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GoOALS is a large-scale research initiative set up to achieve a

breakthrough in the cure for ALS

We are a large ALS research program and
European integrator based at the ALS
Research Centre in the Netherlands, with
leading scientists and full array of translational
capabilities

We connect cutting-edge research from
genetics and disease modeling to clinical trials
in a program-based approach to accelerate
breakthroughs towards new treatments

We aim to find a cure for ALS, PSMA, and
PLS by accelerating therapy development
through cross-borders and interdisciplinary
collaboration within research and with industry
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What makes GOALS unique

We are a fully integrated platform uniting patients, funding,
and interdisciplinary research — from fundamental genetics
to clinical trials research — with complete coverage of the ~450
new Dutch ALS patients annually

We are led by top-tier scientists and are headquartering
European initiatives, attracting top talent, funding, and >15
industry partnerships by 2025

We integrate genomics, proteomics, transcriptomics, clinical
data, and biobank resources from over 20.000 patients to
uncover biomarkers, map disease progression, and fuel
cutting-edge research
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We are leading the field with scalable organoids and ALS-
on-a-chip technology, paired with simple models to
revolutionize drug discovery and overcome animal model
limitations

We deliver end-to-end trial services — including design, rapid
execution, patient recruitment, and innovative outcome measures
(e.g., biomarkers, CMAP, EEG) — and headquarter TRICALS,
Europe’s leading ALS trial platform with 60+ centers

We have a strong funding base from philanthropy, incl. the ALS
Foundation, and government research grants to guarantee our
continued commitment while driving asset valorization for long-
term sustainability



We integrate research across the full drug development journey GoALS
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Unravel genetic relations of ALS Enable high-throughput drug Advance drug candidates from first-
connected to biological pathways for screening and candidate selection in-man studies to regulatory-grade
therapeutic impact, using: by models reflective of unique clinical trials, through:

e Superpedigrees pathways, including: e Biomarker and outcome measures
e Genome-wide association studies * iPSC and trans-differentiated cells research

e ALS tissue maps * Organoids & Neuromuscular models ¢ Clinical trials execution

Jan Veldink

Head of the genetics labs at
UMCU

Jeroen Pasterkamp

Head of the Translational
Neuroscience department

Leonard van den Berg

Chair of TRICALS &
ENCALS




We offer assets from drug discovery to clinical trials
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Whole Genome Sequencing capabilities Variety of complex patient-derived models and Clinical trial expertise to design trials, incl. compliance,

and analytical methods to discover genetic readouts to uncover MoA, incl. cerebral organoids protocols, location and patient selection, outcomes

patterns and drug targets, with a capacity of and neuromuscular models measures, clinician training

up to 500 genomes per month at a High-throughput platforms and readouts to Network and facilities to execute trials from patient

competitive price screen compounds before clinical testing, e.g., 2D recruitment to outcome measurement, leveraging
cultures, automated live imaging TRICALS

Deep expertise to develop custom models and
readouts based on your specific needs

[
. oi Multi-layered database of >20.000 patients and controls, from genetics (e.g., WGS, proteomics, transcriptomics) to
P longitudinal clinical observations (e.g., biomarkers, NfL, EEG, etc.), to identify new gene targets, discover and confirm
e novel biomarkers, and precisely select patients for follow-up research or to optimize clinical trial patient stratification
EE—

Accompanying biobank to support precision follow-up research on insights from the multi-layered database using our

preclinical and clinical assets, incl. a wide array of iPSC and trans-differentiated cell lines for several ALS related

mutations, biopsies, and other tissues



Across these assets there are several ways we can collaborate GoN\LS

Advanced data
insight generation

Drug discovery and
development

Biomarker
discovery

Clinical trial design,
setup and execution

We generate custom insights for pharma, biotech, and research partners based on our
multi-layered database of >20.000 patients and controls, from genetics (e.g., WGS,
proteomics, transcriptomics) to longitudinal clinical observations (e.g., biomarkers, NfL,
EEG, etc.)

We collaborate on joint drug discovery based on our database and in-depth expertise
and can provide initial screening of individual drugs with organoids, iPSC-derived
systems, and ALS-on-a-chip models, with custom screening setup that can be made
from the accompanying biobank

We offer a broad portfolio of biomarkers, including NfL, TDP-43, oxidative stress
markers, extracellular vesicles, digital biomarkers (EEG, voice, motor data), and
advanced imaging (MRI/MRS).

We / TRICALS are the leading European solution provider for ALS clinical trial
design, setup (patient selection, site selection) and execution of clinical trials,
ensuring 30% faster trial setup and high-quality results



Our assets: the largest integrated dataset and
biobank of its kind :
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Dataset of >20.000 records of patients and healthy controls
with accompanying biobank that includes:

* Genetics: WGS, transcriptomics, proteomics, and others

* Phenotypes: age, sports history, nutritional patterns and others
* Environmental factors: sports history, food lists, and others

¢ (Clinical trial data: EEG, ECG, NfL levels, and others

* Accompanying biobank: skin tissue, blood, biopsies, brain tissue,
and others.

* Advanced insights into disease mechanisms and patient
stratification from a uniquely integrated ALS dataset (>20,000
patients/controls) combining genomics, biomarkers, imaging, and
longitudinal clinical data.

* De-risked and accelerated trials through validated biomarkers,
patient stratification, and Europe-wide access via the TRICALS
network.

* Faster path to approval with evidence that supports regulatory
acceptance and high-quality trial outcomes.
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Priority access to newly
sequenced whole-genome
data of ~1500 patients with
selected characteristics to
discover novel therapeutic
targets

Retrospective
measurements on serum
of ~2400 patients with
specific ALS-associated
mutations to identify novel
biomarkers



How we are organized

Leonard van den Berg
GOALS
Chair & Principal Investigator

Rita Machado dos Santos
GOALS
Innovation & Valorization Manager

Suzanne Koch
GOALS
Program Manager

GoA\LS
), Jan Veldink Jeroen Pasterkamp
GOALS { GOALS
Chair & Principal Investigator Chair & Principal Investigator

Danielle Counotte
Utrecht Holdings
Business Developer

Joana Machado dos Santos
GOALS

Strategic Partnerships Manager
GOALS & Project MinE

Together with >20 Postdocs and senior researchers
working at the ALS Centrum
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Feel free to contact me at a.rrmachadodossantos@umcutrecht.nl.
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