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clRREMBLROOSNTIHE (B FRERETEENROSNIIEE. TLFZVOVREOERD
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e CL-303FHBRICEWVWT. AWmEBE L1226 ASTEMA6H (27.3%) ALTEMA S5 (22.7%) .
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W e E I4E5ER (CL-10151E8 : START) Ic BT 3 T EEEE D HKIRIK R
GCBAT—42) (MmN RER) T

a7R—h2(1.1x10%vg/kg) 24 (24/—F1(3.7x10%vg/kg)« 24/—F2(1.1x10*vg/kg))
(n=12) (n=15)
A% = %HA (B) #58EE () JL—-K = %HA (H) #H58EE )
SMQ Total 3/4 LA SAE ElfEH %g OHR(E OhRE Total 3/4 xT SAE  EBlfER ﬁg OhRiE OhRE
PT n(®%) n(%) n() n®%) n%) (53) ®E) |[n®) n®% n@) n®%) n%) (55) (§3)
RSB RAE. 3 1 0 1 3 . 305 89.5 4 2 0 2 4 5 27 78
IR RUAER (25.0) (8.3) (0.0) (8.3) (25.0) (9-64)  (19-216) | (26.7) (13.3) (0.0) (13.3) (26.7) (9-64)  (19-216)
F5YRTSF—H | 3 1 0 1 3 3 34 101 4 2 0 2 4 . 305 89.5
8 2500 (8.3 (0.0) (83 (25.0) (7-64) (78-216) | (26.7) (13.3) (0.0) (13.3) (26.7) (27-64)  (64-216)
FRANSEUBTS
A 73 0 0 0 1 9 19 1 0 0 0 1 9 19
é%ﬁuﬂjn 83 (0.0) 0.0 (0.0 63 | * =) © |l 6en 0o 0o 00 67| ! =) =)
SMQ: Standardised MedDRA Queries. PT: R, SAE : Serious Adverse Event. A@#&5H : Day 0 (B[Eli%5)
EEEDESEIZCTCAE version4.030 5 L — R BICEEL S
MedDRA version 20.0
W e EMiEER (CL-3035KE8 : STRIVE) ICB T3PS EEREE D RITR R
GCBAT—42) (et RER)®
1.1X10"vg/kg
(n=22)
SMQ Total 7 Yah me SAE 215 gm ARAED) KEERE)
PT n (%) n (%) n (%) n (%) n (%) e (#E) )
. X 7 4 0 2 7 11 9
FREEERRE. HRRUER (318 (182  (0.0) (9.1) (31.8) 31 (6163) (1-131)
RN . 6 2 0 1 6 9 8
TANGHRVBT I/ FIYAT IS ERM (217.3) ©.1) 0.0 4.5) 27.3) 13 (6-163) (1-131)
e s e 5 1 0 1 5 18 17
TI=YTR/RIYRTIS—EEM Q2.7) (4.5) (0.0) (4.5) 22.7) 12 (6-163) (3-53)
A - 2 0 0 0 2 11 4
V-INEIN RS YRI5 — IR ©.1) 0.0) (0.0) 0.0) ©.1) 3 (7-43) (2-21)
e 2 2 0 1 2 18 £
FIYATIF-ELR ©.1) ©.1) 0.0 4.5) ©.1) 2 (7-29) (8-76)
e 1 0 0 0 1 8 35
7yR=TEM 4.5) (0.0 0.0 (0.0 @.5) ! -) )

SMQ: Standardised MedDRA Queries. PT: % SAE : Serious Adverse Event. A& %51 : Day 0 (B[EIZ5)
BREEDEZEIZCTCAE version4.030 7 L—RHOBICHEL S
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B EERLERFEMASER (CL-3045KE8 : SPRINT) ICH TR KEEEREZE D RIRIK R
(BEANEFZST) (R2MRrERER)? 2
i
e ” 5
dR—bFL(SMN2EEFIE—$2) o5
1.1X10%vg/kg -
=8
(n=8) Eé
. N = BT
sMQ ot 75F me sae mem | mm CoRd(E) SEBEE) 57
PT nO  nG  ne)  ne  nee | TE (@R (w"ED 2t
. , . 1 0 0 0 1 7 7 .
FRBRERRRE. MIRRUER (12.5) (0.0) (0.0) (0.0) (12.5) 1 ) ) ;%
2
&
=g m 4y 1 0 0 0 1 7 7
PIYATSToELER (12.5) 0.0) 0.0) 0.0) (12.5) 1 (-) ) g?
3%
e . <<
J7R— b2 (SMN2EEZFIE—#3) »
fth
)
1.1X10"vg/kg pE
(n=9) =
SMQ Total 7 '3’/2 K g SAE BIfER R %EPE;&(E) *’:’?‘:“éq;fﬁ(ga) N
PT ne)  n)  nO  ne  ne | TR mE) (#E) °
5 2
. , _— 3 0 0 0 3 26.5 32.5 B 2%
FRMEBRRE. fRRCER (33.3) (0.0) (0.0) (0.0) (33.3) 4 (7-70) (3-46) L2
" 2 0 0 0 2 32 32 VAl
FitERaE LR 22.2) ©0.0) 0.0 ©0.0) (22.2) 3 (7-70) (8-33) g\g
=2
1 0 0 0 1 21 46 i &
FEELR 1Ly 0.0 0.0 0.0 (11.1) 1 ) ) 5
SMQ: Standardised MedDRA Queries. PT: 3% SAE : Serious Adverse Event. A% 5H : Day 0 (EEIZ5) X H
EEEDEREIFCTCAE version4.030D 7 L—ROEICHEL S 13 5E
2019353)38573_“/ cA7 &R
MedDRAversion 21.0 B
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s g— e EE
O7KR— k3 (SMN2EEFIE—$4)
= _ BT
2R~ 3DIF TIRFREREORRIRO SN AN o1, he
HA <
By
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FLRZVOVREDHBERADFEE =p.408H 3
W = 7z V
TLRZVOVERSHORFEFNEE =p.418R =9
FLRZVOVEREHROFHERICOVWT =p4188 3
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O oEkOR=VIER

@ FARDIRERICOHMOARZVIOBE LFDRHSHONBZEHRHBDET,

<EmIREICHOT>
o RBOIXEHKRVRE E R L1 AEURICOH FOR=V I ZHELTEI V. (5p.3988)
o DEFFORZY I DRBENBOSNIBEICIF EETZEFTHELTZI L,

<RBERR>

e CL-101EER TIE. ARERS L71-156%8% (53.3%) TOEHMORZV I OBED LS (0.050~0.176
ug/L) AER®SNELT. BEHERTOOHIMNORZ Y | OEE@EERIZ0.183ug/LETNTVET
MO CL-101HBE T OB MORZV ID OB EBZB I LBEIFTE ST WINDEBRAKRMNGRERIEAW
CHEIEEMICKDHITINE L,

® CL-3035 58 CL-304FHBRTIZ. JEERARABROBER B X X TEBRP BRI FTE E 2 WET L TOE
PORZV IDRAEZRELIID . REICHRRBRIIT/ONTEDEEA

® CL-1015HER . CL-303F BN U CL-304 5B D OEEIESEROFEIRNIZP. 19,202 TR TV,

<BTOFRR>

o K R%BEBIRKIES L EEHER (YY) ICEWT. BRBEOYLAMEN FOBETOHORE. T
RUEBEEOOBEUNRHSNTVETY, (2p.3188)
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— a
/a

=
D
ﬁ
BN EIEEER (CL-10158 : START) ICH T3 0REAESERORIRKR
GENT—2) (MBI RER) 2
B
B
2R— k2 (1.1X 10%vg/kg) 26 (27— 1 (3.7x10%vg/kg) . IR—F2(1.1x10%vg/kg)) &
(n=12) (h=15) D
JL—-K = %HA(H) H50m8) Vi%a = %HA (H) #5060 (8) o
P N n(%) n%) n%) n%) @E)  @E | n(%) n() n n n) ®E) (@8 A
=9
ast 3 1 0 1 0 6 229.5 8.5 3 1 0 1 0 6 229.5 8.5 15 HA
=® (25.0) (8.3) (0.0) (8.3) (0.0 (29-661) (2-169) | (20.0) (6.7) (0.0) (6.7)  (0.0) (29-661)  (2-169) D
N 3 1 0 1 0 229.5 8.5 3 1 0 1 0 229.5 8.5 b 3
DREE 2500 (8.3) (0.0 (83 (0.0 | © (29-661) (2169 | 20.00 (6. (0.00 6.7 (0.0 | © (29-661) (2-169) g E
1<
, 2 1 0 1 0 309 15 2 1 0 1 0 309 15 #E
SRR 167 83 00 63 00 | * o661 (169 | (133 67 (00 67 (0.0 | *  (29-661) (2-169) ﬁg
N 1 0 0 0 0 1 204 2 1 0 0 0 0 1 204 2
o ®3) (0.0 (0.0 (0.0) (0.0 =) =) 67 0.0 (0.0 (0.0 (0.0 =) ) 0%)
) ) fth
N 1 0 0 0 0 29 Ongoing 1 0 0 0 29 Ongoing
DEEX 63 00 00 00 ©o|r O O |6n 0o 0o 0o 0|l & O 2
=
SOC: 88BERIANDE. PT: ER. SAE: SeriousAdverse Event. A@I%5H : Day 0 (EEIRS)
BEEDESEILCTCAE version 4.030 7 L —RHBICEL S ) =
MedDRAversion 20.0 8%
=5 D
s = = . - ~ N T g X
B e EMiAER (CL-3035E8 : STRIVE) ICH T3 D IEEAESER ORIV e
CBAT—2) (e RER)® N
v
1.1x10*vg/kg 7
(n=22) bt
JL—k o REAA) HHEHHE)
PT n (%) n (%) n (%) n (%) n (%) (%5ER) (E) X F
3&
. 6 0 0 1 2 174 64 &R
GLU 21.3) (0.0) (0.0) (4.5) (9.1) 9 (1-322) (1-341) i
EE
N 3 0 0 1 0 223 2
DRRE (13.6)  (0.00  (0.00 (4.5 0.0) 3 @322 @en .
ﬁ"T
o 2 0 0 0 0 5 272.5 34 ;D%
= (9.1) (0.0) (0.0) (0.0) (0.0) (223-322) (1-67) 1y £
1 0 0 1 0 43 2 Ej?’g
Tyt @.5) (0.0) (0.0 @.5) (0.0 1 [ )
R ffA
7
SN s 3 0 0 0 1 57 241 =
WS LT F Y RRAES—E MBI (13.6) (0.0) (0.0) (0.0) (4.5) 3 (19-183)  (206-341) g
1 0 0 0 1 1 1 ke
HERMmEET .5) 0.0) 0.0 0.0 (4.5) 1 - [ 2
D
1 0 0 0 0 174 39
AR £ 2 4.5) (0.0) (0.0) ©0.0) (0.0) 1 ) ) g
S~ T 1 0 0 0 0 211 64
LaEsE 4.5) (0.0) 0.0) (0.0) 0.0) 1 ) ) Z
B
SOC: 88BRIASEE. PT:HR. SAE: SeriousAdverse Event. &A@ 5H : Day 0 (E[E#&5) 5 g
EEEDEHEIFCTCAE version4.030 7 L—ROEICEL S O
2019%43888AY ~47 >

MedDRA version 20.1
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B EEHEFEEMIEEER (CL-304558 : SPRINT) ICEIT2 DIEBEESRORIRK A
(BENEAZET) (Rt RER)®

