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(¥ MA=7EFRERBTHERMFRER. FERE. KBMRMEANR. (D R
RENMFERGT: (2) MBEFRERRMTE: Q) RUBTF—STFREELFIE.

[x®iE]  EFHT. BRRENTE, ERERWBTY, ROGET

80 EMRUUM, ARERIEGT AERBT RS AR IKE, BiitA L R8sy —
MERIT A, €%, 2XEEY DARAR (NIH #E#ZARKRXBRH T RERE 40
FLAE, WBITRRMEY RAFMEENE ORI | CIER. MERERN. REDR. &
R R dm (3L . 4E, ERBTHE XSRS ELUEL L L ANER IR
B EENBRERE-FERRE, SABNEETULIE , B KEISAINEEE X
FNET RN TR, RN HABGAER, RS ASNERRERE AL, BADEE S
BEEEMEARFREARL DNA FHESAKN ., EARZRATAEH, BER
HIEEYE R E, URBREREARNEBMEEFR RN E, BRIETLERONARK
SCEREMERIE B — IR A ST HIGIT 8 1.

1 BRWRENSEHEEST

E¥#RRERaat, AKBERE (A BENISERSETRESEY KK BRI
JE DNA (36 kb EFA) #E S, REEIMEIHRMERE Q0" pfu/mL) , BERRIH
W ERHEER, STRERVASLLRMES. EFK, U Ad HEREBHE
HHRHBEER, X—BARARGIEEAIBRBTHEETLR.

mERE, EXERFEHAMBELEGEML (CH FERESFHETEF (CFTR) £
HEARBRE LRFEBRIRE, EOWFEEe Y Y. BHRE. SRR ENRKE
BES AN G CF ER BTN SR FRE R —BRH" ™, CFTR EEEFR KK
Wik, HIRIAEAITEHA, N VR EREN K CF BERTRIA T HEHETR. &R
PERFE FE ., #E NIH fyE4 DNA BigZ R < (RAC) #tET =W ER &M 31 CF

3¢ F 1995 4E 10 A 19 H W F).
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ERBITHE, HPWHFERHRAE XA E, KMEH Ad, BiE; —TRARKE, X{HRE
HE XEFRMHEH A, Bk, U EHRIEBILBAES CFTR BEMEA Ad 8k, KE
N BFD LR B, HATIERI R EERUEEA Ad ERETEIEHEE,

R ML E F A BAE (DMD) 87 H . Quantin % (1992) ) M8 oh o] LA 7E
LA H R 4 B Rk B RIEEE — LacZ WEA Ad, E7E/DEENEE R FHIRK
R, B, Ragot FV REMAARWE T RABEEHR TR E (minidystrophin
220KDa) WIEH Ad, 4 10 H “mdx” /B (HFH/DNEHE S5 A DMD B 5 E &)
MAAESH. ER, ENEN=HEREHBHM, 0XZFEHBUMNNFERE EFHEN
FYRE, HEREFRNREEREEIMNAULE., U EERER(UEFIE, EH AdET
B AN AL, S5E—BRRHE. DMD HEE BT EANAKRBRY B, H
BB REETT .

MR ICHE (Parkinson’s disease) WA RGEIRIEIT FE ., Salle £ F g
HEFEBMEIRICEE —LacZ ZEEMEA Ad, HEEIMEFERKBRBAHHBFEMHLS
RS, BREHERHRET LacZ, RUEBIXNAMAEEHEEML. HEH Ad BEKR
WAFAREFRY, TFEEWEBE LacZ, TAEMEIMER. MEH Ad EESAREX
BUR B AR BB AL, 24 /DB S IR 40 MO T 46 B A0 SRR SR B AR i A ., BV 2 M AZ
A, HHAd EEHBOORERS, ELHEE, XREABRTHEEN. B, BHAdE
R AAES, RN GEENEE., XEERERAE, BRERENSORASER G
ITHREHRES, R, 19934E 3 A8 (Nature Genetics) ®F| E N P& T 3SFHE
HRRENBE, HARIEEEEESAN DR KB PR HZRERBHERREEN
WE™ , #F-HIRERRFEERETTHREG. TEHBREEFRER BT RN
ERAGRBEBAEZSRE HSV) S, HBERRKERMK, BRAFEHRE, ARG T E
s b, ERIEAFRRRBRAEN AP BERRYBRE, ©REEI B>
BAEA, MABESRRWARLEATSH" T, L, BRERMLRZGEFBERIGIT
WEEH K,

