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774 K RNA HA R A= —EF SRR AL *ELHIE 5 PAM
ANGPTL3_T10 | TAAGACCATGTCCCAACTGA 3,20 AGG
ANGPTL3 T6 | GCCAATGGCCTCCTTCAGTT 4,21 GGG
ANGPTL3_T1 |TATATTGGTCTTCCACGGTC 5,22 TGG
ANGPTL3_T7 | CCAGAAAAGGTAAGGTTGGT 6, 23 AGG
ANGPTL3 T3 | GGTCTTCCACGGTCTGGAGA 7,24 AGG
ANGPTL3_T9 | GGCCTCCTTCAGTTGGGACA 8,25 TGG
Ad TTACTAAAGGAACAACAAAA 9,26
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‘;;E:PTLM@ CTX310734 1 o  BHERF2E
7 53 171 H 17 A 15 A
A& L~ 2 mg/kg 0.5 mg/kg 1.5 mg/kg 3 mg/kg
Sk s 4 3 8 8
ANGPTL3E T D%[76 + 9% 56 + 16 % 84 + 13 % 89 = 5%
AR 53+ 11 % 41.18 + 15.09%64.76 +11.02 % [71.35 + 1.80%
(FBR)
1'&;);)9?”"(%47121% 06 + 27 % |58 + 11 % 52 & 15 %
'ﬁg%éUﬁZUl\ 22 + 4 mg/dL 39 + 11 mg/dL 23 £ 9 mg/dl. 5 =+ 7 mg/dL
LDL (Z{kD%) [T—#72 L (NHPA&EH)
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Ooooao
F10A: A7 —4F v MO O OB R CHaEL b B adk— |
T Eopildt CTX310 0.5 mg/kg | CTX310 1.5 mg/kg | CTX310 3.0 mg/kg
TEH) | SD | SRy SD 2 | SD T | SD
FF g 0.06 |0.01 |41.18 |[15.09 64.76 | 11.02 71.35 | 1.80
e fi 0.04 |0.01|1.87 252 7.19 2.99 9.42 2.14
B[ 0.05 |0.02 047 0.70 0.44 0.18 2.02 0.79
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7 17. APOB ¥ L U NON—HDL-C #F 7[R =R
LDL-C non—HDL-C ApoB

mmol/L mg/dL mmol/L mg/dL mmol/L mg/dL g/L.

1.8 70 2.4 03 1.8 70 0.7

2.0 78 2.6 101 2.1 80 0.8

3.5 135 4.2 162 2.7 105 1.05

5 193 5.8 224 3.7 145 1.45

ApoB: 7 AR R4 2237 & B; CCS: Canadian Cardiovascular Society; HDL-C: &L U 4 &

I EaVRATr—)V LDL-C: REEV RS N TEa L AT a— )L
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ERT FRAL VB

TGH L OVZE 7= iFnon-HDL-CH L OV 7=
IXApoBis XUV E /2 1ZLDL-CD L ~/bD L
A BREEAEARELAF T 0%
BT, HEo L/ 425 HAE20CTX310
DEEME LUMEEEFMT 22 &,
REWNNCHER SN F2EAEZRET S
el

TEAE. AESI. DLT % & i AE:; BRFRAYIC EEE
RERBREREE B LIOERMICEELREE R
NSA ZNA A DFAER

®E20HB

2Ty FEL Vb

B MR TOCTXII0D FMByE it %
FEl4 5 Z &

N— R T Al LR R TG,
ApoB. non—HDL-C [LDL, VLDL, IDL
B LOLpa) & &tr], 7 5 NZHDL-Ci2
EiZB T 5 A 5EE

CTX310DPK %4+ 45 = &

LNP @ [ fE L1
Cas9 % 737 ' O MLk L~

CTX310DOPD %L 5 = & = R T A & R L7 R A 22 ANGPTL3 2
EE\ZB1T 2 B EE(L
HREEN HETY FRA b

BRI E ., RERME, etk £iid
PD{E M Z R 22 E 2T 2 "6
MY & HCTX310IZBAE 3 5 Z (k% R
ETHI &

R T A b B U7 iR 72 FFA L

S BT D EOFEEL

HE AT BBz 51T 521k

CTX3100D % FEMGEHIRE S, HEIC
It U CADAD HLNPE L UNCas9lZ o0 Tl
=hb)