J7R—R1(SMN2B{EFIE—%#2)

1.1X10"vg/kg
(n=8)
JL—F = RIFEH(H) HH5EERA)
SOP(EI- Total 3/4 §Et SAE B!'”’Fm ﬁg U)EFRTE mq:geﬁg
n (%) n (%) n (%) n (%) n (%) (#EER) (#EE)
ast 1 0 0 0 1 1 14 22
=e (12.5) (0.0) (0.0) (0.0) (12.5) (—) (—)
ERPRIRE
e L 1 0 0 0 1 14 22
MRSV FF2RARFF LRI (12.5) (0.0) (0.0) (0.0) (12.5) ! —) (—)
dR—bF2(SMN2EEFIAE—#3)
1.1X10"vg/kg
(n=9)
JL—k = HIRE(B) #FHHAE ()
n (%) n (%) n (%) n (%) n (%) (&EE) (&EE)
a5 1 0 0 0 1 ) 10.5 17
=E (11.1) (0.0) (0.0) (0.0) (11.1) (8-13) (9-25)
BRRRE
RN s 1 0 0 0 1 8 25
WA T LT F 2 RRAES — L MBI Ly 0.0 0.0 0.0 111 1 - )
. 1 0 0 0 1 13 9
o= 11.1) 0.0) (0.0) 0.0) 11.1) ! ) =)
SOC:88ERIADEE. PT: =R, SAE: SeriousAdverse Event. A5 H : Day 0 (B[EI&%5S)
EEEDEHIFCTCAE version4.030D T L —RDBICEL S
20194388BHY b4 7

MedDRA version 21.0

O7R— k3 (SMN2EZFIE—%4)
JR—F3D1BITIROEEESERORRNTD SN o1,
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@ KRS MERIC—BMICI/NMEEDEDL . I/ MEBAMEICERCEDHDET, [
BT
<ETRIEEICH->T> 47
D
e KMDEER KRV IRE%Z3INAM (DR H1IABRBIKABIC1E. Z0%IE2:BIC10]) Em/ MMz AIE L m
TLIEE W, (2p.398F) b4 ]
o KHITIR 5 BRI I MBS A SEERCE SR VT LTS, ot
NN , e 3
e KB/ EHICIV/NMRBODEEN RO SNIIFEICIK. EESEREICOIE T2 T/ MRz AEL . E7%A
MBRITOTLES W, 5
ft
; 0
<HBRR> ::
® CL-1015 B MU' CL-304 5 BR TIXERRBIICEMR D & B M/NRBUR D 1ZERO SN EFHFATLT =, -
N
* CL-101EBR Tld A5 al (N—2 51 V1E) L LB LTI/ MRBOBD D EBFRTROSNE LI ?;E
FEEELDHBEEZRLAKREIBRERE. EEHEREHRLE LT B
® CL-303FER Tl RRZIRE L1226/ I/ RIBAED 24 (9.1%) « M NRECE D DY 146 (4.5%) HY 7]
FHEL. WINBIHERTLE Q019F388BNY b 7)o SEAOIVNMRHO RIEMEIE. 93,000/uL. S
100,000/uL. 74,000/uLT L zo b
~
o CL-303RB TOI/NMRBOER IF. 85 THEFRICR—IT A VENSO—BMEORDERD. Z0D% 4
4B TICERBEAXIIN-R S VEETEEL &L 2019F388BAY b4 7)., g
ER
BU
B B4 EMiEEER (CL-3035{E% : STRIVE) ICH | FA MM/ MR GED FHITIR A @é
GCBNT—2) (e RER)® .
ﬁ"T
kel
1.1X10%vg/kg ﬁﬂﬁ
(n=22) Eﬁ"fé
=N
sMQ Total  ZY7F me sae mpm | omm RO REEEE) ¢
Py NG  n)  nO  n@  n) | TR GmE) ) B
ZAN
. % A
MR DA 136 ©0.0) 0.0) 0.0 156 3 ) (8-4) 7Y
)
MR @) ©0) 00 ©0) @) 2 10 @i .
D
MR (4%5) (0(.)0) (o(.)o) (0(.)0) (4}5) 1 (673) <472) %
2
SMQ: Standardised MedDRA Queries. PT: %R, SAE : Serious Adverse Event. @5 H : Day 0 (B[E%5) B
EEEDEHIFCTCAE version4.030D 7 L—ROFEICEL S
201943888 Ay k47 7
MedDRA version 20.1 |/
B
5y
S
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5y
W2l
MDA
L 0)7

KIAMOBHMHEREREZNRE LIEBERARICEVWTEROONTEIER - FEGIFp.492 TBRIIET L,
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© miztt N nELE

@ AmDIR5RIC. W RMEkZ FSE M. MRED . BHEEERE 2 e 95 mz
INIEEDDHSHNBEHHBDET,

<FmEEICHT=-DT>

o MZMEH/NIEE (TMA) 13 BRED DBEYIRBERICEDEIE TS /D FRERIEETT, AmdIRES
ZRITTCBETIRMEEHNDEEDORIEU R ZBH WL FRRBRBVILEBBEDHD T,

o M/NRRAME IZ M MM EEDEELBRDIH . KBOBERIRUOKRSE3INBE 11 BEIEEIC

1B, Z0%IF2:EIC1E) FIVMEEZERET D eDIC. EEDROSNIHEICIE. EEEBHIC[OETS
$ TV MRS E AL B ALEEIT>T IV, (Sp.39B])

o SFE. IO A I REH . IBH S QERFREER - BIEQRIUSTEL NI MR
BERVBREREET5 B+ DICRBEBEEI,

o MMM NIERE Y — BT BERARMIE . FER X R ER R E R B A R0 S NS AICIE RIS B I /iR
. BREBEOIMEL SOBEETVNRIREMERD/ X NRBREPIE: OEE%E 20, K
FORBRIC S ERET T I L,

o BRERIEEDMORBERDEME B HLTNSRETIE. MMM NOBEEDY RS DS A BA A
RBOET,

<RBERR>

e CL-101558R . CL-303&aBR MU CL-304 55X T3 Miz M MUNIEREIFFRD SN FEATL o

o BANRUVERNTRRIC. AmDiR5H 5 LA #ICMEERNNEEZRR LIEANRESNTED.
—ERDEMITIF. RBRDEMC (RRIE. DI/ FUEES) NFERFLEIOSNTVET,

W FEAIDBLE (MR MEE)

TE5 Z

R & TR B EMIE (SMA) 12
AHIE #L

1AKk5E - 15 AR 57.8 mL (HE#%5)

fw%E B BR®E
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D
7
n
W ER - 2B - RERE
1
ws
£HTHBICSMA IBLE B, PRIV RERIA, ”g
®E2HE | XoRILEVBERS, ?
®E0ART | ARBRSTEED2EANIC38.2°CORE. CRPIHERDT . BERMLIAIRS % LARER. LB
\ Bk
¥ 5H#uH ZLRZVEY (Img/kg/day) %5514, 5%%
I8
#58 AEERS . REBERAL L, e
®528% | 38.0°CORMBD, BMFRERD. FINET LI, ;%
%
I/ NREORD | BB IER, LDH E5 \ ASTES . ALT 5 SBL . FAI. 2SREOBE(LERO T . BRARIGE 52
®E55H% HINAh ofco MREA 10000/mmi U FICE T Lifcs . I/MREME R, 7L K=V O>%2mg/kg/day ¥
ICIEE,
5
RE6A%R | AMBEE. TR S0E. MY . BMETEES . FIRE. REEMA . RORBM. I/MREDE . @
_ _ _ D
weomg | TUERD. BUN. CrefifDRMEFRE L LU, MEMARBTNE (4B MRS ENAR. BHf 3
HEEEASTMANED NI, =
(EIEEIC CRBEREE AREIC &S AMME REEERE (STEC-HUS) BTFEIN. ADAMTSI3EMETIE A< N
51304 | MR/ RO MBI (TTP) 3B E S N, JEMAAM I FREERERE (aHUS) bEDNL D, THUZT 03
TERS, S
*
BEIAEE | TMAOZMBEEICESEK. BIE. DRLOE0H. MEAERL . PICUICAR. BEEMIRBHES (7TEH). .,
BEITE® | HbETICK LR MR M 2 A0 M o I
+B
. RIBRE M FEATICE B, aHUS TIFARK ZRETMAL LTHIS IR S LI ah. 2BBD T VXY TRE513TH Y&
®5210% A >
nihot. 7
#527A% | FLRZVOVORERMA. ﬁg
ER
®/E308% | MIOMABIET. Ry
##5408% | CH50:16.4U/mLE R L. BE13A%ICRE LT/ UXT T IC &3 HIEE FEERR, A&
B5498% | BEDIOLOOBERICEDEMFPHICTMA(LZEEM) CREBIS N, i
X,
B
#®558% | BEER. ?Eg%
=M
WECIA®% | EMEENIR. BER. RIS, v
BREEE #5020 | #550% | #560% | RE5TA% | R590% |B5190% |#5268% | ®R5408% ;;*A
A
IMM/REL (x104/mm?) |39.6 0.8 0.7 3.2 4.1 1.6 2.0 19.1 gv
9
Hb (g/dL) 10.6 10.5 8.6 8.5 13.2 10.0 8.9 8.0
LDH (U/L) 259 2183 2602 3520 4895 1494 665 402 0%)
AST (U/L) 24 270 251 310 422 86 45 31 %
ALT (U/L) 10 97 79 103 239 51 32 23 g
BUN (mg/dL) 11 21 36 52 37 11.7 93.7 24.9 Z
Cre (mg/dL) 0.10 0.12 0.25 0.51 0.68 0.60 1.17 0.18 pk
WIFER C3 (mg/dL) |- - - 74.8 - 54.5 72.1 124.4 53
BIKEE C4(mg/dL) |- - - 9.1 - 13.8 15.9 22.5 7
CH50 (U/mL) - - - 30.7 - <10.0 <10.0 16.4 Hg:%;i,
HAE TLRZVOY, E T4 EFILFRITL, AX TSV =ILF I TL, ETRREFIL TOAFEFIL, SOVTIV=IL, T7EFIY i%ﬁ;
D
~
=
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B EF OBIE (Mt mELE)

45 L4

fEFRER BRI HERIE (SMA) 1R
AHIE =L

1AK5E - IR 5 R 46.8mL (BE[EI%R5)

"¥E BN SHEERARERE

W ER - B8 - REAR

ERIM2HBICSMANRE B2 RmMUANDSMATBERRDREER L. AmRE12HFORE T, BMXKARE
NEBDSNTH MUNMRE AETOE >, BEHEE. I HERFOREBEII2TEEBEHRERNTH D BRIE
ZOEREY. ARRSFIRINBOTIFUOEBEDLEN o1

®E5BFH ZJLRZVOY (1.09 mg/kg/day) #5554,

®’5H Kmzir5. BANSERHD,
wE3EE% BRAREZDOLHEFREIIRIF T MRFELDHASHLERIIROLEN ofc. FE38.5°CETLER (R55

BR&IC—BE&m#),

BUODORDRLBEDMABREE R M/NMREOZBRAET (1.3 X104/ mm?) . ERRMmER. B4R (BUN L
H.CreLF.REHFY. ZEERK. MFR). LDH L7 SE. #HERFED . BHAASTER . AKX R %R,
M/RECRD « BEREIRIER . B#EERLH S M MERMUNIIELE (TMA) B &b 7z, ADAMTSI3/EME T4 L,
A= ICUICTHEER T CTHRELIREEZEA, M/ REH0.5X10/mm* £FTET LI/ BRI/ (PC) 5Bfii%
BMBICTSyRT7IoERZEBL.. MEZEZ® (4BM). 7L FZVO>2mg/kg/daylliBE, mmMEICITL
CalfME#REL. MEEEZZ2—LAHSBEHAR LT,

CTICCRM TESAROMIZERPTOHSIREEHD (B BAMIERADREW),

MERFCRD . BHREB(LHEITL . REFMD RO R MR BN (CHDF) =Bt (THRD -

BSTER | o SLRERORMETVERER, M SR Ca ik AErEs.

