ALS Side Event - Session 3:

Action at European level
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Why are rare brain diseases important?

Rare Diseases§8rain Diseases

75% of rare diseases have neurological
symptoms

Rare brain diseases involve complex
genetic, molecular, or cellular
abnormalifies.

Amyotrophic Lateral Sclerosis (ALS),
Huntington's Disease, Ataxia, Dystoniq,
Phenylketonuriq, ... are just a few
examples, and there are many more RBDs
that impact individuals and their families.

Multidisciplinary care and health
digitization are the cornerstone of RBDs
management
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Challenges linked to ALS

« Societal

In Europe ALS about 50.000 individuals of middle age are affected by ALS
=> Adapted care along the patient pathway as the disease evolves
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Challenges linked to ALS

« Scienfific
o o Innovative clinical approaches
o C | I n I C O | to improve disease outcomes in

a high unmet need population

Novel and improved policies
Scientific difficulties

Economic incentives
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Incentives

Clinical risks

Economic challenges
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Risks

Consequences: a higher risk of clinical trial failure,
discouraging R&D investment in ALS Ot



Addressing treatment gaps set the case for
renewed European action on rare diseases

EBC RESEARCH PROJECT - THE VALUE OF TREATMENT FOR BRAIN DISORDERS IN EUROPE

BRAIN COMMUNITY
JOINS CALLS FOR
A RENEWED EU
ACTION PLAN ON
RARE DISEASES

VOT @EBC

Value of Treatment: 2nd Round — European Brain Council (EBC)

Treatment gaps along the care pathway

Prevention Diagnosis Follow up

(1] @) Patient Pathway

Screening Treatment

p Low insight into pathological mecanisms,
delayed detection and diagnosis

p> Barriers to access specialized care and
treatment options

p Uncoordinated care, discontinuity, drop-outs
P High prices and lack of reimbursement
p Lack of knowledge raises concern to health

professionals

P Limited sharing of best practice and expertise
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https://www.braincouncil.eu/projects-and-initiatives/vot2/

Bringing Al at home for Better care of
Amyoirophic Lateral Sclerosis (ALS) patients

-Developing predictive/ preventive Al models for patient stratification and
disease progression

-Using these models in real life to inform patients, help clinical decision making,
simulate in silico trials, and provide personalized medicine suggestions

KNOWLEDGE ENHANCEMENT HOMECARE
Dissemination, open science, PROACTIVE Data generation from
International collaborations COMMUNICATION / INTERVENTION mobile/ sensor devices,

Patient information, alert systems questionnaires, tests..

HEALTHCARE

Al EMPLOYMENT

PATIENT

Patient stratification, PROFESSIONAL DATA COLLECTION
disease progression Privacy, cybersecurity,
prediction, biomarkers data ownership
identification CLINICAL ACTIONS
Data-driven support to
clinical decisions,
treatment planning
. HORIZON
x! !x Brainteaser 2020 SOFTWARE as MEDICAL DEVICES DATA PREPROCESSING

Compliant protocols, certifications Quantitative continuous EBC
descriptors and outcomes European Brain Council




Necessary collaboration amongst all
stakeholders

Researchers PLWALS and PAGs

Healthcare
professionals

Payers

Policymakers Pharmaceutical industry

The EU ALS Coalition published its Policy Paper with policy recommendations, for
improving the diagnosis, care and prognosis of PLWALS OFRe




Brain Innovation Days
26-27 October 2023, Brussels

Innovation




Thank you

=\
/\

European Brain Council



