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Addendum

List of abbreviations

AAT
AAV
AD
AGO
ALS
ASOs
ATXN
BAC
BBB
C9orf72
CA
CAG

Cas9
CMV
CRISPR
CSF
DCN
DG
DM1
DMD
DPRs
DRG
DSBs
EPO
FISH
FTD
FUS
GA
gc
GDNF
GFP
GP
GR
GS
HD
HDR
HP1a
HSV

alphaT-antitrypsin
adeno-associated virus

Alzheimer’s disease

argonaute

amyotrophic lateral sclerosis
antisense oligonucleotides

ataxin gene

bacterial artificial chromosome
blood brain barrier

chromosome 9 open reading frame 72
Cornu Ammonis

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

CRISPR-associated system 9
cytomegalovirus

clustered regulatory interspaced short palindromic repeats
cerebrospinal fluid

deep cerebellar nuclei

Dentate Gyrus

myotonic dystrophy type 1
Duchenne muscular dystrophy
dipeptide repeat proteins
dorsal Root Ganglia

DNA double strand breaks
erythropoietin

fluorescence in situ hybridization
frontotemporal dementia

fused in sarcoma

glycine-alanine

genome copies

glial cell-derived neurotrophic factor
green fluorescent protein
glycine-proline

glycine-arginine

GeneSwitch

Huntington's disease
homology-directed repair
heterochromatin protein 1o

herpes simplex virus
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HTT huntingtin gene

ICV intracerebroventricular

IFN interferon

IGF Insulin-like growth factor

iPSC induced-pluripotent stem cells

Istr Intrastriatal

IT intrathecal

ITH intrathalamic

ITRs inverted terminal repeats

\Y intravenously

Kb kilobase

Luc luciferase

MBNL1 muscleblind-like 1

MFP mifepristone

mIATXN3 ATXN3 targeting microRNA

miC C9orf72 targeting microRNA
miR-451a or miR-451 microRNA-451a

mMiRNA microRNA

MJD Machado-Joseph disease

mMRNA messenger RNA

NGS next generation sequencing

NHEJ nonhomologous end-joining

NHP nonhuman primate

Nt nucleotide

PA proline-alanine

PARN poly(A)-specific ribonuclease

PD Parkinson'’s disease

piRNAs piwi-interacting RNAs

polyA polyalanine

PolyQ polyglutamine

PR proline-arginine

pre-miRNA precursor microRNA

pri-miRNA primary microRNA

rAAV recombinant adeno-associated virus
RAN translation repeat-associated non-ATG translation
RISC RNAi-induced silencing complex
RNAi RNA interference

RNAse H ribonuclease H

RT-PCR real-time polymerase chain reaction
RT-gPCR guantitative real-time polymerase chain reaction
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rtTA
SCA
shRNA
SIRNA
SMA
SMN
SN

SNP
SNpc
SNrc
SOD1
TALENs
TARDBP
TDP-43
UM
UTR
VTA
ZFNs
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transactivator-protein

spinocerebellar ataxia

short hairpin RNA

small interfering RNA

spinal muscular atrophy

survival motor neuron

substantia nigra

single nucleotide polymorphism

SN pars compacta

pars recticulata

superoxide dismutase1

transcription activator-like effector nucleases
transactive response DNA-binding protein of 43 kDa
transactive response DNA-binding protein 43
ubiquitin-interacting motifs

untranslated region

Ventral Tegmental Area

zinc-finger nucleases
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