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(81) JP 2017-200950 A 2017.11.9
0000000000000 000O000000000000000000000000
0000000000000 000O0D000000O00000O000000000000
0000000000000 O000O0000000O00000O000000000000
0000000000000 000O000000000000000000000000
0000000000000 000O00000O00O00000O00000O0000000
000000000000 0O000O000000000000000000000000
0000000000000 000O000000000000000000000000
0o00O0oo0o
Doooao
#13 ITTOHGT-GCB—039 0271 8%
R I FT—E T A7t 5 —F
_R=2T7 A4 YHT 7 60U/kg 60U/kg
N=17 N=17
2~175%  n (%) 4(23.3) 5(29.4)
2~4 1% n (%) 0 4(23.5)
5~171%  n (%) 4(23.5) 1(5.9)
18 Ll L n (%) 13 (76.5) 12 (70.6)
BE n (%) 8 (47.1) 8 (47.1)
2tk n (%) 9(52.9) 9(52.9)
T 10 (58.8) 10 (58.8)
LRI R S 7 (41.2) 7(41.2)
BL ~t 7 u U g g/dL) J i 11.40 [9.65, 14.35] 10.60 [8.10, 13.05]
[[5e . FK]
BL i/ MEE(<10°/L) dhoefli[ /. B 172.00 [44.0, 310.5] 188.00 [63.0, 430.5]
K]
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(82) JP 2017-200950 A 2017.11.9

Oooooao
#F14 HFEHBENOHGCT-GCB—0390~<—A71 Uk
2~4 ik 3 AV
M g S N=4 N =30
B n (%) 4 (100.0) 12 (40.0)
ik n (%) 0 18 (60.0)
LX) 1(25.0) 19 (63.3)
WEENE A AT D 3(75.0) 11 (36.7) 10
BL ~E7 10 B RE (gdl) PRE[f), & | 9.275(8.10,9.70] 11.300 [8.95, 14.35]
K]
BL in/MRE (x10°7L) d e, BeK) 70.75 [63.0, 188.0] 176.25 [44.0, 430.5]
BL BERRETE (AE (%) ) PRERD. &KX 8.90[7.3, 8.9] 1.70 [0.6, 6.3]
BL R dKE (%) ) FTRAER D, X 5.8[5.4,7.0] 3.85[1.7,12.2]
Do0oooo 20
ODoo0oao
#15 HGT-GCB—0390FE10HEIMM—~T 7 2 0Lt FlEHEKE Iz
BiD, =R T7 A b4 1B TOEER (RTINET—ETNT 7y —A 27087 —H)
AT A B 41 8 B OEOIERHRE
ITT #EH ZAIEVI% i)
30
Ty 97.5% Ty 97.5%
2T A =B Ta ¥ A HEE K E O Ta¥ LRl e [
RV S G S I - TR n [z& TR
S T E L PRPE (g/dL)
34 0.135 -0.596 30 0.157 -0.599
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ggooano

#16 HGT—GCB—03 90 KEIMEFM—<— 271 b4 1ABOFHERDE
(ARZTNE T —ETNT 7 —A AT 87—H)

A= AT A hE 41 M HOEL
3
165
INTF A= n 7= 95% {EHER]
i/ * (x10°/1) 34 -38.71 (-88.42,10.99)
ERE LR " (REOES (%) ) 34 -0.07 (-0.43, 0.29)
ERME U7 eI 8 drEO#S (%) ) 14 0.08 (-0.52, 0.68)
% b FUATF—F* (nmol/mL/EF) 21 -703.6 (-11762.3,
10355.1)
TEHA ACCEF—7)YY > K 18(ng/mL) 34 145.7 (-188.6, 480.0)

a —AVTZa—bFaritr hToEs, BERE BL O 74 ECGHETHREL
FREET T HAD <

b 20 ADBFERELERA L (1 0AO<Z L7 -E7A477 60U kg, 10
ADATTNEZ7-FE0Ukg) .

e —AYTr—hFarEy P TOEE BLUS—AT A VECEDETHELRRGES
AT HD L

d —F MMV AV —ZFESKE L1 3AOBREFEZEALE (TADAZIAEF7—ET
AZ7760U kg, 6 ADSIFVEIF—-EE0U kgl .
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#17 HGT—GCB—0 3 90E#EPIERE LTEAEEFLO2RNERN

