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Rewriting the narrative of genetically driven neurodegenerative 
diseases

Gene editing could be 
used to effectively 
downregulate disease -
causing genes driving 
neurodegenerative 
disease...

...but is today largely 
limited to hepatic and ex 
vivo applications.

9ǾƻȄΩǎ next -generation 
gene editing technology 
unlocks the editing of 
ƎŜƴŜǎ ƛƴ ǘƘŜ /b{Χ

Χōȅ ǘǊŀƴǎƛŜƴǘ ŘŜƭƛǾŜǊȅ ƻŦ 
CRISPR/Cas9 into the 
brain using a non -viral 
delivery technology.

Neurodegenerative 
diseases have defied 
effective treatments for 
decades. 

Despite understanding 
ƎŜƴŜǘƛŎ ŘǊƛǾŜǊǎΣ ǘƻŘŀȅΩǎ 
medicines are almost 
always unable to change 
the course of disease.
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Pipeline focused on genetic drivers 
of neurodegeneration

Å IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜ: Halting somatic 
expansion of CAG repeats by targeting 
the MSH3 gene

Å sALS : Addressing TDP -43 pathology in 
sporadic ALS via ATXN2

Å Rett syndrome: Safe, repeatable base 
editing of MECP2

Regulatory agency -endorsed 
pathway to the clinic

Å MHRA -endorsed non -clinical, CMC and 
clinical development strategy for lead 
IǳƴǘƛƴƎǘƻƴΩǎ ǇǊƻƎǊŀƳΣ ǘǊŀŎƪƛƴƎ ǘƻǿŀǊŘ 
FIH in 2027

Å CTA-enabling studies ongoing for HD 
and ALS programs

Proprietary gene editing technology 
& platform opportunities

Å Safe, non -viral delivery to the CNS of an 
exclusively licensed CRISPR/Cas9 
technology

Å CNS and non -CNS partnership 
opportunities across editing modalities 
(e.g., base and prime editing)

Unrivalled IP estate & backed by 
leading investors and partners

Å Broad and deep IP estate covering 
pipeline and platform technology

Å Backed by leading investors and 
partners, including Orbimed , Redmile, 
OSE, GV, BlueOwl , Invus , Lilly & others

Advancing a pipeline of best - in -disease neurodegeneration assets
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Led by an experienced & ambitious leadership team 

Per Lundin , Ph.D., MBA
CEO & Co -Founder

Å Serial biotech 
entrepreneur; co -
founded Evox, cell 
therapy company 
IsletOne  (exited), 
etc.

Å Experienced director 
on public, private, 
and charity boards

Å Qualified European 
patent attorney

Dave Carter , Ph.D.
VP, Research

Å Previously Professor 
at Oxford Brookes 
University 

Å Published 50+ peer -
reviewed articles

Å Co-founded the UK 
Society for 
Extracellular Vesicles

Bob Higton
VP, Finance & Operations

Å Certified accountant

Å Previously at 
Circassia 
Pharmaceuticals 
where he helped 
scale the company 
and worked on 
multiple acquisitions

Å Auditor at Grant 
Thornton 

Kerry Jaycock
VP, People & Culture

Å 20+ years of HR 
experience

Å Previously Head of 
HR at Immunocore 
and Centrica

Å Chartered Member 
of the Chartered 
Institute of 
Professional 
Development

Å Board -certified 
physician scientist

Å Specializes in 
genetically driven 
neurodegenerative 
diseases (HD, ALS)

Å Current CMO at 
Trace

Å Former experience 
at Wave, Triplet, 
Sanofi

Irina Antonijevic , 
M.D., Ph.D.
Consultant CMO

Å Extensive track 
record of developing 
novel modalities, 
including oncolytic 
viruses, AAV, 
biologics 

Å Formerly at 
Replimune , Amgen, 
Celltech  

Colin Love , Ph.D.
CMC consultant
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Supported by leading scientific & medical pioneers

Matthew Wood, Ph.D., FMedSci
Evox Co -Founder

ÅProfessor of Neuroscience and Deputy Head of 
the Medical Sciences Division, Oxford University

ÅhƴŜ ƻŦ ǘƘŜ ƻǊƛƎƛƴŀǘƻǊΩǎ ƻŦ ǘƘŜ ŜȄƻǎƻƳŜ ŦƛŜƭŘ ϧ 
leading genetic medicines researchers 

Sarah Tabrizi, M.D., Ph.D., FRS, FMedSci

ÅProfessor of Neurology at University College 
London (UCL) 

Å5ƛǊŜŎǘƻǊ ƻŦ ¦/[ IǳƴǘƛƴƎǘƻƴΩǎ 5ƛǎŜŀǎŜ /ŜƴǘǊŜΣ 
Group Leader at the UK Dementia Research 
Institute at UCL 

Fyodor Urnov, Ph.D.