B RN A REREGTF M EESE. Lemarchand % (1992) U Y& KB E
LacZ 2R A alphal-HiE A («1AT) cDNA EHIBRBERES Ad B4, EHINERRA
Bk M, R RE, Ad BEKINEEFE BBEBIE /T 5528 A B bk & 9
ME, FREEXREE, AILFRE AIDDNA B85 HAMER AP, XEEFE BT LT
ARHREREBARE, XA URFERZEREHBTER . NS HRAE 25
WHESA Ad TRFEERENE, HEMEETEARE. RANEKARTS, SHFEER
B, Ad BEHEBAMA AT BEZESERERE 2 AN . hNEARBE, BEHEE
KEfRIRIE, MRRHE—PTR. R, DREBEREIEERBTHAREL, RaNEAR
MREEERY Ad BEREFH ., IERERRE X, «1AT EEEEERT N 5012
JEIT SRR «1AT SREGAITTATSRBE , J0 I R 75 B 3 i 0 26 40 I 8 32 S 38 R 6 98 LA YR 7 950
MH, SRWIHLETE 24 PG UEKT AT, ERFRENSHINEXREBRERT
T B IBT AR,

B, Ad ENMZNATERIBTHBERMEMBIE, B TERGSTUWEERKE.
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ST Ad REREF TREEE —RTMNBYE, EHOHTATRASNHEARK ORISR
B, EHWMIEE Y Ad EHEREEERR. BN, CIER. MEREESY
HEEETRVUREMN L, UHREERER, THRRSEDRERET ES —F2H,

—HZNEA Ad RIEORERHBEZNAH, ZRBTEATNKBRARESE, &
MEMIERHE Ad BENSFHER BT, ZEBHRIURIDF G RNTEH, LHEE
EREPE LS F TN AR .

2 ThEeRREEENTE

90 SRR, EHNIIMESHGERHEHZRERE, KESTHBERMEIHEE
R DNA 3| HEEEH M ENTIREBREERRE, NTEZAERIEIT.

RAE 1979 48, Israel FARRBRELSBWFREENAENDRERES, XAREEESH
AT FE N R AR R, S0, ¥ Rous PIERE., AR EEEM V-sre BUBE
H2E THANENZKY, AR TEANFREERNBORERN. BAXMHBRREESE
MBURER R ERZRK, HARAEKNEBREMREERARBREERNG, AReEE
BUMEERE R BRFHEHBIRRK.

BE (1993) Higgins U {EIE# A CFTR R FGMEAEREKN, FA CF /NE ik
MM, SREZHEKIBEFR KT, THRAEFNEREESITEAREATLESH CF /MM
R b R AR IEE ThEE

REZRE" HXENAE. CUSNEBEREMNINEEEAER, E0H X8R E# 5
HRUA., COMIMLEREME, —RESATEENER 2—6 MAM L, HREKEMK. i
ITRIEFALEREREIEHEARNESCETHAL4 L, HERNERELE, F5ENAASR
HMEREL, TUEEREAKEK—101%, BABIFHNHAME.

EEMRERN, MPRHERFEERK, MHSRRE/ES, THRBRERKIABEENE
BEARA, SdERFEZIFRTEN . X TFTENEAEKET ESE) ik
M RERED, WHEBERNEES ARANFTIFTIE~FEE S, FE Zhang
LX % (1992) M & CCK EEMFREZFTRIEN—FMEERHM 288 (FIERER
R B P77PMC KBRIAN, MARAE —BRIFTRINERET IMNE CCK EHF, HERXTIE
BE) (38 3—4 RK) HAEMH T KRB RIE.