#®&59H% M/NMREA TIFIEED . MRRGEE—B&T,

BEMWINMRBETZ0. MRXHZzER (6B,
#£5128% | REMMRALL DR II-TENRETzROcD VEDRNI VERIBZRE . FNIVIERRIERESIC
LOBIMRISIEIER & A>T HREIFEML BD o7,

EARUEREENENREERE (DIC) OEEZFB L LIVMREAPREBMLIcd. FAYRETIVITILT 7
32008 ziRE. 2HDFREERAIMEALEBRICOEL LD CHDFORKEZIEE L 1o, [ERXRTERL

BSI3B® | e memn. FEBHL YL LT TORET 5SS WA B Lt A EE . RS L 4 DI
Rigs B,
CHDF Tl B ITRER & 7 DR A R4 7 o 7e 7ot CHDF 7% ik LRSS E AR BAS (8BRT)o 1T —FIL & DA
s 1am | AHTOOMUEHERL ESDE D G LIk A A LT o BEBSHTR DT — 7 LAARE DALY

fed. MM BEZE LT
CRPIBI . MERISC EF DT RGBS/ IFRBEMEDOSHOTREMZERL . MEEERS (R5228%FT).

’E518A% | MVMRBOEMERZHEEL . MFEHEEHELRBE R, @58  TEERELABE ().

MR D M REUSIEM LT IREDIRAICEN (ImL/kg/hIA L) Cre bR ETMMERME R o7Tcd.

BENBR | im0 mEEHRL . EEEEET L.

#®5238% | FLRZVOYOHERRELR.

®’E5418% | REAIIFERD. 2SREDRELORE. TMARUDICIKEECHETI N,

24



— a
/a

BEIEE RE120% | R530% | R560% | R5TA% | R58A% | R590% |R5130% | R518A% | R5230% | R5408%
If/)vRER (X 104/mm?) | 39.0 35.6 0.5 1.1 0.9 2.5 2.7 12.5 29.3 16.9 Egﬁ
=31

Hb (g/dL) 1.8 |11.7 |82 7.2 7.4 7.9 100 |82 7.2 11.9 R

WBC (X 10%*/mm?) 14.7 5.9 14.7 22.1 25.5 23.6 37.5 26.1 11.0 8.4

LDH (u/L) 225 379 2464 2069 3348 1636 985 386 463 246 x5

BUN (mg/dL) 18 7 23 30 16 11 8 16 19 21 =7

Cre (mg/dL) 0.21 0.12 0.45 0.85 0.56 0.49 0.57 1.08 0.26 0.13 2

IN#EHAM E (mmHg) | — - - 130-170 | — 119-136 |105-142 | — 106-139 | —
FRERHAME (mmHg) | — - - 60-90 |- 40-55 |64-90 |- 54-86 | —
#WIAZEA C3(mg/dL) |97 - 93 - - - 47 - 85 -
WIFZEA C4 (mg/dL) |27 - 14 - - - 15 - 19 -
CH50 (U/mL) 44 - <5.0 - - - 21 - 36 -
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B EF OBIE (Mt mELE)

4R 5

fEFRER HREHEMRIE (SMA) | B
AHIE =L

1AK5E - IR 5 R 55.0 mL (B[E#%5)

"¥E BN SHEERARERE

W ER - B8 - REAR

515881 | SMAICRHLURS FSLRSIIOvTDRSFA,

’52EME | REFERDD. F1/ V1R G AE@i&5 LARRICIZERIER.

VRO TSLRSA2AyTDRERT,
TLRZVOY (Img/kg/day) IR5BM8. R INSHEARREBEE R L. AmREHIRINADTIF U EBER L.

&5H rmziRs5,
®53H% 3BT CORRABELUVBMTIRSHD (BREH).

& 58H

#®k56H0% M/REGH A LDHER ( ASTER ( ALTER Z25ESR . BHEEREZREL . BRI O EE, IE ERH807

MNREEA3.0X 10/ mm* ETET L HOBERA . LDH LR . BH#EEREE (BUNER . Cre 8. RERD) %=
Rt REMAOKARMEKZ BN TREL . W RMER SR CAm4Em),

[N RE L ToREED S . IR MMV NILERE (TMA) L5217, ADAMTS13JEMET AL MR FEE AL

#%5108% | EEEBCTEESREENEABE (-) THH. ZXRETMALE R 5N,

KDFIR KDEE (REHAT—TINBELBERREEE)  BAKUN OB REKERF M TLESFR.

TLOPEYRVIIVEIEIZED BE,

ASTERUVALTEDE %S ERZRDIf. LRV OY%2mg/kg/dayllBE,

#£E5158% | RENEIE,

EMERES ImECHTT N,

RSB | T aRUATBoREERE RO 5. TL =V % Img/kg/daylmE.

#£5208% | AmEBEMBEEL. TMAIZRIECHBTS N,

ASTERUVALTEIF—BEXREEAZRLIH. BLR (%85428% AST 2160U/L. ALT 1710U/L) L7c7=&. 7L
FzvnOoryz=BE2mg/kg/dayllEE, BEFOBEER - MIEA L. ASTERVALTEOHB ZRERL AN ST
LRzvOyz#Eml . 85 84B%ICHMEREIFERL LI (EBE. 7L RrZVOYIF1Img/kg/day THESE
#®5).
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BEmEE WEHE | #538% | B568% |#5108% | B5110% | B5128% | #5148% | B517E% | 1852084
/)RR (X 104/mm?) | 36.2 23.0 8.2 3.0 4.0 7.7 11.4 21.2 25.4 Egﬁ
Hb (g/dL) 12.1 11.5 11.7 9.5 9.1 9.2 8.9 9.7 10.3 §§

WBC (X 10%*/mm?) 10.2 6.5 6.3 14.9 13.6 16.1 10.4 6.7 9.6

LDH (U/L) 239 378 580 2637 1606 1247 846 648 446 x5
AST (U/L) 28 54 126 633 534 570 505 251 95 24

ALT (U/L) 14 14 72 403 498 561 625 504 258 2

BUN (mg/dL) 10.3 9.4 5.1 46.1 65.7 64.6 20.3 6.7 9.2

Cre (mg/dL) 0.09 0.09 0.09 0.29 0.34 0.32 0.15 0.12 0.09
IN#E#AME (mmHg) [87-110  [105-120 |95-124 |97-119 |90-109 |88-115 |105-123 [93-101 |-
#EARHAAME (mmHg) [62-83  |69-78 61-85 49-68  [56-66  [42-80 65-68  [60-70 -
#HIEEA C3(mg/dL) | — - - 95 - - - - -
#AZER C4 (mg/dL) | — - — 16 - - - - -
CH50 (U/mL) - - - 59.1 - - - - -
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driis
VOl I7=Td

z
27 '8



B EF OBIE (Mt mELE)

4R 5

fEFRER B THEMRIE (SMA) 1B
AHIE BYM7TLILE— (588)
1AK5E - IR 5 R 60.5 mL (BE#%5)

"¥E B BR®RSE

W ER - B8 - REAR

E%6HBICSMAIRLE BT, X XRILEYDOREZRIE LT

’E541BF | XIRILEVREERS,

&E5/H ZLrzvny (Img/kg/day) DI&GZMIE. ZRIRSHIDFHEER . RIEFORALL . FEL INSHEAREERE L L.
®’5H rmzE&RS,
1 E% 39.6°CORH (RIBRICIT.ICETTMD. BEMEH) BEFR - BNETHD. MBRETEE R HROHT

B,
’530% B0, MKIRE CAHAERE . I/MREURD . LDH ER %o, 7L =V O %2mg/kg/daylliBE LT,

®’E50% e RE OEERVIVIMRERD DETER DT,

ABRNMREREE LT, REMBELLERME THRORIEEBD T ATTOLVREEZ SN, FMTIEZRAR
MU/NRECGRAD & L BRFEFRIMER. LDH EF % ES5AMmEBMmE R0 . M2 MHUNMERE (TMA) E 287 L7 UFEHR
120mmHgB DS ME. Rk, ORICEEDZER RO, QTERIFRDHHRHA o7,

®5601% mK. BEOEME SR EZRETL . thBROPICUNERR LT,

CORBEATIEBAR2OBIERL BRTMABHIGMBRIENABERIR T TIEARVWCHBI SN, AMICHESE
R2OFHENTNINTOT ) oERS LT

ADAMTS13/ > EEZ—PRMETTTPIFEEN TH o7,

JOt I RIE5RA 2Qmg/kg/day). RROEE BEBRICHE 7= H SR LTz, BUNX Creld EF . AST X /iR #K
®’E57H% IFEIEVWTH oTco MIMRERUHbDETICIGEEER M (FRMEE) TRIGLTZ.
BMEZRO. ZAILCENILZMEIY =L ERK ST (RICTLODE Y RUXAFILE/NIZEIT).

#®&59H% FROIEEFESS | /)R EIFHEER o

AVITLMETMER, BEMRENRVREHRE. VORI YREL ST,
MAEF110~120mmHg THERF. M/ MREUZEMER . BUNE CreldiEIE W\ A REIIBRMETH o7,

®’5128%

#5130% | FLR=VAOY%1.5mg/kg/dayliHE LT,

&E5148% AVDLETORS. REO/ S0 > ORRZERIE L.

