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[ Abstract)

characterized by movement problems, cognitive decline and psychiatry disturbance. HD is caused by

Huntington’s disease (HD) is a kind of inherited neurodegenerative disorder

mutation in gene /T-15 involving the expansion of a trinucleotide (CAG) repeat encoding glutamine, which
leads to abnormal conformation of huntingtin (Htt) protein and finally emerge cytotoxic functions. Currently,
HD remains a fatal untreatable disease. Gene therapy for HD discussed in this review is under preclinical
studies. Silencing of mutant IT-15 via RNA interference (RNAi) or antisense oligonucleotide (ASO) has
shown some effectiveness in mouse model studies. Increasing the clearance of mutant Htt protein could be
achieved by viral-mediated delivery of anti-Htt intrabodies (iAbs) or induction of autophagy, and beneficial
results have been observed. Ectopic expression of neurotrophic factors, such as nerve growth factor (NGF)
and brain - derived neurotrophic factor (BDNF), mediated either by viral vectors or transplantation of
genetically modified cells, has also been proved to be effective. Other gene-modifying methods aiming at
correction of transcriptional dysregulation by histone modification, activation of endogenous neural stem
cells, and normalization of calcium signaling and mitochondrial function, are also under intensive research.
Gene therapy for Huntington’s disease is promising, yet a long way remains from preclinical studies to
clinical trials.
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1ZFRIMF 2 panthothenate kinase 2(PANK2)
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pantothenate kinase-associated neurodegeneration(PKAN)
A T A e AR O O 0] 2

hemichorea associated with non-ketotic hyperglycaemia

(HC-NH)
B-43 M B-secretase( BACE1L)
KIZEH#  rubella virus(RV)
3 AR A AL 0 Friedreich’s ataxia(FRDA)
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compound muscle action potential(CMAP)

A R UL 4 0 % RE AR D) RE AN 4 R
Amyotrophic Lateral Sclerosis Functional Rating
Scale-Revised(ALSFRS-R)

Addenbrooke B L NPT 1t %
Addenbrooke’s Cognitive Examination Revised(ACE-R)

BEJHE T calmodulin(CaM)
RNA T4 RNA interference(RNAi)
JFECRZ AR hepatolenticular degeneration( HLD)
X Z 4 liver X receptor(LXR)
WS R Ii A7 N Z2 45 olivopontocerebellar atrophy(OPCA)
B RGBT A
highly active antiretroviral therapy(HAART)
5JEH toxoplasma(toxo)
Dy RERE IR B 1R
functional magnetic resonance imaging(fMRI)
P PR L A R E B2 AT
ataxia with vitamin E deficiency(AVED)
ILTF RV - B4 M Y 5KAE  ataxia-telangiectasia( AT)
[ B B L35 2 IR AN B 3R
International Cooperative Ataxia Rating Scale(ICARS)
1o S A0 I PR B O 52 Ay OIS T 1o
peroxisome proliferator-activated receptor y coactivator la

(PGC-1a)
b 4 0 T 35 0 O 2 ARy

Peroxisome proliferator-activated receptor y(PPAR «y)
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FAID MR Z Jik
Flemish and Dutch mutant peptide(PFDM)

&E 5k A F-kB  nuclear factor-kappa B(NF-kB)
WA huntingtin(Hit) protein

ALY Huntington disease( HD)

WEREE 1 54E  myosin light chain(MLC)

WLBRE 245538 myosin light chain kinase( MLCK)
LER  creatine(Cr)

WLER 3% creatine kinase(CK)

WLZE45 M R fLAE  amyotrophic lateral sclerosis( ALS)
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ALS with cognitive impairment( ALSci)
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ALS with behavioral impairment( ALShi)
UL e 23 A 0 0 B 13 2T 4

myoclonic epilepsy with ragged red fibers( MERRF)
WUREZE P/t V8 5 % Ramsay Hunt syndrome(RHS)
HETERRHEEME:  voxel-based morphometry(VBM)
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matrix-assisted laser desorption/ionization time-of-flight

mass spectrometry(MALDI-TOF MS)

L 4 )@ B T BF-12  matrix metalloproteinase-12(MMP-12)
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acute atherosclerotic cerebral infarction(AACI)
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spinal and bulbar muscular atrophy(SBMA)
BREMENZESAE  spinal muscular atrophy(SMA)
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familial amyotrophic lateral sclerosis(FALS)
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methylmalonyl-CoA mutase( MCM )
LN MR MLAE  methylmalonic acidemia(MMA)
DNA H L6/ DNA methyliransferases( DNMTs)

spinocerebellar ataxia(SCA)