ÅProfessor of Molecular Therapeutics and 
Scientific Director at the Innovative Genomics 
Institute (IGI), University of California, Berkeley

ÅGenome editing trailblazer focused on expanding 
the use of CRISPR -based therapies into a range 
of diseases

Samir El Andaloussi, Ph.D.
Evox Co -Founder

ÅProfessor of Biomolecular Medicine and 
Advanced Therapy at the Karolinska Institutet

ÅRecognised leader in exosome -based therapies 
and RNA medicines

Michael Benatar, MBChB, MS, DPhil

ÅProfessor of Neurology at the University of Miami 
Miller School of Medicine

ÅWalter Bradley Chair in ALS Research, Executive 
Director of the ALS Center, Miller School of 
Medicine

Robert Langer, Sc.D.

ÅProfessor of Chemical and Biomedical 
Engineering at the Massachusetts Institute of 
Technology

ÅDavid H. Koch Institute Professor: one of nine 
LƴǎǘƛǘǳǘŜ tǊƻŦŜǎǎƻǊǎΣ aL¢Ωǎ ƘƛƎƘŜǎǘ ƘƻƴƻǳǊǎ
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Our ExoEdit ®  technology enables broad, 
safe and transient CNS exposure

Compatible with different 
editing modalities

Proprietary pipeline leverages 
CRISPR/Cas9; PoC obtained with 
additional editing technologies

Scalable manufacturing

Transient upstream process and 
scalable downstream provides for 
excellent manufacturing 
economics

Transient editor exposure & 
safe CNS delivery

ExoEdit ® delivery of CRISPR/Cas9 
yields 1,000 -fold higher editing 
efficiency than LNPs, with only 
transient exposure
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High editing efficiency and broad cell - type tropism of our 
ExoEdit ®  technology unlock many CNS disease targets

Å ExoEdit ® delivers >3 - logs higher potency in vitro and  in vivo, compared to state -of - the -art 
LNPs  

Å Unlike competitive non -viral delivery technologies, ExoEdit ®  achieves  broad cell type tropism in 
the CNS with extensive bioactive delivery to neurons

Broad cell type tropism in the CNS

50 -fold higher dose 
compared to ExoEdit ®

ExoEdit ® delivery achieves >20 × higher in vivo TTR 

editing in the CNS than LNPs, at 1/50 th  of the dose
ExoEdit ® achieves far superior in vitro 

editing of ATXN2 compared to LNP

3-logs ExoEdit ®

LNP



Target Preclinical IND -enabling First - in -human

Proprietary pipeline

IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜ MSH3

Amyotrophic lateral sclerosis ATXN2

Partnered pipeline

Rett syndrome MECP2
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20272026

Pipeline focused on genetic neurodegenerative disease targets, 
for which a localised gene edit is the optimal intervention

V MSH3 requires genomic DNA edit to drive pharmacology and avoidance of systemic exposure

V Deep and durable downregulation of ATXN2 is key to disease -modification in ALS

V Widespread CNS pathology and need for safe repeat administration of base editor crucial for Rett syndrome
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From core neurodegeneration programs to broad platform 
opportunities

Current pipeline

IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜ
Genetic target: MSH3

Amyotrophic lateral sclerosis
Genetic target: ATXN2

Product extension

Genetic target: MSH3
DM1, SCA1, SCA3

Genetic target: ATXN2
SCA2, FTD

Future platform expansion

Other CNS indications

Non -CNS opportunities

Expansion opportunities for de -risked assets

Progressing our current pipeline of neurodegenerative disease programs

Expanding within & beyond the CNS
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MSH3 program for HD
Genetically validated target of somatic expansion 
ǿƛǘƘ ǘǊŀƴǎŦƻǊƳŀǘƛǾŜ ǇƻǘŜƴǘƛŀƭ ƛƴ IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜ
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IǳƴǘƛƴƎǘƻƴΩǎΥ ŀ large, defined, and underserved population 
with a best - in -disease opportunity

Target : Downregulation of MSH3 has been 
shown in human GWAS and preclinical 
studies to stop somatic expansion and drive 
disease -modification in HD

It has potential applicability also in other 
trinucleotide repeat diseases ( e.g . DM1, SCA1 
and SCA3)

MSH3

Å IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜ όI5ύ ƛǎ ǘƘŜ Ƴƻǎǘ ŎƻƳƳƻƴ 
autosomal dominant neurodegenerative disease

Å ~70,000 patients across the U.S. and Western 
Europe

Å Typically manifests in patients between ages
30 -40 with expected lifespan of 15-20 years