FRICRIRER L FIRBIZBE LT WUTLD ER A EESHEERNTH o7,

B515A% BUNIZHEIX L), CrelddtE LTz, LDHIZMEMBERIL AT, MEIFRERERIZSICED110~120mmHg THEIFI Nz,

#®5198% ZLRzZVOY#%1.0mg/kg/daylliBE LTz,

£5248% | KAMEHSIBRRS—BEMICKR, RFEOERNTHSH B ERIEFRD . FEOE,

BIMICH LT, RIKRZIRS LTco eGFRT4.8 THHBMBEMZRITEETIIAVWCEZI SN AMMEMDN

BREBBER | e nat R 0R MO £ ZE L . BAIORREREALR . TMADKES SEE L.
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REEE BEH | B530% | #558% | B568% | B57E% | #598% |#5128% | B5168% | B5208% | #5428%
/v ER (X 10%/mm?) |32.0 15.2 3.9 1.2 0.7 3.7 4.7 5.8 40.8 40.6
Hb (g/dL) - - - 10.2 6.8 8.3 11.5 8.5 7.5 11.0
WBC (X103%/mm?) |- ~ - 8.3 13.4 18.5 10.0 9.6 6.5 8.8
LDH (U/L) 325 1680 2478 3528 4030 4261 3507 1932 950 323
AST (U/L) 43 1370 1481 959 620 358 113 62 42 67
ALT (U/L) 23 956 1253|803 575 271 179 88 46 69
BUN (mg/dL) 14.1 13.9 10.3 20.2 39.4 66.9 77.2 51.6 16.3 10.6
Cre (mg/dL) 0.13 0.14 0.16 0.21 0.68 1.23 1.31 0.41 0.18 0.12
#AZER C3(mg/dL) | — - - - 43 - 44 - - -
HIFEA C4 (mg/dL) | — - - - 5 - 10 - - -
CH50 (U/mL) - - - - <10.0 |- 16.9 - - -
HEE: TLRZVOY, T EFUY

@ Infusion reaction

Q@ BBIERVT7FI715F>—%2E L Infusion reaction (BZ. ERMZ . 4L, "Bt 580%.
REAE)RHS5HNZehHBDHET,

<ETmEEICHI->T>

o KDk 5 & Infusion reaction|lfBEX TR RFFICTDAWICD TI 3 [FE T o= ETHRIBLTLIES L,
e Infusion reactionhHS5HNTHBEICIF BYIRLBEEZITo>TILEIL,
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5| FDMDEE
® ANAEATFEIZDOWT

[ KmDERICHI-->TIF. E—BEARREZETIIVEN DB LICEELTLIES L, ]

e KBDRDICEENDTT/HEHETAIRIBDAD T REBEITZERSMNEZY NI B RITT 3 IEEIEN
BEEFHEBATT/BETAIILZICOVWTI TECFRBEZ EMEDOFERFORFICLD2EMDZHRMED
HBRICBET AR (DIILANFE) NIBEDTAERINE—EFRRRE (FFRES122-36V-0001) 73\‘7@&)5
NTVWBRZED S KRBOEBICH> T BE—EEAREZETIZHNENH D CICERL TS
(=p.4288R)

® FETHICOWVT

( )

[N EREREENRELEBAEMERERICEVWT, 15N EEEHEMRIEIC
HEET R ERRPICEDERR/EOMEMBEEEZRL. FTICE>TVFET, BEIZAST/
ALTIENN . fRIEAME . IR FEE | 534038 RERERERU ST M) UL MIEZ IR
LELT RCICESEBEREARODARBRIFEEINTUVEY, (=p.588R)

O BERERIIRS D IEER R BR

WEAZIAFIN 2RV BEEFRAKZS (1.1 X10"vg/kg) XIFFEERRS (1.2X10%,
3.0X10%, 6.0x10%vg/animal) EHRICEV T, EHOBRIRHMBEH RV =X HEE
ICREMEZMRRUHEEE. ECICHFRICHREMEIIHERBELNROSNE LT,
FAARIBREOEAHD DIFETETHD . BEIFRNIRSERUVBEERKRS (1.2X10%vg/
animal) TIXEL2BEENE . RISRRIERVEBEDETHH SN SERFHNAEE
HHRRINELEY? CNSOFRDERNEEIIFRATY,

\ J

o K %EBIRMNIRS LI-BEREERICEVLWT. BIROFRRICEETZRIERIZFRHSNTVEE AL (2019F38
8HAYEAT)
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FEH

n

O #IRAIRS DIEEE KRR .
AR EEEBRARS L-SERER (YY) VT, BREAEOWL.MEU LORET 5
DEORE. EHERVERZEOLEENEDHSNTVETY, (Sp.188R) .
z5

oYU R E AUV BEIEFIRMNIXS S MHER (8384031) ICHEWWT. AMm1.5X 10%vg/kgiR 5B U ETLHD 5
RIE EERCEESEOOEMARDSNE LS, i
o ARBEICEELAFEOESEBITRETESERAT L . — 5. BATHEIEL.5X 10%vg/kg T D . BEER Sz
FAET#5»%1.1X10"vg/kgD#1.4EBOLEEZRLELTco CNETICEONIEREKERICE TR 2 gg

T—EADS AR ABEDEEYZ TR I +ABBERIIESNTLEEA,

£
D
1(%7
O kit DEE i
AP ERBEICRARNREL CERERRICEEERIFTAEMIEETIEEA, P
Eﬁﬁi
)
o ARIFBEFOEBEEZIBLTE D MBI BICHEVEETZ L EHD FEAD T REM EIchT>T Y
AAVIH T RRIGEABEFHEEL . EEEET STHEMIMEVE EX5hET?, bl
<
o AR EBEHRARE LEBUER (XIR) VT RERIVEE TICEBBEICHTEIERRY /L Z
DNADBRERICHMERD ROSNTEST. BREBRBRICE WV THIRE512 5 BEEFTERY/LDNAD 3l
MRFHSDHEENBHSNTVWAVNIEH S ARHEESEICRBMEELTERRRICEEERIFY £x
AREMIEEETE A kil
® MAAVIFHUAKMEICDOWVT i
SU
ARBORSURVEMEICH TIHEIEIHESHTRBO FLAD . KROBSEICHAAVI 't
PREDEMDRDHSNTVET, 2
=9
Z
o CL-101FBRTId. AREIRE LI 15BILFITHAAVI FUAMEA M L % Lz, E7-BRARAERTIZ. FAAVI o
MBI OBEERALTED. BEOTAAVI RGN ARORL U RUEMEICRIFTEEEASHT 2
EBDE A BB FAAVIFERE DRI B THBADRINIE. p.ATES BRI TEI L, =
v
gk
59
=
~
w1,
e
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O BEOHRMFOREICOVT

rmig5R. BEOHMYFIC—RNICEARANIZ-DIENET, EEORBKEXIINEE
IS, AmIRES SEMRE T, HEMEFZBVICNE TS OICFREEDREZHELT
IV, (=p.4481R)

e CL-IOIABRTHFEHAEN RS INISFAZR[RIC. FALNSORERIZ—HHEHBEZRBLIER.
SREOTII A IEE R RORAT24RBEREELTIC. —AEBTIIREI0HBRETITERIS L
ZEZONELTc, COTDH R - YO EERIS. AmRE4BFEREITEYICEE I CHUEBEREZ
BEORKEXIFIHEITIEEL LTV BEORBEXISERENDHRADERICIE. TELOEMZZF A
<TETV,

@ JLNT U ARRHEHEICLBECFHRBEZRITONEIHLEDIREAN
Q@VIINTUARDBEEZZRITEEFIEDTT7ICOWVWT
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o BREDARICE A RROBBEMY LHIC. BHURVREL Y. TOMAROBEAERODICSELER sk
o CREICBII BN AT EOE—BEAREROBRETHONS g3

RERTEEICTCREDORKEXITEHENDOHRANZFLRABEZTZERLTVE T, BEDOREXITIIHE
SORABEZR/AIBICIIBEICIGCTHRALTKET WV, Efe. AmDBEZBYN DR LICTo>TL KL
eI BEDORBEXISERENDHBADERICIE. TEROEMZCFIBLIET L,

Q@I VAR A BRI KB ECFHAREBEEEZITONDFEEDTREAN
Q@VJILTFUARDBERZIITEFTEDTTICDOWT
QVIYTVRIEERN—R
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7 BEAYEI T DOVEN

B ETHY ) IDOREREE . HRERVERHBARBICOWVWT

S te B A X RE FHRHBAAR
ARESHRBATNIOBGAY YUV RREL. AT —LR OV
1. AGREH VEEREBLTKEIV, OB ABROEMN. AE.AB (XU vk
(1> TA—LR-O>EVE REE BRUOFX)y ) BISERERR . RORBICHI->TOEER LR
ROEGEAT ) Y) %, BIER. RN T +0-7 v TONEN . IR EZE|CH
LCEHBBZIToTLIE T L,

LERRDOEREBERLTETV, HIC . BTERAPSROENE
7AO0-T v TDREM RERADREEP ICOVWTERZESHA

2. KAmir5ER " LTLEE L,
(\ET—jj,jx tus 7‘) 1‘tuE R oo _ \ \
N e ad )k BEOREZEOREBEOHOFHIFLE . ARBDOREAELRD
Y, o BEDOEBENREE THBHEICIF50%DHEERT, SMAZR
DFHHEENET

RN SBEAADRIT BEDREICEDOEILERZAVTE

3. Amik5%& RFEE. | BLICARICEITZHAC. 5ISRESVBECRZ 707 v 7 R
(BEDHRICEDEER) BE RANDZEICOVWTOFHRRAZITVE T, BERADIRTZRITANS

e®ICH . BERTIE BB SMEBICRELTIET L,

X IEMOID DBEGENREOEMICHE LTI ABERICBETEHT )T ERIC BYRETAY YU T2 RELTIET L,

B CRETOR G

BEORRICISC T BYRE (R ZERTEISF) ILARKRSICEHIZHAZEEZEORKEITARE
MOBENTSILIEEELTULIEST L,
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3 Nz = 3
3) BERUBEREAESE
w5
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ESEECETRREERMETEIZRHEHIE-TVSBI L,
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T ABOREMRVENEICEAIZIBRENET IO KARDOTBEEZRIIATL(LIZAN))JICEE
BERETOCEDIC. ARICHFEON TV AR ERFTERAEZBEYNCEH I D CEHAIRETH B,

8. BEERENMICEAIZBREEBICNHEIZEIENREIN . HERTEENSOBFREO . B
ZeMFICEITIBEROEERVEMEFICNTIERIEHR. FEG - BEERNRELLIBEORSEIC
RIBDEBENRONITONZAEHINE>TVD L,

9. BEANEEBECFEERNVBREGHI VLUV I ERNHFATREIIREEGHV VS —ERREE
XISERARELCEMEDRIEBEFNH B,

10. B EMIEICEIE T 2R 7P ERICIHCBYR/N\E ) T7—> 3 > O D A EE « % 2 WIEIG
TI3EEmBD DD,

11. 8% ae s M X~ —J)L [CHOP intend /HINE /Hammersmith (Expanded) &] # B\ o @) A A8
MRAEZEBTIB L,
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OB FHERDONAEDAEMENH B NFHZHEZX. BREDESRUEHKHZ
CREKETV, 8. 1RZEBXZBEDSSIIBEHRKROMATIIGR HFEEAAV
NDBEARFORIEEDNDDET,
Q@ EALLIBREDORBICHESBVES . REOBREOEGRUVERIE. BEDKE
EEECFER. BEOENICEBURIFZERD L. THECIET WL,
§ J
<E®>
o —MRICHERICIERZEITOT IV DIFLACHERBRITLILBEBERDIgCTEDONE T, BEHLS

FRIBABITLIZIGGICED  FIERD VAL AEIZLHE LIcR A BRRERIRICHT I3 RRHEHHIIL £95
BERERDIgGIE. HEBRN SR ZIELD . EHED2HBHIRTIILIGCEDHEDETHETL. B&%E
1D2ABTHRITZZCHFSNTWVET ),

B RBRERVEERIREITOREIOT YV ERES

(mg/100mL)
1,200

1,000
D
800 - '!TZ‘SI?G;E R BMAZED60%

z BAZD60%
600 \Y

400 .
300 4 -*

2009
’ HERABFRD
IgG

A
.
A\
A\Y

1

150 '
125 :
100 :
: IgM MARDT5%

N IgA BAZD20%

75 1
50
254

0 2 4 6 8 2 4 6 8 10 12 (B

B

Tosi MF. Normal and impaired immunologic responses toinfection. In: Feigin and Cherry's Textbook of
Pediatric Infectious Diseases, 6th ed. Feigin RD, Cherry JD, Demmler-Harrison GJ, Kaplan SL (Eds) .
Saunders. Philadelphia. p.21-65,2009.
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o BRI HEMIEDEZDBRNMMAAVIFTUA (IgG) ZHRABLTVLWRIEE . BIREBIICIAAVIFUA (1IgG) A
BRIRBICETIN. BE (FER) A MAAVITIARE TH ML AZ e BESNE T, LA L. BFBITH
KISEBOBBERISHEDTZCN S —EHABERBERICBRBEEZEE T D LEBEICELTIAEEMED
EZS5NET,

o FIAAVO A D F & REA~ L IREA DA DRI OVWTIEH R RIBENH D £ A D AAV2 RTUAAVSIC
TR MAEDRERERICDVWTHTHAE L CalcedoBICEDAREBEEZRDE. MO IAILRERKICIKET
ISRRBRITLIBERBEEDIgCEEZ SN IRUBICHL R BFBITIMEICLDAAVICH T 2REETEL
LTHEDBRAAVOBRBEENERIDZ A RBINTVET Y,

o FLAAVOTA D HEFEBICDOWVWTIFRBET T A —fiRBICIgGCO¥BERIF2IBRRE TH D e hF5SNTL
FIYW, 1gGIE WIS TBMBRICK > THEBENERZ L VWSHEDNHZ2DDODY 1 VLT VA= MENE
DE ITHEERAKRGER (CL-101558) T, YIEIRERICIMAAVINARBG E TH - EBEETHREDBEREML
BOI2BIDANMDHERE AL MAAVITUERD AAIE21BU T THERITIHEREAB>TVET,