ADA:FLEEYFi{R; AE: A E %52, AESI:

FIZER T~ HEFFEER; ALC-0159:

CTX31007 2 / B X UPEGIEE RS ALC-0307: CTX31007 X / B X T
PEGIE B AR 2 : ANGPTL3: 7 > P AR L 4k3; ApoB: 7R U iR & L2327
'EB; Cas9: CRISPREGH# & /X7 B 9; CRISPR: 7 7 A #—{b L CHAIE 72l &
OEBWEISCEF] Y ©— b ; DLT: FA&EHH M, FRA: EREAEIGES; HDL-C: &%
FEYRZ R Ea VAT a—) b IDL: FEEBE ) R¥ 37 &, LDL-C: &
EE Y R F NI a L AT a— )L LNP: [BE T/ i+ Lpa): VA H o
7 & (a); PD: 5 PEG: KU =F L7 U a—)b: PK: HYEHE; TEAE: 5
ETCREL-EEES, TG: NV 7 V&Y F; VLDL: BIEEE) RKZ 78
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mig k5 ALT (SGPT). AST (SGOT), BV /LBy (BB LUER). BEH.
TNTIyv, T TZx ATy E—E, XA h—EF5x— b, BUN,
AN, Fa—A, ZLTF=), eGFR, F/NVa—A, TR
Oh, Vi, AV A FFUDT L, HbAle, C-REEY /37 &F
PRIRE thE, pH, Zva—RA BH, MK, FhoE, ey, vay
U =4, HiEERE, Mk T 7 —¥, HEERE (ks
BEAPRETHLIBE)
e PT, PIT, 747U /=4
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A% 2 CBC
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IR B e
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WA b A MIESFE

HIV-1, HIV-2, HCV#i{f3 XL U'RNA, HBVZEm@mHAT/E., HBVEMmILE,
HBV = 7 Hi{f&

SRARH B A T

ALT: 3= T2 bR 725 —F; AST. TRNRNFXUVBT I I IR T2TF—
¥: BUN: M RFEEZE,; CBC: £MBK¥, eGFR: HEARIKMEERE; HbAlc: 7' m~F
Z'm v, HBV: BEIAFR& 7 A /LA hCG: B BT F hr 2 HCV: CERIFTR T A
R HIV: B NAERET A AR PT: 7o ber il PTT: B ha v B 75 AF
Y SGOT:ME T N% 2 VBA XY ol N7 A7 2+ —+H,; SGPT: MEZF A4 2
YBENECBINFARATI—E;, T3 Mlg—FFu=y; T4 Fr¥i >, TSH: H

oooogad

10

20

30

40

50



(82) JP 2025-507751 A 2025.3.21

O00ooao
22 PRTCOBE
EiETRE HoFH/HeFH: LDLR, APOB, PCSK9
FCS/MCS: LPL, APOC2, APOAS, LMF-1, GPIHBPI
HEE /S wabAFa—aA, Y ZU€Y [, non-HDL-C, LDL-C, VLDL
. ApoB, ApoC-lll, VAKRZ 237 E (a) 2

APOAS: TRV R H /37 EAS, ApoBETIFAPOB: TR D R & /X7 8B, APOC2: 7R
VAR H 37 EC2;, ApoC-1II: TRV R FZ /37 EC-I; FCS:FEEEN A v I 7 v MR
&#:. GPIHBPl: 7 ) 2V Wik A7 7 FVNA ) b—=NAT o A—@BEYVRZ R IE
HHEHX N7 H1: HDL. B BE VR Z 327 E; HoFH/HeFH: S ETHESMFEEE 2 L A
Fa— )V MEAT OSSN FEEE S VAT o — /VIE, LDL-CARBE )R Z R 28
VAT r—/V; LDLR: {EBEEY R 0 HESHEE, LMF-1:V 73— B EF1; LPL: U R
BB R—F, MCS: ZRFHA 237 urMEEERE, PCSK9, Trk oy
BEESRYTF ) %98 VLDL: BIEEEVRZ 78
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