BHE n(%)
RI TN —E| LI TNt T

T +

60U/kg 60U/kg

N=17 N=17
FERRERBR LI B LN 1( 59 1( 59
PR E b1 DOREESLT R LI 16 ( 94.1) 16 (94.1)
i & 1 OOEBBEEOGEES AR L 8(47.1) 6 (35.3)
Pip < &b 1 DOTEABEEDOT EHFE & EE L7 5(29.4) 4(23.5)
LI b1 DOEEFLTAEMIIPDIFERELER L 3(17.6) 2 (11.8)
7=
P &b 1 OEETERFRERBRLL 3(17.6) 0
Pip &6 1 DOFRYEAEOCHEAEFRZRR L 1(5.9) 0
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#18 HGT—GCB—039%buik

Oo0ooooooooooogoooooljlgdg

(85)

JP 2017-200950 A 2017.11.9

ST Ay o

7 AT NET—F
60U/kg 60U/kg
N=17 N=17
biA 2 7t 7 —Ehiikois R n (%) n (%)
(=3:3 17 (100.0) 13 (76.5)
[t ® 0 4(23.5)
IsG 0 4(23.5)
IgA 0 0
IgM 0 0
IgE 0 0
ERFIIE NS 0 1( 5.9
g7k —B7A7 r ko
S
(=3:3 17 (100.0) 16 (94.1)
[ 0 1(5.9)
IgG 0 1(5.9)
IgA 0 0
IgM 0 0
IgE 0 0
GRESIETRES 0 1(5.9)
DO0O000
0DO00
D000O0D0000O0D0O00D0O0OD0O0O0D0O0OO0OO0DO0DOOODODOOOODOOaO
D00000D000O0O0O00D0O0OD0O0O0DO0OO0OO0O0DOOODO0DOODOODOOaO
00000
D000O00000O00O000O00O00D0O0OO0O0O0D0DO0OOO0OO0DOOOODOOaO
D000DO0D0000O0OD0O00D0O0OD0O00DOO0OO0OO0DOODODODODOODOOaO
D000000000O0O000D0O0DO0O00DO0O0OO0D0ODOODO0DO0DOO0DOOoDOOoaO
0000000000000 000O000O00O000O00O0O00O0OO0DOODOOoaO
D000O0D0000O0OD0O00D0O0ODO0OO0ODODOOODODOODODODOODOOaO
D00000D000O0O0O00D0O0OD0O0O0DO0OO0OO0O0DOOODO0DOODOODOOaO
0000000000000 000O00000O00000O00000000O00an
D000O00000O0D0O00D0O0OD0O0OO0D0O0OOO0OO0DODOOODODOOODOOaO
D00000D000O0O0O00D0O0OD0O00D0DO0OO0OODO0DOOODODODODODOOaO
0000000000000 000O00000O0000000000000000
0000000000000 0O00O00D0O0OO0O0O0D0DO0OOO0OO0DOOOODOOaO
DO000DO0D0DO00D0DO0ODO0OO0ODOOO
DO0O000
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00000
#£19 _—RFAUEBEOTKTO 3 40BEHE
ITTE[H (n=40)
ik, TG 368E(9~T15%),25% 18r% AN
PERIL. n(%) 18 A0 BIE(45%)22 A D4 PE(55%)
BRER /S5 A= 5 | ke R 10
~NEZ T 13.8 g/dL. (10.4~16.5 g/dL)
(RN (7% 162x10°/L(29~399x10°/L)
T f i 0.8 MN (0.6-1.6 MN)
W A4 2.5 MN (1.0-16.0 MN)
RA F=dr—, PR 20
F DAL —E 3071.3 nmol/mL/F¥
C-CEF =TV H RISTEDA 325.0ng/mL
(CCL18)
FATOA I A7 —EHEH, PREER) | 677 BB (22~192 AR
30
RZ N T BT NT % HEL |3 (8%)
A Tt T —EHEEE, n %)