MIAARESESARGERBBREREEA 120 (HIVepl20) ERFHHFEHMRRKE
(CMV) BE#iEa+ (EP) WEARKN, £RSB=EEHHEN 1gG JUik 83T gp120 1
HAeE" . Bk, RENETERNEREN -DNA FEHAFRMIEADREHNTREE
THEZEAHRED . TR, IREFEEENNEEARZ —HEENEEER.

SARENE, HEERBTARRRSEECHERD) . ZEFRKRKE Nabel G &
(1993) U 5 el (VHD BARREENWELERTENGERIEB7 WAKEHK
PR (HLA) EEME 3T/ B0 DNA A8 Fifk, IEEW A HLA-B7 E BN, LE#
BERTFEVELTT. IMWEREXEAGRKRIER, HEEFRTEAMUTRTRERE, m
Htimm e e e AT (PR AN s MERMETESER) , XE#BY
WITHFEN— KRN, BRIBEEEAAEREARSREE DNA )RR, HIEH AR
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R ZLEYREREEHAREOMNRN 1%—10%, MHS LEEERRERAYRET
HLA-7, B M AR M2 A DNA, AR S5 DNA fifk. R8I DNA &N 5%
JEPEAG. I TEER T LGRS BB DNA & EBUR R R WO, WTFERTLER, Mk
GREAGEV BT, FHA AR R 1. T3 BOxd o S i 1 R 40 L i A
N4 T MK R Y . Nabel G it GH XM GE, BL&H BT 1T H KB
MEERENHT LR, & THTENERCEHERGAR I NE. AEES. EKE-FH
AR E R M P 2 %

DIREEN ST RIS E ST, HATC ARG, BoE s fsE W
BEITE, RO TR N RS EEER G HEEAME. THREEFEER
RERoR 7Ry R4, HIEEBR UK SHEM & &R DNA, RARERE,
A HR B B XM R R R R, R EREHIRAN. KRR, BT
ARRFEEHER. LA, AERE AHREMBS | FLBRARSRE, T HZE A SE
EHNFR BRI ENRE, EHRARIE, WE, T “HEWE, T2HE” , 5
EENER S BREENHED.

DNA sl mRNA /WEHBER T E LERIEH /. ERERBTEAE -9k
GRIT —KELRE = E KRBT E A AN , B ER#RIEH, ThREEET R L@ —.
REHRFEEY . YREEEYRIGTERR, JSAEREER, LR AEES %
RN e b=t g A IS T

3 RGBT —2FREFRHTL

RXBARFE RN TEAERBEARMR, EMEMHENZXANKRL, EREI0ERRE
KB R XA (RNA 5 DNA) ## R . Ribozyme # & & K X Ribozyme 3% &
(Antizyme) BJEFRUS ", BB CEAR, BEEM A AR B, R COEE R X
BHTFREMMAM T DNA 5 RNA M4, MmEH X4 DNA & RNA oheE, & X
BORE EE AR 40 = A 3 — a0 MR N B am s i i E B R .

80 ENRBERIE L RNA BiAR, RETHEHEMH L -REGFE., FHALS
BH R X RNA TER AR EE i, HRhimf T 2MERNERE, EhaEng
EH| BT LFAIEE . K RNA SR AR IR LEBRBER (BER LEKTBE
HEYD » HAHATWRRENER. A, EARHKK L RNA BR—FATRERS%,
ERBCTIBIT R B RR A R TFE

B RNA GEEFIAE R B RNA B AR EW Hohak i BB, K X RNA 7EJH %4 M
FHEREATRERER TH EMRHBEEESE mRNA & ST RTHEE TEEEYE
E. EEZAEA, KX RNA BT SEFRZARPEHUGERERI, BEBEESEFR X
RNA 3 0] 5% 8 2 5 A i 808 7 DORA & W MR X R FKF, 5% mRNA ¢4
M mRNA Tk SRR AR, FEEAFIEN R SRR R AN ED.