48



FEH

e
/1)/!{
RIEED =itfem - FESE .
\ \ 5
BHMHEREREZNRELICERARD ICHEVT. RGN REIN826] (HEA26ZZ L) A3564) Egg
(42.7%) ICRITEAD RO S NI, EREIEAIE. ASTHEMOF (11.0%) ALTIEM., b5V RXTIF—CE LS ?
KRUMEIE D 66 (7.3%) TH o7, (201943R8HA Y b4 7) 15
) 527 L1 CL-101 B8R  RURERES = TG A5 (CL-101 580 B ESRER (LT-001 5U8). 1A SBESREIC S0 TR £X 22
5N 3 SMABEERRE L1-BA S IARER (CL-303HB) SEGTRAEICED . IRFIREE X513 SMABBEH KL LEERER %7
MBS (CL304K8) . RU TGN SMAREE &R L1 SIS 085428 158 (CL1025HER)) W
(1) EABEIER bt
. N z
1) FHEEREE  FFARE (19.5%. SEERER) | AST.ALTOEMEZ HSHEERESAHSHONZ2ehH D %g
DT BENRDSNFBEICIE. TLRZVOYOREA M T2 FEOBEYRABEITIE, Mz
2) I/ AME (6.1%) : RGOS BRI —BMEICIUMREDR D L IMRERAMEICES e h'H 5. z
AROFSBICM/IMRBOBEH RO SNIBEICIE. EFEFICEET 2 F T/ Wz BIE L. &) 13)3
BIEZTTS T o =
3) mAMHUNIMEE FEEREA) AR 58 M., /R BREREEN RO SNIIFRICIE
B RABEZITSI L N
D
4) Infusion reaction (JEEFER) (BHEIERV 7 F 7« SF>—ZZ T Infusion reaction GEE . SFSZ | L. gﬁ%%
MEnt. $8h%. HRE]E) h'dS5hHNd e hdH S, Infusion reactionh’d S hHNTHBEICIE BYIRUBEITS L
o B
v
(2) 2Dt DEIER =
5
1%~10% k% $ERERBR %8
137
&R
BiEEE IEE — % ‘
caEE - e .
ﬁ,\T
o
BRRIRE (N mp b i — ?gf
=K
[0}
T
A
By
=9
&
D
ft
D
=
7
L
gk
55
2
b g
=Y
Bl
D
L 0)7

49




EEFERRICETIERERRURAER
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UFoRE#ER2THITEE

e SMNTBIEZFOmMT7LILER (REXiZ
BEATE)ZEBL.SMN2EEZFNO
E—#8H2THB L,

UToREEOVWTNDO ZE LT EE

e RV —Z VU RICRENLITRER (FE#HR
[eHSTEVIF) "B ELEE. XIFSp02h'
I5NKRBTHB Lo

STR1VE)

%Ilf;ttﬁ ° SMNZiéEE?LC\ C.859G>CH'ZEHHEN | ° ﬁAAV9ﬁTZX7E7E3—5C<‘:o
(CL-10158 : BOWI Y, . ‘ o g’.%rﬂm:%i%ﬁzﬁéﬁﬁﬁﬁﬁ (y-GTP1& : 1
START) -ﬁ%tﬁi'@t:ﬁ;ﬂ;rxﬁﬁﬁb*%iﬁlﬂz!:n% REEBEDIMEEB.EVILE U E3.0mg/dLIL
DIRERIC6HBEHUT THB L, EOLT7FZE1.8mg/dLA E.AES O
o EEFRE N DELE . BEDOEIHAR. BD E>fE: 8g/dLABNIL18g/dLiB X I&H MmER
AWVWES BEOBERHZHESHRE #:20,000/mm*#8) ZR9 o
DETZEERMNICELTWVSEI Y,
UToRE#2TELTESE UToEEOVWINO ZEE-TEE
e SMNTEBIEFOMTLIER (REAXIE | o BEDRXIFIEERICERRS X ILMEIREEIH A
MERER)%BL.SMN2EZFDO WIRBEETSp02h'96% k7 (25 1,000miB D
P—#HM1XIE2TH B (¢.859G>C BEIE92%FKH) THB Lo
HERHENZEEDLFHRABEE INT), s SEVIHMAMITINTWVR L,
e KGOS HIC6HAMEKBETHD L, o BB II RV —Z VI K rmOTBREICH T
° RADIRSHIICHE THEEEM BN E MR EE DEHERFREU E. B LLIEFRIU—=VJ HIR
THBTCo FIZF 6 R I =D IER BRI ML IR 4B % A L
TLWABRIEAWRRBUELH DK,
B e XRUY—ZVIHDOTHBICHTES. XIFRY
FE MR ==Y HBFROVWTND OB S TERFD
(CL-3035KER: IR Z N EBETB L.

e WHO Child Growth Standards® [CED &, &£
EWRIEEAREDIN—E Y ZTILREDIRET
DB,

e IAAVOMIAZBE IBZK,

CERARMICEENDZIREMEERE (YV-GTPE.
ASTERUALTIE : ERBEEEDIFE. £V
JLEME:3.0mg/dL £, ZL 7 F= U fE:
1.0mg/dL E.AEJOE VB 8g/dLEKBNX
I318g/dLBXIEEMERE : 20,000/mmi8) %
R,
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ABmOREHIICH FEEEREICKDIKE
EREZRAALENNH D,
BEHEHENM (Compound Motor
Action Potential : CMAP) B’ R—X 5
VERI2mVL ETH B,
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o V) == TR DEREN2kg KRB TH B Lo
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WIREETSp02h'96% K (25 1,000miEBD
HEIL92%KE) THBZ o,

e V) —ZVURXIFAMEEERIIC. SMAZ
R T SRR MR ISER (IR HEERMIN
. BBRRET. RETEELS) HEROH5NZ .

o XU —Z VI HIRIZR V==V EAAIC.
Bz EOe . KBV, FHHNKSEYIR.
RIFFERENATFREDBRETHD L,

e WHO Child Growth Standards'® ICEDE. &F
WBAIEEREDIN -V ZTILKEDIRET
HBL,

e FIAAVOMAEBTH L,

o BRMICESZNDIBRBBEEE TR I o

1) c.859G>CEBIBREICODVTR. BLBVWEBELLRLTRAMRNPEE THBERE Y TNTVBILICMR. SMARELED
0.5~3. 8% VEPITHBLRED TNTVBIEZZRL . JRRBIROELGNREEZCL-I01HRICERL . RROBHERUE
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BHE IHRER (CL-101588 : START) 15133 R &M (GBAF—42)57

LM RERLSH (AR—R1:3F, OKR—Fr2: 126l U TRIE) 22055 BEERIFLI5H L5
(100%) ICRR&® B NIz 2HIU ETEROSNIEBEBRIFTROLEDTHD S5IAR—PITIFFIVRTI
F—t EF16) (33.3%). JR—R2TIHFSYRT7IF—F EF3H (25.0%) RUASTEM 14 (8.3%) &
VIV D AR AL ORRBERIEEINEDL o7,

BEREEERIFZ1I3G (34, 104)) c:aﬁ&bbnto FLREERBEERIIMA (0F]. 74)). t%uﬁw’*
(0. 3B IXZA > TILT BT JLAREZ (161, 260) RSTAILRFHZ (16, 261) . RSTTIILZAMS
TR (AF 26 bSURTIF—EERE (16, 16)) THDOH. S5IKR—FITIERS VR T :f—tt%
16, AR—R2 TSV AT F—E EF14)IF. RRERATEINGRHD o7,
BE.RCICEIBEEERIFROSNAD 2T,

SEN RSB E. MEBERBEEOEERUAS —CEY RIS (QPCR) EICKBMETIE. Ih—R11E6.7X10%vg/kg. JHR—k21E
2.0X 10%vg/kg THof=ht. KDERARET S ZILAUAS—P @R (ddPCR)ETRIELZE S5, FNE N 3.7X10%vg/kg.
1.1X10"vg/kgLFEERS N e,

E2) 16N RO —Z > B ZF N HAAVIFRHA B THh o7z LN BRI NG D o7,

B OFR—FLIRUOAFR—R2OEET2HU EICEEOESNT-BEEER

soc a%—F1(n=3) Jk—F2(n=12) &%t (n=15)

PT 25L—F | JL—K3/4 | £JL—F | JL—K3/4 | £5L—F | JL—K3/4
2EEER 3 (100) 3 (100) 12 (100) 10 (83.3) 15 (100) 13 (86.7)
MRS BB R U R

e 0 0 6 (50.0) 0 6 (40.0) 0

I R 0 0 5 (41.7) 0 5 (33.3) 0

Figealiin 0 0 4 (33.3) 3 (25.0) 4 (26.7) 3 (20.0)

LIRS 1 (33.3) 1 (33.3) 3 (25.0) 2 (16.7) 4 (26.7) 3 (20.0)

82K 0 0 3 (25.0) 0 3 (20.0) 0

SRERME R A 0 0 2 (16.7) 2 (16.7) 2 (13.3) 2 (13.3)

0%, 538 0 0 2 (16.7) 2 (16.7) 2 (13.3) 2 (13.3)

=] 0 0 2 (16.7) 0 2 (13.3) 0
BRERUEERE

R 1(33.3) 0 10 (83.3) 267 | 11 (73.3) 2 (13.3)

Fl 0 0 7 (58.3) 7 (58.3) 7 (46.7) 7 (46.7)

TALILAMEBBRX 0 0 5 (41.7) 1 (8.3) 5 (33.3) 1(6.7)

I>TOT0)L RESR 1 (33.3) 0 4 (33.3) 2 (16.7) 5 (33.3) 2 (13.3)

AT RREGR 1 (33.3) 0 4 (33.3) 2 (16.7) 5 (33.3) 2 (13.3)

le; é’f/ 7 1(33.3) 1(33.3) 3 (25.0) 2 (16.7) 4 (26.7) 3 (20.0)

RERX 2 (66.7) 0 2 (16.7) 0 4 (26.7) 0

HRRE 1 (33.3) 0 2 (16.7) 0 3 (20.0) 0

BEESR 0 0 3 (25.0) 18.3) 3 (20.0) 1(6.7)

T ERE R 0 0 3 (25.0) 1 (8.3) 3 (20.0) 1(6.7)

L > ERE IR EE 2% 1 (33.3) 0 2 (16.7) 0 3 (20.0) 0

RSTAILRFH# 1 (33.3) 1 (33.3) 2 (16.7) 2 (16.7) 3 (20.0) 3 (20.0)

