IR A B IR AR AR, 34 (2020)

196 in vivo7/LiREERBIBEE T/ HF fEBE &N

(B8] 7 AEREHAMIBEOS ) AEROMEEAS | AT IS T TRER A TH D, 3 3 DT AL
TH 5 CRISPR (clustered regularly interspaced short palindromic repeat) -Cas (CRISPR-associated) A7 AL
ENERIRT ) MR TR L OfE e 7 A UNATRETH V) . EIREA~DILHDIER IR S 1T %, CRISPR-Cas
VAT LT Cas # /37 'E L guide RNA (gRNA) »HELY . 20D DR 252 00 ARl ~152 rTRE e B>
BHRBERICHICBWTEETH D, ZNHORKRT% RNA & L THEET A AL DNA LR LT A~DfFA
U 27 BX W offtarget ZIROIBA IR SIS, AWFFETIIARE T /i 7- (lipid nanoparticles : LNP) (Z X 2 i
~0O mRNA EEIC K57 Mtz B L. ARG OREE BN E LT,

[J5¥E] LNP ORERUIR T & U COIlE 0 pH B4R A4 U MEIRE (CL) ., Y UHRE (PL), =2 L A7 m—/L (chol) |
PEG 1ti5E (PEG) ¥ XN nanoluciferase (Nluc) % 22— K L7z mRNA #H\, JEEOHEHE - S EB LW
mRNA “lipid FIZB U CEBREENEE 2 BT 9 2 & Thai{b 23k e 7z, LNP (X 2 iOB2EEA 2R84 5
~A 7 AT A X (LINP) ZHWTER L, LNP ORCFRE, Z080Ef (PdD) ., ~ 7 ZITEHIRMNE G- L Tb
24 R OIS L OB Z 31 D8 fs 7 28iE (Nlue Z6E) 2HE L, SHEMSRE Zeoiaotric L v
AT LTz, 1507k LNP & ER LA (MC3-LNP) & O s 7-38iEM 4 Nlue Z8UE RS LONCLSM (12X Y
g Uiz, 72, v =Y ArARx=F Y (hEPO) % =— KL7z mRNA A5 L7zl LNP %~ o A RS-
L7-BE£D hEPO #8i% ELISA TEIC LV E& LTz, £7o, O S LT ¥/ 7 A—4 — (ALT, AST. LDH,
BUN, CRE) ORIEEIT-TZ,

R 200 Batnc L0 RIS 285 T REBGRICEE IR ORI LUV b OMAULRO fifE %

[FIE LTz, F7o. IBIZIIT 2B s R BRI LR FRBLONTRER M B RRF & LU O£, Pdl

BELO PL/PEG HZHTIZFE Uiz, TS OfTHE R b il LNP (A2 L7z, Sl LNP (3392

(ZBT HEIE FRBAFE L, ZO%BUEIL MC3-LNP L0 $19 2.5 f5Eh 7=, fial LNP (X factor IX (FIX)

TR K D IMAIHRTER R A R Lo A HIN & 0 @y hEPO BELEAFE L, £/, WTho i)

INT A= —DEEHFROT, il LNP O vR ST,

mRNA £# LNP 0filih b FZHmik L 2 55w b

iLINP device

Lipids Lipid
7 solution \
W ——=oN S I
=¥ > ‘-‘.‘ P
so\{iai\ / .
mRNA .
mRNAFEE{LNPs
1000 BELNP
£ 1 ASRGY-=0y’ )
7] TT
@ 11 20dR 5=y =m0
100 T~
< oI
s TTTET =T
@ o TTE
g 10
; TTTT
I
L= = = = R e Lk
||||||||||||||||||||||||||||||||||||
- R o O A s Ty, . . R A N 1 Py O Py
SR TR e TwN T ™ 5 TR N®
LNP #

196