R X RNA SIARMEREHRRABZHEN. EEZAED, K XRNA EXHA
LHSERGE. FRHETURBZMARE mRNA M8FAREERAN TR . Powell Zgy
FRBEPEEMRE (TMV) KX RNA fHEEEY, HEIKT TMV &Y, fKkR
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XEMEFHELT ., SHEFHIURFRIT FIEHLE, R X RNA EREFEHBHR
M. B RNA 78 £ N &SR REROIR AR BAAER TS, £ RNA KT EEBREE
HRyERMm#EE, MARILELRE;:; KX RNA SHEESRGYHEL, BT HHH RS
AR RIER T ZEE; THEBH AR X RNA EEAREFIANREAHK, BREEHEK
LM g, TTESE AR RENIUREEE. Munir 5 A SRS HIEFERN K+
FKIETR X RNA, ERIENHR X RNA FEREFHR (MREE. NI LRER
B YRR ECRGHEEDHHER. BRMEHCHREAFFEN AR X RNA HAR
HEATIN G R R AR,

MR X RNA BEFH AR ? kBt i X RNA BEEE L EMBAN RS KE
YEM? BRTMTHBMEIR. TRERNKRY, FEMER X RNA EFREKNTL KEEH,
HEBEE FHREE -1 XBEE, B3FER, R X RNA BHERKFEFRTHERNA
MK, MIEBEERESERKPTEREMRK, EEEN, HZENSHENETHZ
., BEFE-ZSEP, KX RNA EAMMRMAEFLRIEL . ERZAKRS, &
T RNAS' 3 XA R X RNA ERBCR B E—SEABMMS, T4 THE RNA
HEFEHRE, W3 HERBEXMHRI X RNA BERBHERNER: R, EF2HLT
TER, —EFTFH RNAS' 3R X RNA BERBREE.

WA K X RNA EARHEEREEFRNEHMRECH TR, £ L RFRERKELM
b, ERREIHAREREAR X RNA fEAMEXE, E4RKF. SRR T ENE
KT EMERFOEHR, BE—-IHALHER. YEEFRBTEABIABRERBEE, KX
RNA HERENEITTREEEROT TR, SARFIRTEAML, BEAERCHE KL
FIHI5 .

Ribozyme R H KM — KX EFH#E RNA, ERUFIIFREH AL EE
RNAM | Sofi b, B FAABERESN RNA 5T, WEE ISR, Riboryme
MEEERAWERAEE S BERAFRFREBIERNY A, REEFHMLTIERN RNA o
FHREZ, EAERXLFHEH, B Ribozyme ERAMELFEENERGT, HEHTH
SEAVIEINEE, XRCNEMEAHPH—PUFHRT; F, Ribozyme HHE —EM R
SFFEH . EFRTILHES B S EIThER RNA 2 FHRSFFSIE, mE YRR
#. WEAKFETE RNA, S5 HIRLRESEH RNA 4F, RAEITHAEARLR
B K%M (Hammerhead structure) , AR BEFH B FUEITEHEHRER. Hit,
WK F| T2 # Hoseloff 209 1 T Ribozyme 43 FHIR KX (in trans) fEAHA . XML
Ribozyme £ 2 B 8y 714 7] §E ZEFL IR 3 RNA Dh BT M dm B A il 7 MK S E B AR
F. 0 L Ribozyme W8T AT LR B R R FEIEM AL —F RNA, AEHHEMERE, XA
EFE SRR, EYHART2EA

