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RNAi-based
Gene Therapy (%)
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Abstract

RNA ZHI(RNA interference, RNA)2 EX RHXIE E=(silencing)otd] mRNAS| QA 2l CHHE!
A(translation)2 X&dk= HIZ{LIZ0ICt. 0|57t (double strand)22 O|F0{Zl 22 RNA 2415 0|251H £
X QXX0| ZS(silencing)@ EMXOZ QI 4 QIOLY} 0|2 X|ZXMOZ MR517|0= QMM U S5}
A=l H002 SHAIHO0| ZXHSHTL. 5EX|2E 2018E 8€ O|= Food and Drug Administration (FDA)7} M2 2

RNA 7|8t 2F2(Onpattro®)S &915tHA] RNAI X|2H| 2010 MZL 7HsA0] MIA|Z(QALCF.

20M= RNAIC| 22 7| 3 X|=2H|ZA2| 7HY SAE ATHE T X2 7HK] Y= RNAIQ| X=X &H-
. 3J71|’é1§ H|WoHH, RNAI 24t B2 YA HIHIO0|HAY L HIO[HAKY YA L= FROH0] H| W ot At SiTY.
3 X REIK XIEH 2O ZIBW T QU CRISPR/CasOAABL} HITEI0] RNAI 7|20 HEHE 2 M
QM2 AJAFSHLL, OFX[QHOE A2 RISHE|T Q1= RNAI ZH QIAIA|EIS 2+ Tt HEAIO| 7|HksH0] Ma|sta &2
RNAI 7|&50| 917 S342 EASHIA} Bt

RNAi X|=2] 743 & A

19984, Andrew Fire?t Craig Mello= Caenorhabditis eleganstlA FAL & REXIEIS(post-tran—
scriptional gene silencing, PTGS)E S & 4= = 0|5 7= RNA (double-strand RNA, dsRNA)S Mg 2t
oI 0] A2 RNAIZH HHGIRIC,

IR2 MM RNAI &S0 LojLt= 2PH2 EH HAY miRNALl =7| HEHQI primary microRNA
(miRNA) transcript (pri-miRNA)7} 3 LHOJIA] MAFEl & microprocessor complex (Drosha—DGCRS8)0| 2
oll pre-miRNAZt E22|l= 30 F22 2EI0|=(nhucleotide, nt) LH2|2Q] &2 &|0{T RNA (short-hairpin RNA,
shRNA)Z ZZIC}.
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