RSUTILZAMSESZ X 1 (33.3) 0 2 (16.7) 1 (8.3) 3 (20.0) 1(6.7)
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FEH

ot

#
7
n
soc Qh—F1(n=3) h—F2(n=12) &t (1=15)
PT 2UL—F | JL—K3/4 | 2JL—F | JL—FE3/4 | £5L—F | JL—F3/4 ﬁﬁ
TR 0 0 2 (16.7) 1(8.3) 2 (13.3) 1(6.7) 2y
FEEER 0 0 2 (16.7) 0 2 (13.3) 0 ”
FR BB R 0 0 2 (16.7) 0 2 (13.3) 0 ;;é
1Y TNIH 1(33.3) 1(33.3) 1(8.3) 0 2 (13.3) 1(6.7) A

BEmEE =
Bt 0 0 8 (66.7) 1(8.3) 8 (53.3) 1(6.7) .
B 1(33.3) 0 6 (50.0) 0 7 (46.7) 0 %5‘;
BREWRERR 1(33.3) 0 5 (41.7) 0 6 (40.0) 0 §§
A 0 0 3 (25.0) 1(8.3) 3 (20.0) 1(6.7)

BRRUE TEGRE 5
P 0 0 5 (41.7) 0 5 (33.3) 0 b3
HREMES 0 0 2 (16.7) 1(8.3) 2 (13.3) 1 (6.7) ,%i‘
413 1(33.3) 0 1(8.3) 0 2 (13.3) 0 -

— 13- 2 HWERVEE ORI o=
e | 1@3 | 0 | 7683 | 0 | 833 | 0 EE%

BE.PERUVLBES HIE "
%56 o | o | seo0 | o | 3@0 | o 2

BRI 5&
FSYRTSF—H LR 1(33.3) 133.3) 3 (25.0) 1(8.3) 4 (26.7) 2 (13.3) Z
e 7TLA 0 0 3 (25.0) 2 (16.7) 3 (20.0) 2 (13.3) E%
petiniaig 0 0 2 (16.7) 1(8.3) 2 (13.3) 1(6.7) gé

HKHEARVERERSE ﬁg
ik o | o ] 2aen | 163 [ 2w | 160 Bz

DEE @5
SEHR | 0 | 0 | 2aen | 163 | 23 | 160 i

SOC: BERIASME. PT: R n (%) E;}g
MedDRA version 20.0 EV
EFEEDEZHIFCTCAE version 4.0304 L — RHHEICEL 3, =9
BEELEEER ft%)t

D

o IF—F1(n=3) A%k—F2(n=12) &% (n=15) i

2FEER 3(100) 10(83.3) 13(86.7) ‘7/5

BRI RUE S R Eg
FiZ% 0 7 (58.3) 7 (46.7) >
FRERS 0 3 (25.0) 3 (20.0) ny
RSAVTIT I ILRBR 1(33.3) 2 (16.7) 3 (20.0) Nk
RS AL AR 133.3) 2 (16.7) 3(200) ?‘%%

n (%)
(RR—oAKE<)
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()

o Jh—F1(n=3) k—k2(n=12) &#t (n=15)
RSTTIILZAMREZ X 1 (33.3) 2 (16.7) 3 (20.0)
TT) ARG 0 2 (16.7) 2 (13.3)
IVFOYILRESR 0 2 (16.7) 2 (13.3)
SA I RESR 0 2 (16.7) 2 (13.3)
BEX 0 1(8.3) 1(6.7)
TAILREBBR 0 1(8.3) 1(6.7)
TRERE 0 1(8.3) 1(6.7)
INTAVTIVT YA LR 0 1(8.3) 1(6.7)
T LM% 0 1(8.3) 1(6.7)
(3T 0 1(8.3) 1(6.7)
T ERE RS 0 1 (8.3) 1 (6.7)
SELZR 1(33.3) 0 1(6.7)
AT oW 1(33.3) 0 1(6.7)

MR 2R R R Ut IRIEE
SRBR M A ¢ 0 2 (16.7) 2 (13.3)
LSS 0 2 (16.7) 2 (13.3)
i 0 1(8.3) 1(6.7)
) 3 1(33.3) 0 1(6.7)

BRERIRE
ErS/ oL RBRERYE 0 2 (16.7) 2 (13.3)
FSYRT7EF—HER 1(33.3) 1(8.3) 2 (13.3)
I FaOvrLZRERYE 0 1(8.3) 1(6.7)
JOYVTIILZRERME 0 1(8.3) 1(6.7)
EBRANERT 0 1(8.3) 1 (6.7)

BE FERVLESHIE
KERS B 0 1(8.3) 1(6.7)
SLE H 0 1(8.3) 1(6.7)

DS
$BIR | 0 | 183 | 16.7)

KARCRERE
Biok | 0 | 1(8.3) | 1 6.7

SOC: BERADE.PT ER n (%)

MedDRA version 20.0
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AN B S MiESER (CL-303588 : STRIVE) ICH 113 R L (BAF—42)®
i
% ARRIGERIICBVTRET TH5 (2019F388BNY A7), %7
E?':j‘gQ
)
T—RAYRFTRIIE VT R MBI REA226Y D55 BEERIF 226124 (100%) ISR SN T,
3PN LTROONIAETERIEITROLENDTH D SHASTHEMEHI (27.3%)  ALTIEMSHI (22.7%) .
A CK-MB AN B RO FRIZ1H (4.5%) 1E. VLY YA ST L ORRBEHRATESNE D o0 A
BEELAEETERIILOAICRO SN, 201U L TROSNEELABEERIFMIEIZ X IR RS L
IR EZ X FIREEE (F26)) THO WINBRREBEEREAGEINAD o7, .
ST TR LB (FIRAELE 16) ARDSNT-e UIERIZTHBRBOLRT. AROEE5%1398H 4 ]
ICFRFLr D, —EEELEHOD. 1T1REICEBEHEREDEEICLBTRELDHIEE LT, 52
Bb ARLOEEERREEINSG. ®3
AEBAPIEICESIBEEZRIF 2RO SN 2B 16IE LR DOFREEERIBLTHRTICEDHEZ PIE. z
5 1BIEBHIC £ DB E L L e, fii
) REEIF. 2 TOEEICL1IX10Mvg/kgh 5 TN, 3
W3 LIRS N EEES N
20
soc n=22 WE
PT 2JL—FK JL—K3/4 N
7
LEEER 22 (100) 10 (45.5) g?g
)=
BipEE 3
It 7 (31.8) 0 X F
B 6 (27.3) 0 23
bal::
£ 5 (22.7) 0 g3
T 4 (18.2) 0 By
2=
BRIEW RS 4 (18.2) 0 ES
==X
BRERUEESE v
FREBR 10 (45.5) 1 (4.5) A
A
RS™YILZMEEZ X 3 (13.6) 3 (13.6) By
—i% - £ BEERVRSHAORE .
FeH 12 (54.5) 0 {zﬂ
BRI i
ASTEM 6 (27.3) 2 (9.1) 7
L
ALTH 5 (22.7) 1 (4.5) gk
5‘\}“
e CK-MB 1N 3 (13.6) 0 >
n (%) mg
(RA— <) b iy
B
L\%Z
~
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()

soc n=22

ol 2HL—F JL—k3/4
ML 2R . MER R Ui fRIES

iz 6 (27.3) 0

MEOR T 3 (13.6) 0

PR B B S DT R A R B 3 (13.6) 1 (4.5)
EERVE T HEES

Ei223 5 (22.7) 0
HERRARVESHEERES

I RE 7 (31.8) 0

SOC:#BERIANE.PT:ER n (%)

MedDRA version 20.1
BEEEDESEILCTCAE version4.030 5 L —RDBICEL B,

M 20U L TROSNERLGEESR

SOPCT n=22

RERVEFEHIE
BREZX 2 (9.1)
i ¢ 2 (9.1)
RS U1IILRMIREZ X 2 (9.1)

MO 2R« BEB R Ui PR RS
IR B8 2 (9.1)

SOC: BEAALE. PT ER n (%)

MedDRA version 20.1
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2
/1)/[{
N EpEEE MAEEER (CL-3045K88 : SPRINT) IcHIT3R L
(BENEREET)” .
*5\\7)(‘
¥ ARBIIAEERICBVTRRT TH3 (2019F388AAHY 7)., "’“§§
T—EAY A TRICEVWT R MBI REM 184 *Y (27R—F1: 86, OR—F2:94] JR—k~3: 14l -
UTFEIB) Y056 BEERIF1346 (64 (75.0%) . 64 (66.7%). 14 (100%) ) ICERH SN Tz, 2B L g%
THROSNIEEESFRIITROEEDTHD, SEIR—FLTIFEMLE 26 (25.0%) . J7R— 2 Tl FLRERSR IE%?
BEER . SEEWHRMEEEROIER 246 (22.2%) . 24 (22.2%). 16 (11.1%)) 1. VLT VA SEET .
LDRRBEHRABTEINBD 270 4 ]
EEBBEERIZ 3G Q. 16, 04) ICRD 5N ic. ZORRIFIR—FITRIRERIIL-TRUEHIL ;ﬁg
SYLMEDRLF. AR— 2 TIREREDOLFTHD . WFNBYILY VAT EEE T ORRERIEIEE L
é;h-TCo *
BB EEICE-EEERIIBHSNAD ST, @
@D
1) BE5BIFRTOBREICLIX 10%vg/ kg MEE I M Tco i
3F2) J7R— 1 (SMN2BEFIE—$2). IK— 2 (SMN2EBZFIE—#3). JK— 3 (SMN2EEFIE—#4), =
) FAEFTIRERNRE LEBEREEERRICEVT. ARORSICEEL - ORBOBEEGSNTEAROSNICeh 5 KROE -
L TRREMBRHAEBBINZETIE. SMN2BGEFOIAE—HHM4OFKEFMOIMESMAERZ IFHANBVWIEHRES N, —H. 8%
SMN2BIEF D IE—HA2 RIZ3DRETD I X TR SMABEIC OV TIE. RELIEAICIASMABREL D EREL 552 L AT 5 D
INBIEDSGARERABEZICSVIOHORLMEZ2) /2 KD BRICKERT 5L Lz T BRI #MES N, B
. _ - . 7
B UVITNHADIR—FT2HULICSEDSNTBEER v
B
f
27— k1 (n=8) 2k—h2(n=9) a%k—h3(n=1) J°
soC 5
PT . JL—F e JL—Rk . JL—F
5L —R 3/4 2L —F 3/4 5L —R 3/4 %g
&
2HEER 6 (75.00 | 2(25.00 | 6(66.7) | 1(11.1) 1 (100) 0 2d
EE
BREE
B
e 2 (25.0) 0 1(11.1) 0 0 0 g%
&
ML 2 (25.0) 0 1(11.1) 0 0 0 Bx
BREVRMRRE 0 0 2 (22.2) 0 0 0 -
-
RRIER US4 RiE 4
xV
ERE R 2 (25.0) 0 1(11.1) 0 0 0 =9
BRARIRE 0%)
PR ERE 0 0 2 (22.2) 0 0 0 i
2
SOC: BERASE. PT: ER n (%) -
MedDRA version 21.0 7
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REICE > T REBI D E R

