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List of abbrevia  ons
AAV adeno-associated virus
AD Alzheimer disease
ALS amyotrophic lateral sclerosis
AON antisense oligonucleotide
APP amyloid β precursor protein
AR androgen receptor
ATN1 atrophin-1
ATP Adenosine triphosphate
ATXN ataxin
Aβ β-amyloid peptide
BBB blood brain barrier
BDNF brain-derived neurotrophic factor
CA1 Cornu ammonis area 1
CACNA1A alpha 1A subunit of the voltage-dependent P/Q type calcium channel (CaV2.1)
CBP cAMP response element-binding protein binding protein
CELF2 CUGBP, Elav-like family member 2
cET ethyl nucleic acid
CNS central nervous system
CSF cerebrospinal fl uid
DM1 myotonic dystrophy-1
DMD Duchenne muscular dystrophy
DMPK dystrophia myotonica protein kinase
DRPLA dentatorubro-pallidoluysian atrophy
EA-2 episodic ataxia type-2
ER endoplasmic-reticulum
ERAD endoplasmic-reticulum-associated protein degradation
ESE exonic splicing silencer
FHM familial hemiplegic migraine
FMRP fragile X mental retardation protein
FOXO forkhead box O (FOXO) transcription factor
FXTAS fragile X-associated tremor/ataxia syndrome
gDNA genomic DNA
GFAP glial fi brillary acidic protein
GLS glutaminase
GLUT glucose transporter
HD Huntington disease
HDAC histone deacetylase
HDL2 Huntington disease-like-2
HEAT htt, elongation factor 3, protein phosphatase 2A, and the yeast PI3-kinase TOR1
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hHR23 human homologues of yeast protein RAD23
Hip htt interacting protein
HTT huntingtin
HTTAS huntingtin antisense
ICV intracerebroventricular
ISS intronic splicing silencer
LNA locked nucleic acid
MBNL1 muscleblind-like protein 1
Me methyl
miRNA microRNA
MJD Machado-Joseph disease
MMP-2 matrix metalloproteinase-2
MOE methoxyethyl
MS multiple sclerosis
NCoR1 nuclear receptor co-repressor
NES nuclear export signal
NLS nuclear localisation signal
PCAF p300/CBP-associated factor
PMO phosphorodiamidate morpholino oligomer
PNA peptide nucleic acid
polyA polyalanine
polyQ polyglutamine
polyS polyserine
PPMO peptide-linked phosphorodiamidate morpholino oligomer
PS phosphorothioate
qRT-PCR quantitative real-time polymerase chain reaction
REST RE1 silencing transcription factor
RNase H ribonuclease H
RT-PCR reverse transcription polymerase chain reaction
SARA scale for the assessment and rating of ataxia
SBMA bulbar muscular atrophy
SCA spinocerebellar ataxia
SCAANT1 SCA7 antisense noncoding transcript 1
shRNA short hairpin RNA
siRNA small interfering RNA
SLiC SNP linkage by circularization
SMA spinal muscular atrophy
SMN survival motor neuron
SNP single nucleotide polymorphism
SOD1 superoxide dismutase 1
ss-siRNA single-stranded silencing RNA



180

APPENDIX

TAF4 TBP-associated factor 4
TARDBP TAR DNA-binding protein
TBP TATA box-binding protein
UHDRS unifi ed Huntington disease rating scale
UIM ubiquitin interacting motif
UPS ubiquitin-proteasome system
UTR untranslated region
VCP/p97 valosin-containing protein
YAC yeast artifi cial chromosome
ZNF384 zinc fi nger protein 384
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