* EFFREL, KEO2. 5% THED,
% % MIEOHENRS H9 5 3 6 AOBE T, 4 AOBEIL. BRANCER1T - 7/-, EF 72 EERik
ik, KEOO0. 2% Th5, MN=EHOHE,

000000

gooooogooboooobobooooobooboooobboooobobooogao
gooooad 40



O

oo oooooooooooogdg

(108)

JP 2017-200950 A 2017.11.9

Oooao
F20
R | R—AT AL B
747 12 5 HEFRETO . BRARINC T B 2
n 90% SN
Opde | PR i
i h3(%)
PN =R - i3
40 10.8 0.1 -0.3,0.1 1,1
(g/dL)
3 9
/b iR%E (x10°7/1) 40 162 7.0% 0.5%, 13.5% 20%, 20%
EHAE U THER
40 1.9 0.0% 2.6%. 2.6% -15%, 15%
(EEOHE (%)
EIRA(E U7 BERg R
36 0.5 -5.6% -10.8%, -0.4% -15%. 15%
(EEOHEE ()
00000
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BE. n (%)

At 15U/kg | 30U/kg | 45U/kg | 60U/kg
(n=40) (n=15) (n=12) (n=6) (n=7)
IEICL_ By o 34 Lo BB FR A B 3
34 (85) 12 (80) 11(92) 5(83) 6 (86)
L/e*
1B EOEEEO R & FR-RER 1128 6 (40} 3025 1017 1(14)
1EIL E o AR O R EHE e+ B L7 9 (23) & (403 2017 0 1(14)
LELL b B oF EEg s #8057 5(13) 0 2(17) 1(17) 2(29)
1EILL ARz it b AESGA RER L
0 0 0 0 0
g
LAl B EEA EFE 4 &R L7 4(10) 1(7) 1(8) 2(33) 0
HEHEGZ L DR 13) 1(7) 0 0 0
PR 0 0 0 0 0
T IAZF—E T AT R ETER L
0 0 0 0 0

7

RIGERAPIZSBE L EEERL AIMEATG L
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Doooo
#£22
A~EZ o e | i Gl | O M | BB R MIN
(g/dL) /L) (L) L)
Ceredase (B 10.8 71 1.83 24
)
Cerezyme (B 10.7 72 1.65 19
PR )
7 T 11.6 57 1.95 (2.4L) 19 (2.1L)
—¥ (FE VI
TKT025)
LT T T 10.9 58 3.50 (REOHE|2.90 ((RKEOH|
—t (%)) (%))
(TKT032-
15U /kg D5
S e 10.83 66 3.60 (REOE[2.90 ((KEDOH
—F (%)) E(%))
(TKT032)
60U/kg D5
Genz-112638 11 70 1.7 19
7avesca (Bdg 11.9 77 (2.4L) (1.6L)
FAA)

MN =1E B
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Ooogao
#23
RN AT Fy iy
LS L0 iR TS = L
OWY OFG| OB ORE | oWmoHG | o¥moRs
(%) (%0) (%o) [EER] (z/dL)
Ceredase (&) 1 32.1+8.3 114+94 34 [16 /nL] 1.60 10
6 4 H
Cerezvme (HERFIIE) ! | 373+136 | 134131 22[23 /L] 1.82
6 H
S % o e i 413198 1471120 38 1.92 1082
6 4 A @m=11) [23.4 + 24.6 /L]
Genz-112638° 27 7 18 [12.5 /mL"] 0.9
6 - H@m=17-21)
1 CerezvmeRBXifCeredases—#{X, Grabowski et ali. (1
9Y95) Ann. intern. Med. 122, 33393 cTHREINFBEYTHS, 20
CerezymeBXUWCeredasell 2T, Ml n LPeomHEOEHEMNT, Cer
ezyme SBADPECOLOTHESA,
2 NRFINET—ETATFE] ] IHEORKRE
3 Oppenheimer @SB EOHE: 20083FESHBEMMITOCGenzyme An
alyst Day 200850
A1 =27 TEEENT A LI Lo THRE
EEMEREETI, 60U, kLg#®@RAKE, Genz112638(%, 50BXT100meg®x1H
2 [\ E 30
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#24
TR | EREO M| SEEm MO | TFi~t o e
BOWL O | POBE o) [MOBIE (06 [E] > onoBis
HE (%) B (g/dL)
Ceredase’ 9 + AR (n=15) 422469 16.4+ 8.4 532 2.28
[25.1 mL]
Cerezyme' 9 » H ] (n=15) 471+ 13.7 214+ 108 435 2.54
[30.9 /L]
AT INYET—F 205 HR | 495+126 182+82 67.6 2.24+0.89
(n=11) [40.6 £30.7 /L]
< F TN T —F 21 4R FELE L sy L 9534212 235403
(n=10) [54.9+11.1]
7 T T —F AR 04+ 53| 17.0= 45 65.9+ 169 243403
(n=12) [50.88 +12.2]
7 T — 5 1 4ER 40.92 2.44
(n=10)
Genz-1126383° 1 £ 40 17 40 [26 /nL4] 1.6