IREHEHEMEREENRELACBASMEARICEVWT, BREHEMEICER T ERRICKD
BER/EIMMEEZRL.ECTICESRIFAOBEZUATICRLET,

B EF DEE
MR - 5 BIR 55 BH (AR5
=t [ RIS BRI R
S WTEE (RBRERNLDRESEICLZHERMICELKE)
R SREM & OB OATREM 8 D
BEE/EMEMES () (EERL)
PR (JET) (BEAL)
S, AST/ALTH0 (BEH D)
BLEE . .
e ﬂn/\J\\if}i,UZ/E (BEH D)
S BIE] (B L)
RERERE (BEH D)
B kUYL E (EEH0)
W ER 28 - AERS
= %8 BERE BAENE
Dav —1 ARREDRD. FLR=VAOYD
y 5 EBIA LT,
Day 0 AG33mLEBEIERREE LT,
REFER - BIENIC LBITREE | 520 (—) XFILTLR=VOY
(FL—R3.4) ERLAEREZRD | RSYAILZ(-) (mPSL) (1 58%
Day 12-17 R L7=o SpOZEEli{EHE84O/O 3{%‘:1%%—)1mg/kg
y Dayl7I/NBERABEASZES | MIXSISE  mmPIRRE IRE)
n.SEnEEEEmLE, AR B B3,
MEETA (JL—R1) 2B, B BSREA
$40°COREBD R (4) AR BR
WBC:11,700/puL. CRP:8mg/L
AST :60U/L. ALT :34U/L
Day 20-23 INSAVTIITUHIAILZR (+)
JO0F+770)LR (+)
SA4)I714)ILA (+)
TR X IR | 15 F AR

58



=] e BERE BRENS
AST.ALTHEM (FL—RA)%BOHTc. | FE(+) . OHE: 220 AEA @R IFETT
mEEFIHURERICTMELZ. | WBC:20,900/uL. CRP:25mg/L | 24BfRIBiPAP
BRERE (JL—R3) %251, AST :4,875U/L. ALT :2,771U/L 25% B HRIRES
Day 27 FA2OBARNGLBIERCIER | ME:65/30mmHg 27041 RgEkARS
Hlo JOorO>eE > 21.4s 6mg/H
SEM LSOV R TS RTF BB 138,25
T4V /=45 1.2g/L
Day 30 BEMHBAHEERIEZEE, HTADAR
HEEHAERBELILLIARERART | EROUCIILRICMARSTILA(H) | EEEHE I TANA
HoTzo /)i : 37,000/pl . /) vir g m
R REZEDIRL MRICTILEEA | Na:l55mmol/L
HEEEESZRO.EEBERE | K:2.6mmol/L
hEEHNT. Ca:1.74mmol/L
BRERT . M/MRET.MEET | Mg:0.99mmol/L
=51,
MRI (Day3l) : AE8&HZEL KX
Day 31-33 | BHEEBEICLEADWI/T2EBESE
Rt
MR AT R (Day31) © F1ERD K A A
BIC.BRIZ2BEBMSIRIERE
WHHIR, SEERPICHRE (B¥EK%E
ERC T2 EME HHER.
R PR (Day32) | IR RE
RIBIREDPEEICHIR, BRE
BL. FIBICHTAIRIGDETL.
[LE R BEENTE I NI,
FEERENIER, BERATR e AEK ER (0.78g/L). | MTADAZKIEE B5
BNaMfE (L —R3) DSRIBFR | MEHK- - BIEE. BRIV | &Rk
engEbnrc, A (-) mPSL 30mg/kg &% ik
Day 34-36 | Day35&kDEEREILHD LT, Na:154-158mmol/L Wig5 X 58MH
K:3.3-3.6mmol/L (ZD%2mg/kg#zO)
Ca:1.76-1.82mmol/L [/ &
Mg:0.69-0.86mmol/L Tooaeigs
Day 42 EBEMRI: BERZEIFMENL.EM | AST:91U/L. ALT : 104U/L
HREEREIEMNE Aol
RIEDALIERERICLBEREFH MCANAZERIE
ZEHTIRELIEFEENERERE
I ANV =l
Day 45-52 | Day52(I%ET,

BIRFERED. REBRRICEDE
BRR/EMEMEEZRLICEER
5*’—7‘:0
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AN N1AE—=7F 1L ARJL (BSL) (CDCE%E)

BSL-1 BSL-2

REEETKREZSTECY

BSL-3

BSL-4

sEMEERBICHREFEEDIRY

CEMMIEERHBVIIEIEENR

e ZUIHNRET. FEICRR

o EREDH AR EDIIKRZ
RIFTVW3

ERZ BT LI ERT
BEEICLOTEETN.BEY)
BRI M D

RIS LcReM<Y=a
TILBMERThTWVS
RREDFEXETORE.
BE Lt EmORES%E
23
REMMBEOREFEOFIEZ
FELRELIIZEICIIEY])
RilEERITBEICE>T
BREEZITD

FHIBEEERNIC. UF vy VED
ALBEZFTHRLTIWVIS
AN

ZHIFR

° REREDHBRIIRECCIFRD
AIREMD BB L . RIAEEDP
RIRDEICFRRZTTS

ZEDBRVEEZBNTWVWS N 2MEY ERzZRECIOREMEDH S BIMED

ELy) il :E.coli (KBBED) ME fl: TR I1INRE
B L AAV (7T / BEEIILR) Staphylococcus aureus il : Macrobacterium

(RETFIKERE) tuberculosis
(tuberculosis) ($51%E)
{E2ERA

o BEDOWMEMERE BSL-1{CH1Zx T BSL-2(C/M&x T BSL-3I2M0X T
o FMBUEES o REBMIIRBEADIBAD | o ERADIIBADIFHAING: | o v T—% BV THEEH

EDIHHIR

s EWMPBBEENEIoTIBEE
F EREL . XELTD

e S TOERREREMICITIEFR
RERRNE

RE
RGBT —aVERRE
RICHE

o A—bIL—THDRERE
HRIFAERE

Freryy
o EEREREENRCFR/EEM. | BSL1ICMRT BSL-2/CfZ T BSL-3IZMNZX T
ERENTIIEALAZV CTTVOVIRIERANFELE | e 2TOEEIFBSC(USRIN | e EAHDPER (/SR BSC
o MEMEDMDREEYIED TRBEIINTAA =TT+ [FMALEELL) TITS TIEER) £ &R
RADRETZAREEDH B FyrExy b (BSC) TIEE e[BEX—Y (/S5XIBSCT
BEEReI—JIE2ER ) 2 &R
B
o FRLHELERB BSL-1ICHNZ T BSL-2IC/NX T BSL-3ICMZ T
P AERBEDLEOORT7EREE | o RETIUTZICEFFHEADRT | e RREFIIRBMINXIEFIC | oG8R BERCDICSMRERF
2 TDREICHEYZEHE%E ZERE =B & (HEPA) 7L 2—%&T

RN B XFICBERLAEW
F3ICTB
AOIKZERT7 (41 >H—
Oy ) h g
F—rOL—TIEERBEERNIC
RE
REREOHMDEICEHRD
FHRVWRLZHRE
REECABEOBICBES
2ATL(BE. 779 IR) %
RE

Biosafety in Microbiological and Biomedical Laboratories (BMBL) 6th Edition
(https://www.cdc.gov/labs/bmbl/?CDC_AAref_Val=https://www.cdc.gov/labs/BMBL.html)
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1) McCarty DM.:Mol Ther.16 (10) , 1648, 2008

2) Foust KD. et al.: Nat Biotechnol. 27(1), 59, 2009.

3) WangD. et al.: Nat Rev Drug Discov. 18 (5), 358, 2019.
4) Quinn JA. et al.:Vaccine. 34 (49) , 6047, 2016.

S)HNER: [AFREHEMERET R LIOBANE IHEEER (CL-10155R) (AR HHERD

6) Mendell JR. etal.:N EnglJ Med. 377(18), 1713, 2017.
7) Al-Zaidy SA. et al.: J Neuromuscul Dis. 6 (3), 307, 2019.
) HMER: [BEXIIECFREICLD I EXSNZBHUEHEMERELRRELE
BN E WA (CL-303) (Hy hAT7H 1201938 8H) (ARFBEER)
) HMNER ELEFREICLDI IXIBMBEEEXSNZBHEHEMEREENRELLE
EHRHEFEMERER (CL-30455R) (ARESZER (ARBISFHMEINIER))
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Drug Information B L 75 & | 60CKT
YAINIANY 52— ARBE | 2458
T I ® S ?.’é’ & = | 30200FZX00001000
‘ &SR & B | 2020%38
J’L{, /Zv ey @ mw | o0on
/Rl A, Y LIEE )
® ¢ ° ° BR 55 BA #A | 2020458
ZOLGENSMA?® I.v. infusions @ | z0ionsh
FFeL/rr TANRISIVKRNY
BEEESES
1 msa ﬁﬁ%‘?zi(;io(kg) %a&i (OmL) B
BIEFROED HBERMISHEETL. SHEHERECHT 0 2.2
B THBHENVREREE I S EMD . AmOIERIERMENT 7.1-7.5 4.3
BEBREDMFZETHICHBLURELET. EREHEBEDEE ;ﬁg jg
[CHRBAHINE > I ERHAEIC BV T, ABHNEY) & Wl NS 5185 e
EFICDOVTDHESTD &, 9.1-9.5 5.3
9.6-10.0 55.0
2. 2R .= D i
2.1 EERAZE NP X
2.2 REORZIN UBBREORFRE D H 2 BE 12.1-12.5 68.8
12.6-13.0 71.5
13.1-13.5 74.3

3. AR, 1BiE. . HEXREBFE

3.1 5
ARfhiE. 181 70 (5.5mL i 8.3mL) FICREWMA%2EET 5.
it
%) LA 7V 131 7L
5.5mL i) 8.3mL ¥
TTFIBEET ANV AIBRIDH T K%
TS HI Ak b SMN & V878 % FHHT 1.1 x 10%vg 1.7 X 10"%vg
BIFETERBE TR Z T T BT | (vg : RTY =) L) |(vg : RT 5 =) L)
AR
haXFE— 13.3mg 20.1mg
Bk~ 3xvoL 1.lmg 1.7mg
e [SE(EF R UL 64.4mg 97.1mg
W e xvx7 Ly (160) FUA*
R . N 0.28mg 0.42mg
7urlLy (30) FJa-—
st R R

REPOBE T TR b MaR Bk 293 fifa, 7 ~RafFiE. e M mEEsk b 5> 27 =
VY (BRME :KE. BRI B %OIEERIL) . 7% BERER ) 7o v vk
FIVB, VVMIEEERL TV S,

) EEHEIRS BOBEEEZEE L, 1A 725 5.5mL Xid 8.3mL #EHT 5 ICEAEE
RS B0 IBETESA TV S,

3.2 tHIR

R (| BEBIEE~BEEOBHAXIID T 2 ICREE LK

pH |7.7~8.3

2B 390 ~ 430mOsm/kg  (FRH%)

4. ZhEE. FHRNISMEEE
B ERE
U, i AAVO DI IEDEEICIRS

5. MEE. HRXISMREICEEET 2R

5.1 SMNI BIEF O T LIVEORELZERSHER SN BEIHET ST &,

5.2 2RO BEIHETHT &

5.3 RENET LI BE Okl 2 ALIFRA A SN BEE) I8 2EMEROT LM
BHEZLTWAEWNZ ERSH. ChEDBEICKRET2HEITIE. VAT ERRT v b e+
FEETHIE.

5.4 AR S NIAFIE W ERR I EREEZ AL BREIC K DT AAVI FUlEDRETH S
CENHERSNIBEIRET DI Lo b, RRBSNEHNERAEER SUIERERIC
B9 2B OVTIE, UTFOY 27941 b5 AFAHETH S :
https://www.pmda.go.jp/review-services/drug-reviews/review-information/
cd/0001 . html

6. FENUREX I ERAE
WE. KE2.6kg DLEDBE QBRI 1S, 1.1 X 104Xy ¥ =4 L (vg) /kg % 60
IV CHIRNICHEIREG T 5. RROBHRGIELEWI &,
REOBESHEIT TRRIHEVEEICEISHELT 5.

