SBETHEIZE N Y Y —LBEYS—ETH
D 378MDO7 I ) BEREN S22 VN VE(FTR K
55,000) TH %o

205KV EDER

20.1 AMERER IEE L TRET 5 2 &o

20.2 KRR REEMHRRRICEEE T 2 2 &2 6 AF 2% EXE
W75 LIz E R ERERS (RER) 2 0RERS (1 y MES).
BEXIIAT5 L7 B B E X3NS5 2RI 1 BEORA L%z
L ERAED? 527 < & 20FHRET 22 L.

21.7KEB5k M

21.1 EER Y X 7 EHEE 2 RED_LGEYICERT S L.

212 ENTORBEFAP O TIRSNTWVE Z Eh 5 BUERTE
% BEEHM P O2RSRER 2N RICHEHRERE 2 E/T 2
ZERKD KAIBRABEOTRERZILET 5 L & BITKHAD
REMROEDEICET 27— % 2 BREICIE U RA OB EH
FICRELGHEZH LD &

22.3%
134 7)1 10mL

23.FEk

D#ER - SBIMEIEERIE ISR (LAL-CLOI B D IERH
B LAL-CLO45%%) (20184F)

2)HNER | BREEEMB AT R EE (20194)

3 HMER : SBIHE T Tt A i B M R R % (LAL-
CLO02345%) (201643 H28HA&RR.CTD2.7.2.2% 1U'2.7.6.2)

4 HAER I/ IEE e AR (LAL-CLO3#5%)
(201643 H28H#%#R.CTD2.7.6.4)

5)Grabowski GA, et al., The Online Metabolic &
Molecular Basis of Inherited Diseases, 2012; Chapter
142

6)HNER - LALRIES v MBI 5 EHEHER (SBC102-P002
#B%) (2016F3H28 H%&EE.CTD2.6.2.2)

T)HANER - LALRIE S v MBI 5 EHEHE (SBC102-P005,
SBC102-PO12#E%) (201653 H28H#%&FR.CTD2.6.2.2)
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