Å Results in:

Å Uncontrolled movements

Å Difficulty walking, talking, and swallowing 

Å Cognitive decline 

Å No disease -modifying treatments despite decades 
of attempted development of HTT ςtargeted drugs
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ExoEdit ®  CNS-localized editing is the ideal approach to 
lowering MSH3 expression

MSH3 is the key HD target

Å GWAS identify MSH3 as the primary 
genetic driver and modifier of HD

Å Stronger genetic and mechanistic evidence 
vs PMS1 or FAN1, with favourable safety

Å MSH3 KO drives greater correction of 
mHTT  aggregation in vivo vs other targets

Genome editing: the optimal modality 

Å ǎƛwb!κ!{h ŎŀƴΩǘ ǎƛƭŜƴŎŜ ƴǳŎƭŜŀǊ a{Iо 
mRNA, allowing somatic CAG expansion

Å Systemic MSH3 inhibition is linked to 
colorectal cancer risk

Å MSH3 protein ςprotein/DNA interactions 
make it a hard -to -drug target

ExoEdit ® approach enables:

Å CNS-restricted delivery with high striatal 
and cortical exposure

Å Treatment targeted to key brain regions 
while avoiding peripheral tissues

Å Removal of all MSH3 mRNA species, 
leading to deep knockdown

MSH3 KO is more effective than PMS1 KO in 
correcting mHTT nuclear aggregation in vivo

Adapted from Wang et al.,2025 Adapted from Koi et al., 2024

Normal colon tissue Tumour tissue

MSH3 mutantMSH3 positive

Systemic MSH3 loss leads to colorectal 
tumorigenesis 

Deep reduction in MSH3 levels in iPSC -
derived neurons

MSH3

https://www.cell.com/cell/fulltext/S0092-8674(25)00100-X
https://www.nature.com/articles/s41698-024-00511-2
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L/±κL/a ǊƻǳǘŜ ƻŦ ŀŘƳƛƴƛǎǘǊŀǘƛƻƴ ƛŘŜŀƭ ŦƻǊ IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜΣ 
with IP as clinically well -established alternative

MSH3

Å NHP BioD  study confirms strong exposure to key 
disease -relevant brain regions

Å Editing efficiency prediction in NHPs at 60 -95% 
depending on RoA

Key HD -affected brain regions

IP administration ICV administration

%ID/cc22h %ID/cc24h

3D MIPS PET/CT images at 1 day post IP and ICV injection, respectively, of radio -labelled exosomes.

Striatum

Cortex

Motor cortex

Å Cynomolgus NHPs dosed intracerebroventricularly (ICV), intraparenchymally  (IP) or via intra -cisterna 
magna (ICM) with radio -labelled exosomes tracked using PET/CT

Å Comprehensive coverage of the striatum and the cortex via both ICV/ICM and IP, with editing 
projections  indicative of therapeutically relevant dose levels
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MHRA -endorsed development plan for HD tracking toward first -
patient -dosed by 2027

Å Non -clinical, CMC and clinical development strategy fully endorsed by UK regulator MHRA

Å Europe -first clinical plan focused on EU/UK; US IND filed after EU/UK trial initiation

Å MHRA endorsement for platform development approach for follow -on ATXN2 program for ALS
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MSH3

H1 2026 H2 2026 H1 2027 H2 2027 2028 2029

CTA-enabling 

Manufacturing

Clinical 

NHP PK/PD and GLP tox

Tech transfer | Eng batch | Mfg  and GMP batch release 

UK/EU phase 1/2 FIH
CTA prep 
and filing

US phase 1/2 FIH
IND prep 
and filing
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ATXN2 program for ALS
Key driver of TDP43 pathology in sporadic ALS
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Deep and durable ATXN2 reduction key to addressing TDP -43 
pathology in sALS

ATXN2

EVX -AG01  achieves full KD of the ATXN2 
gene in iPSC -derived neurons

A differentiated TPP focused on achieving deep neuronal KO; EVX -AG01 reaches >90% ATXN2 protein 
reduction in human iPSC -derived neurons

Å 97% of ALS patients exhibit cytoplasmic aggregation of TDP -43, but direct TDP -43 downregulation is not feasible due 
to its critical role in RNA metabolism 

Å ATXN2  is a validated genetic modifier of TDP -43 and deep silencing of ATXN2 has been shown repeatedly to modify 
disease and extend survival in animal models of ALS

