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List of abbreviations

List of abbreviations

3'UTR 3’ untranslated region

AAV adeno-associated virus

AGO argonaute protein

ASO antisense oligonucleotide

ATXN ataxin gene

BBB blood brain barrier

CAG cytomegalovirus immediate-early enhancer fused to chicken B-actin
promoter

cDNA complementary DNA

CED convection-enhanced delivery

cmv cytomegalovirus

CNS central nervous system

CRISPR clustered regularly interspaced short palindromic repeats

CSF cerebrospinal fluid

CcT computed tomography

dsDNase double-strand DNase

EV extracellular vesicle

FDA food and drug administration

FL-HTT full length HTT

GAPDH glyceraldehyde 3-phosphate dehydrogenase gene

gc genome copies

gDNA genomic DNA

GFAP glial fibrillary acidic protein

GFP green fluorescent protein

HD Huntington disease

HTT huntingtin

HTTex1 exon 1 HTT

iPSC induced pluripotent stem cells

ITR inverted terminal repeat
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MAP2
mIiATXN3
MRI
mHTT
mMiHTT
miRNA
NFL

NHP

PK

PolyA
PolyQ
Pre-miRNA
Pri-miRNA
gPCR
rAAV
RISC
RNAi
RT-gPCR
SCA

SEC
shRNA
siRNA
SNP
tgHD
vDNA

VG
WtHTT
ZFP
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microtubule-associated protein 2
ATXN3 targeting microRNA
magnetic resonance imaging
mutant huntingtin protein

HTT targeting microRNA
microRNA

neurofilament light chain
nonhuman primate
pharmacokinetic

polyalanine

polyglutamine

precursor miRNA

primary miRNA

quantitative real-time polymerase chain reaction
recombinant AAV

RNA-induced silencing complex
RNA interference

reverse transcription quantitative real-time PCR
spinocerebellar ataxia

size exclusion chomatograohy
short hairpin RNA

small interference RNA

single nucleotide polymorphism
transgenic minipig model for HD
vector DNA

vector genome

wild-type HTT

zinc finger protein
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