(n=11-13)

1 CerezvmelrlUFCeredase®9+» BT —#id, Grabowsk i
33-39kX-sTHESHh

afl.

(1995)

Ann.

fntern.

Med. 1

22,

Y THot, HER, 60U keg?@E (LOW) THhot,
IR n Lo MW O FEREANL, Er - F 0 RN LT,
2 TKTO025

9y AR O 7 =%
3 TKTO25iE (6 0U. "k g #@Mks) o072/ 0t7 €707 771 22 HEO

Te— A

(F1.711#M

et

(60U, "k g 23S bR A LtET —ET T 70

4 TKTO032 (60U k gZ&@liRE) »ooo 7ty —ET7A7 70125 HEOT—

el

5 TKTO032 (45U % g 2FMIBEE) 10T 2 1e3—ET A7 701 25 QEOF—

F
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INT A—F i3
THEEE (%), RSD
Ty EAN =6.2
T A T =85
FEEE (%) 93.5-107.7
BEEE, Ing/mL 100
LOD, 2ng/mlL 5
LOQ, ng/mL 15
R TE ot A t hB LU VY ADA
BEME < AT 7 a—F /L ADA

ADA=HHEHHIE; LOD=MHDOBER ; LOQ=EREDPRA ; R SD=1FER=E
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#26
R ka (1/Ms) kd (1/s) KD (M)
SV il Ak iy
9.2E+05 2.7E-04 3.0E-10
-
ANt —1 2.8E+06 1.0E-04 3.7E-10
T AT It T
. 4.0E+05 2.2E-04 5.4E-10
—ETNT T
[zt A | A P )
. 2.0E+06 9.5E-04 4.8E-10
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INT A=Y

K:3

T A (%), RSD

T AN
Tt

=8.7
=12.0

FERE (%)

90.5-132.8

BT, Ing/ml

80

LOD, 2Zng/mL

4

LOQ, ng/mlL

13

Bo 4 < R

ERFBXREY Y ADA

WEMH

AT J 7 u—F ) ADA

O

O O
O O
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#28
IgA T oA @ |1gM 7 w24 @ [IgE 7 » =1 Ot
G A=
% ik 53
THAHE (%), RSD
T wEA N =3.1 =6.2 =6.6
T A ) =4.8 =3.7 =13.3
Fr =t o £ Fe 4 Fe e 8 o
E&ME ", ng/mL 156 —2000 156 —2500 156 — 10000
LOD?, ECL ¥ 260 460 240
NAT B | AT TR | o7y R
B4 et B
ADA ADA ADA

oA T REBOIEIZ RO RS o RARA b BRI O =R T A in g BT 2.

ORAETARIER B0 P e b e VHEMGE A 7Y v R S oA RE D 1

g

A, I gM, BXOI gERBEYIRET A VX AT T vEAE AT N7 =BT AT 7 EidA

SN EIF—FEZFTTNABRECE T, RIS EEZFT S 2 RSN,

ADA=#HFEMHHE; LOD=FHOBER ;. LOQ=FEOIRR ; R SD=tAx{EiERFE
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#29
INT A= H (IS
TR EHE (%), RSD

T oA =12.9

Tz AH =6.1

FHE (%) 86.7-92.7

E#PE, mUmL 03-333

BEtED » bAoA > B FREE (%) >20
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