KELE, REEEFR—EREERSEERR, BAREARTHE, ERBTHEEMN
£, ENERMERFAEMIE ML, ik, MHREEHNNEERER, X
RELTR B Th R BB R I xRS EE A AR, B S REREEERSEY, BEXK
B RERER ., MEERMY AZT RALSEHEGRE HIV) SRERE
RIRRIMEIF), MAAMTT/ER . B AZT R WRE TMH 4 DNA £ REM RNase H 1976
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P, ETMR& T 254/ H . Ribozyme fl )X X RNA —#: B T S R EFAB Ef RNA 1y
FB, @ FRrREEE AN mRNA, B EMHHREAEH . Cotton {F I TEKH
FiAH) tRNA B EF /EH Ribozyme By FREE A, 7R LEMIFF LG A Ribozyme HF, 5
¥ RNA 7 F—— 4 EH mRNA 4 LFER UTRNA 47, FEEHEANESRHRS, FIH
tRNA ZFEER N FHEL, BFKEMN Ribozyme 4+ F, BB #MUE TR T
-—U7RNA 47, "], Ribozyme £ E i@t 58 RNA {EM . PIBIWHEHE LAWY
fE. B4 Ribozyme J27E RNA /KF L#FTIER, A/ MFEFIRESE, KAEAMNAKRT
HEER., BmEbedgmae, TUATRE, B2 —-MRERFEMNERBTFER. &
i, HAETHE A Ribozyme {E PR B IEIT M — M BOARC 2 — 2000 B, B G 4m o 328 430 Uk
RIREAL S ? A0 f Ribozyme #FAAHMI? XL BAFEERAF R . SR X RNA HEAFTEH
MRy IE L —#E, — BEEENEIT R AT #E, Ribozyme S HYIEITENFI LB, 4 Gibbons™! 7
(Science) b4i%, Ribozyme Hi#&R L4k, BARHENHITRHE.

FEPEBT ZRURF KRB B E ) 7 H , W] LA EE 2 A 3 A H A R X AR A Ribozyme BY1E
R, 1 3.5kb mRNA #E2 X (DR, DRy , ZAIFRFFEEEA PreC X, &
RIAF RS DNA BEEERE 5 3, ZBFRKWEDNACKMS X 5' ¥4, F# Ri-
bozyme HFRIRFIMLA GTC (FFM RNA FRIA GUC) , SKEHRIEMPLIR Ribozyme H
ALV HAHR Y Ribozyme B HE, FWEFLIEXLRBRAK L, HF4EX ZHREEHIX
XM Ribozyme, ALYIBIHE mRNA, T #E 40 M F0 ALK - L REL T 2. 5T 7% 2 B ) Je &
HRE, MERBFR, LER. BRRK. BR. B2, #REZ. KE. 2. FITERR
R, BILGURIN. FRERKER. SERERIL, DBE. BE. FEBRE. FimEs,
#R AT LA IR R A Ribozyme HARPUREIGT, WA FHRAPHK RS Y,

HETR T L RNA 3R s s HE S w1 AV EC 7 HAIAR, {H3Xf Ribozyme #)
EREAMERS TH. WEAFMBRER X RNA H RIS, MK Ribozyme MRHEREEF
MBI IER? WEAREN AR XERSGHRE FHERIBITRER? WMBRSH KR X
RNA 5 Ribozyme HAR? MR %K X RNA fy & H # 4 A Ribozyme EH | NG N FHTH
F. HXEEEERHMHE RS R X RNA 5 Ribozyme WIEARREETF? WAHBRESR
AREEREREREREEAEAGRBERSHIAENEHHETREREMYEHZRE
BHREEFALERE XEHRESKEERNEERRRE.

Fir i ) X Ribozyme, B[l Ribozyme ZEF 5 & X RNA ZFEHER, #XBREH Ri-
bozyme M1z X RNA XXEIRER —2K RNA 4+F. BHEl, THEFERNMEYH T FE, VA
HERTTZ

TERERFHMERARKFHESBHNERNAFRRK S EHRERANTERE EXN¥RREEHRATES
FHRAREMFPEEXXRBE R ER BB HIRF RIS, BB

g F X M
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NEW WAYS FOR GENE THERAPY
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Abstract  The update important advances, existing questions, developing countermeasures
&. application prospects of new ways for gene therapy have been critically reviewed from the

following three aspects: (1) Adenovirus-mediated gene therapy; (2) Direct gene therapy

without using viral vectors; and (3) Antisense therapy a new field in gene therapy.
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