BEOGKE (kg) #HE5HE (mL) ®
2.6-3.0 16.5
3.1-3.5 19.3
3.6-4.0 22.0
4.1-4.5 24.8
4.6-5.0 27.5
5.1-5.5 30.3

F) BE5REIFEEO LREICESSHH L.
2RI T 13.6kg LEDBEICIE, FEICESSRERBZEH TS &,

7. RERUREXIMERGEICEET %R
7.1 ARBEICEOFFRERESRRTHZE/HHIENS. TEESEICSLF=VO Y
DHEEEITH T L,
£ L R=vVOroREHED
RO E 24 BRIV F=V o> % lmg/kg/ HTHRE L. Z0H. AEDES5% 30
HElz 7L K=va># lmg/kg/ HTHET 5.
30 H ke L7z B T AST RO ALT AEMEE ERO 2ELUTTHh2HEITIE. T0%
SERYEATTTL RSV O WAL (B0 2 BRI 0.5mg/ke/ H. Ko 2 BRI
0.25mg/kg/ H). 7L R=vurzhitd 3,
30 HFEIMkRE U 7- B s Ty AST KO ALT EEE RO 2 E 282 TOHEITIE. AST
KO ALT AHE¥EME ERO 2 E5LLF, ZOfOFEEREESEF#HENICEET 2 X T,
FUR=var# Img/kg/ BTk L. 20 4B AT TS L R2V 0> 2 L (5
Mo 2 A 0.5mg/kg/ Hy ko 2 8EIE 0.25mg/kg/ H) . L R=varihikd 5,
zB. FHE LTIV R=vo v idgO®5d 5.
E) U RV a Y SARMEETHETERVLEEICE, ZOMORBREATOA FE 7L
F=vo ECTHRSERET 5 &,

8. EEREAWIER

8.1 ARMOBWEIIH 2> T3, TROWRIIBI2HRHOVER & & HI0, RROBEMERD
REWZOMAFHOBELZEHAOZOICNELZBEICONT, BEXIRFEEICEE -
THHAL. AEZ2EBTIrOARERETSH &,

8.2 Ak b - BWHROFEMEAFERAL CHESN TV, &b - BEROFEMEICD
WTEREERO 7207 A VARBEEEZEHL TS0, NS OFEMBHIERT 5 -3
FEEEOU R 2 F2ICHRT 22 L3 TEH VD, RRBOREICE L TLEK EoRE
HEFFICHET S,

8.3 KOS HAERE (BRMER. AST. ALT, BV ILEY RV 70 hor U
%) 21752 &, RBROES%3 » AR (1 » ARIGEIC L[, 20512811 [E) &
FFHRERE 2 M L, [7. FEROCHEIHATEICEET 23R] oRIEVWTLR=
JuaroE2iT5 2 &, [9.3. 11.1.1 2E]

*8.4 RFOHBEBICDH MO R=V I OBRE LRV HSDND I ENH 720, ARmOFEH]
ROARRBOHSHER 1 » ABLAIOH haR=V 1 28ET S L. DA bOR=V1
OEEPRDONHEICIE, BETSETHET S L,

8.5 AROBSMRICH/IMIED BT B ENH B0, KEOREHKOEE% 3 » AR
(1 » AEEGEIC 1| 2ofid 23811 E) ZIMEBERES 22 &0 [11.1.2 38

8.6 IMERMM/NIEEN D SDLNE I ENH S0, HHE, B, ZREOEFEROFKRIC
EE U GEBNICMEEORER OEREREZTO 28 +HICBET52 8, [11.1.328

8.7 Infusion reaction 7% 5hbN 5T &NH DT, AFHOH 51T Infusion reaction i fii
ACERBHITDHED TE 22T o7 LTHIAT 22 & [11.1.45H

8.8 FHBEEAS Va1 - Lid., LRV U YOBRERAICIECCHEYICAR T L, T
F=vorEdic, 222G PHEEL2ZTL5EE. TL =V RE582ZEL
T FPHiEEOGREDS EEEE EE2 SHE SN2 BEICOAEEEZITSELI L a8,
&0 F MR OBFRCEDITHERT 5 &

9. BENERZHIZBEICHIZER

9.3 FHikeEEERE
FHEEREZBLSE2B TP H 5. /o, BEOT AV AEFREOHEEREDH 5
BECHERPEBILT 2B TN D 5. KMOBRSHNAFREREPRED SN TWLBHIC
BV, R E®RICEE I AST 3ZEEE ER (ULN) ©f980 5. ALT ¥ ULN @




4515, BEVILE VEIZ ULN O 445, 70 ko> E VB ULN OF 4 5i1cH@hn L
TERIPRE SN TS, (8.3, 11.1.1 ]

9.7 INR
FEREBETHLHEIE. EEAICHEST 2 TAROBREGEIET 2 ENEE L
Vo TRV a v 5P HEROHEEICHET HRREENDH S,

1. 8fEA - *BEE&
ROBWER - REAABH5DONDZIENHHDOT, BEETHITTH. BESIRD SN
BB EEFIET 240 SHY S AMBEZTI &,

1.1 EXBEIER

11.1.1 FFEEEREE. IFFR2 (19.5%. SR
AST. ALT OEME% S HEBERESH S DML ENHIOT. BEFRD SNIHE
123, T R=vorok52ikEd 2E0MI 2B %2175 2 L. [8.3. 9.35HE]

11.1.2 MIVRRIAME (6.1%)
AEDOBRGHRMAIC—BEICI/MIEEPED U I/MRBAEICES Z ENH 2. REOH
S M/ME O BE SRS 5N 5&1E. EREEICEET 2 % Cl/MREERIE L,
Y MEE(TS 2 &. [8.5 %]

11.1.3 MiSHERINIIERE ($REARBH)
BERORIBR 2 A5 B, M/ MRIRD . BHEERESESRD 5 NGEIILEY LB 2T
&, [8.6 2]

11.1.4 Infusion reaction ($8f7HA)
BEIER T F 7 1 T % > —%&T Infusion reaction (¥, HEHFRE. ¥, M. SR,
HEE) PH6bNDI ENH B, Infusion reaction 23dH 5 b N7ZHEITIE. HEY) 2 LE
752 &, [8.73HH]

11.2 ZOHDOEIER

1% ~ 10% Aiiii SAEAE
BiakE Mg _
LHEE - FEEL
R AR == i} -

14. ERLDFER

14.1 AREFOER

14.1.1 ARIIEENICART 52 &,

14.1.2 FiE SN AL 2 ~ 8CTH 16 B, UIZIRICTHK 5.5 B CRRET 5. MREHL
FARITEEE LT &. [19.3 2]

14.1.3 EHRORRIL2 ~ 8CTHRIFT S &,

14.1.4 BEBORRIIRES Lzl &,

14.1.5 #E5RIIC, KFOMY SR EHERZ N1 7ILH 6B ERESFE ISR 52 &,

14.1.6 #ERICAROREEHER L, M RMEPEAHSRD SNGEICIE. ARERS L
Tnlk,

14.1.7 BERESHBEICAROB) 25K B2 /N1 7 L5 S REWE. 8 BREILINICAR %2 &5
T2 &, FEE 8 REILL LB L7581k, AREREETHEET S L.

14.2 B5E0ER

14.2.1 AFEERIIC, EFF 2 -7 24EHBER TSI IV /THT &,

14.2.2 AR EKTH, EEARRCHEEF 1 —7%275v 21352 &,

14.2.3 FERBORG. N4 TIUVRCBRSHEHEEE, BREEFEREY S LT SERBEOF
JEIZHE > THEESE 2TV, HETICERET S &,

15. ZDfthDER

15.1 ERFR{ERICE D <{EHR

15.1.1 RBOWAICEENET T/ HETANAIRDOA T REFT 5L b SMN & 287
HeFR T 2IEEIEREFRIEX 7 T BEY AL RO TR, NRIEFEBRZEMED
ERSOHRIC L ZEMOZRIEOHRICET 2HEE (HLFAFE) ] ICEDERRBEN:
FEERARENEDSN TS EN S REOERIZH I > TIIHE—EEARE 2 ¥F
THERENHDHIEIHET AT &

15.1.2 R 5%, BEOHMMEFIC—HRICARNY ¥ —aEnsicd, BEOREL
NEE I, ARIE 4 EMKE TR PRS2 EY)ICLIET 57D I FIRBEDEHE 2 IE
HIBHI &,

15.1.3 1 UBHEHEFERE 208 E LB ITERBRICE VT, 1 BB ZRE
ICHEES 2 SOBSIC & KBRS / EMAEREE 2R L. SETICE> T %, BEILAST/
ALT #8800, M/MEIRAE. FRIRIESE . i yiigin, BEEmEREROE T b Y 7 AME# 3
L7z ATRES>-HREFROERBRIIEES N T2,

15.1.4 REBORRMEROCENEIN T 2ZBIEHS HTIER VLY, REORESHITH AAVI
FURMEOHIMAFRD 5TV 2,

15.2 FEERAREAIRICE D < B3R

15.2.1 SPEH =7 A FIL 2RO BERRANKZS (1.1 X 10%vg/kg) XIIBEENES (1.2
X 108, 3.0 X 105, 6.0 X 10%vg/animal) BHEREICH VT, B OBRBRHRET LU=
SAPRE T I AR AL R T O AR A B ONICE R ICESREE I HREBES RO 5 h

TWwd, AFTRIEEEOZE(L»DIBETHETH D, BEFIRNZS R OBENZS (1.2 X
105vg/animal) TIIFELAEEE, XRRERELKVEBEEOETAAL NI Eh 5EHFH
ZEEEIRENZ Y. ThEOFROEROERIIAATSH 2,

15.2.2 w7 22V BEEIRAR S EERBICB W, BRAROWN 1450 EoAETD
HORIE, EERCEREOLHESRO SN TV 5,

15.2.3 v U ZAZ AV BEFIRATSSERBE TR E% 12 8 CICEHEBEICB T 2 48M
4 ) s DNA OBRFERICEDMERSRO 5N THE 6T, BREERBICBLVTHRE 127 A
%ETRET ) L DNA OMEH A5 OEEBRD 5N TV AW Eh 6, REPSEHEEE
IO REIREAE UM I B R RIT T RTREE R T ETE 2,

19. R ENRUEMHESE

19.1 BBAE
-60CLLF

19.2 BZHEAR
24 7R

19.3 A& S L7ORECTERBRBICIIA SN 2. REOZHEZRESLP?IC.2 ~ SCTHREFEL.
14 HEREFETE %, [14.1.2 28]

21. ERFHRUHR

21.1 BN TOBRBRIEFPED TRONTNAZ A6, BERER. —EROERIRS T —
YHEBENS ETOMIZ, RIEFZNRICHEROMBICHET SHELER TS EICED,
AMEAEEOEREREILET 2L L HIC. ARORLUROAEEICET 27 —5 %28
HICIE L, RBOBIEERICRELBELH T L, /o, BWERFEERATEZICBTS
MEREBEHZEORBAEICOWT, BITERZEAFBELUEREREEREREBETE CRE
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