Å !¢·bн Ƙŀǎ ōŜŜƴ ǘŀǊƎŜǘŜŘ Ǿƛŀ !{h ƪƴƻŎƪŘƻǿƴ ŀǇǇǊƻŀŎƘŜǎ όŜΦƎΦ .ƛƻƎŜƴΩǎ .LL.млрύΦ BIIB105 Ph1/2 was terminated due to 
modest ATXN2 protein reduction, which was significantly lower than the KD required to see phenotypic 
improvement preclinically
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Excellent exposure to ALS -relevant brain regions via ICM in 
NHPs, indicative of therapeutic levels in humans

3D MIPS PET/CT images at 1 day post ICM injection of radio -labelled exosomes. 
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Subject 1001 Subject 1002

%ID/cc24h %ID/cc24h

ATXN2

Å Strong exposure to key disease -relevant areas

Å Editing prediction based on biodistribution at >85%

Å Editing of ATXN2 in 20 -30% of motor neurons is 
expected to provide a therapeutic benefit in ALS 

(PMID: 40562771 , PMID: 37838698 )

ALS -affected brain regions

Cortex

Motor cortex

Brainstem

Spinal cord

Å Cynomolgus NHPs dosed intra -cisterna magna (ICM) with radio -labelled exosomes tracked using PET/CT. 
Widespread CNS distribution observed with exposure levels in the brain and along the spinal cord 
indicative of therapeutic dose levels in NHPs and humans

Å Editing efficiency prediction in NHP based on biodistribution at >85% across key ALS brain regions

https://pubmed.ncbi.nlm.nih.gov/40562771/
https://pubmed.ncbi.nlm.nih.gov/37838698/
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CMC & PLATFORM
Manufacturing development de -risked; broad 
platform capabilities beyond CRISPR/Cas9



Strong analytics underpins release & guides development
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Standardized & scalable manufacturing established and 
currently in tech -transfer to CDMO

Transient, robust suspension upstream

Conventional & scalable downstream

Å Robust serum -free suspension culture 
with high product titres

Å In-licensed cGMP HEK293 cell line with 
well -established regulatory dossier

Å Scalable DSP seamlessly connecting 
R&D and cGMP manufacturing

Å Conventional methods used widely in 
biologics and viral vector manufacture

Å Unique single -
particle analytics 
for product & 
process 
development 
and release

Robust potency
assay established

CQA consistency
across batches



Prime editorsBase editorsCRISPR Cas9/Cas12Meganucleases
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ExoEdit ®  is a versatile technology for multiple generations of 
genome editing modalities

De -risks partnering and future programs using other cargo types
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SUMMARY



Platform 
opportunities

Å Potential to leverage 
ExoEdit ® platform 
against other CNS 
targets

Å Opportunity to unlock 
extrahepatic genome 
editing

Manufacturing & 
CTA-enabling

V Tech transfer of 
manufacturing 
process to CDMO in 
2025

Å CTA-enabling NHP 
PK/PD studies 
ongoing (2026 
completion)

Å Single -species GLP 
tox studies starting 
late 2026/early 2027

Å First HD patient dosed 
in 2027

Non -clinical & 
regulatory

V NHP biodistribution 
& exposure data 
delivered in 2025

V Full endorsement 
from the MHRA 
across non -clinical, 
CMC & clinical for 
FIH in 2025

Å Pre-IND meeting with 
the FDA in Q2 2026

Candidate 
selection

V ATXN2 candidate 
selected in 2025

V MSH3 candidate 
selected in 2025
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Multiple value inflection points across ATXN2 and MSH3 
programs, combined with platform expansion opportunities
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Rewriting the narrative of CNS diseases 
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Å A rapidly advancing pipeline of compelling, de -risked genetic 
targets

Å CNS-localised edit of the MSH3 gene stops somatic expansion in 
IǳƴǘƛƴƎǘƻƴΩǎ ŘƛǎŜŀǎŜ ŀƴŘ ƻǘƘŜǊ ǘǊƛƴǳŎƭŜƻǘƛŘŜ ǊŜǇŜŀǘ ŘƛǎƻǊŘŜǊǎ

Å Knock -out of the ATXN2 gene drives deep ataxin -2 protein 
reduction and TDP43 modulation in sporadic ALS

Å Expansion potential by leveraging proprietary ExoEdit ® 
platform, combining a next -generation gene editing technology 
and a de -risked, non -viral delivery system

Å A driven and experienced management team, lean UK -based 
operations, an unrivalled IP estate, and a strong existing 
syndicate enable Evox for industry -leading success 

Å Numerous paths to a near -term value creation, with strong 
strategic alignment with neuroscience and genetic medicine 
focused biopharma
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Evox Therapeutics Ltd
Medawar Centre
Oxford Science Park
Oxford, UK

per.lundin@evoxtherapeutics.com

evoxtherapeutics.com


