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Patient perceptions and expectations of Paediatric UMN

Social & Regulatory perceptions and expectations
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Perception of Paediatric UMN
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Perception of Paediatric UMN
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Patient Expectations
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Patient Expectations - Questions

Can we agree on the element?
Availability / Accessibility of treatments (or effectiveness)

disease severity or burden
patient population size

Innovation factor, cost of existing technologies, Pediatric or OD, Therapeutic Areas,
or Specific disease Area, Pead Cancers, neonatals, NMDs ...
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Patient Expectations - Questions

Can we quantify ?
Trying to quantify it depends on the Scope and the Framework:

High unmet need, Unmet need, therapeutic need, patient access, health
technology assessment, regulation, technology development, reimbursement...
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Everyone is in this discussion for different Reasons, Interests and Positions

 What factors should be considered upstream to enable downstream decision making?
» Are different Regulatory, HTA and Reimbursement pathways required?
* Do we need to rethink the Research/Investment Criteria and Prioritization?

e Can we build together an alignment blueprint between stakeholders?
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How far we are ?

Amyotrofe Lateraal Sclerose (ALS)
Pancreaskanker BRCA+
Duchenne spierdystrofie
Acute lymfoblastische leukemie (ALL)
Acute myeloide leukemiee (AML) FLT3 positieve
Recidiverend en/of gemetastaseerd plaveiselcelkankers van het hoofd-.
Ernstige bloedingen en coagulopathie met fibrinogeendeficiéntie
Osteogenesis imperfecta
Gemetastaseerd borstkanker ER+/HE R 2- 5 s o s S s —
Gemetastaseerd borstkanker BRCA+
Recidiverende of refractaire Chronische Lymfatische Leukemie met 17p.
Niet kleincellig longkanker (L2)

Lysosomale zure lipase deficiéntie :
Sporadic inclusion-body myositis (sIBM) !

Alzheimer j#
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Chronische hepatitis C bij patiénten met chronische nierziekte stadium 4/5 u life threatening
Alpha-1 antitrypsine deficiéntie (AATD) result
Clostridium difficile infecties (preventie van de recidieven) B QOL result
Hidradenitis Suppurativa

Hypoparathyroidie

2 4 6 8 10 12
DrRi de Ridder, Fomer Director RIZIV-INAMI g BELGIUM

A Survey of Stakeholder Perceptions on Evidentiary Requirements Alignment ?
Building Synergy between Regulatory and HTA Agencies beyond Processes and Procedures—Can We Effectively Align the
Evidentiary Requirements? . Wang T, McAuslane N, Liberti L, Leufkens H, Hovels A. Value Health. 2018 Jun;21(6):707-14.
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Conclusions

A holistic approach is needed
Promote alignment on UMN

Agree on the Elements

Align on the scope and the framework
Quantify and measure UMN

Build an applicable framework and predictable pathway
where drug development meets the UMN

WORLD DUCHENNE ORGANIZATION



THANK YOU!

ATHANASIOU DIMITRIOS, BA, MBA, World
Duchenne Organization / UPPMD Board
Member, EMA PDCO Member
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Thank you!

DIMITRIOS ATHANAS/OU
WORLD DUCHENNE ORGANIZATION
RARE DISEASES GREECE

0000

»**, | Co-funded by
*, .« | the European Union

*
* 2

ERDERA has received funding from the European Union’s Horizon Europe research and innovation
programme under grant agreement N°101156595.

Views and opinions expressed are those of the author(s) only and do not necessarily reflect those of the
European Union or any other granting authority, who cannot be held responsible for them.


https://www.facebook.com/ERDERAeu/
https://www.instagram.com/erdera_org/
https://x.com/ERDERA_org
https://www.linkedin.com/company/erdera/

	Slide 1: DIMITRIOS ATHANASIOU   WORLD DUCHENNE ORGANIZATION RARE DISEASES GREECE PCWP EMA
	Slide 2
	Slide 3
	Slide 4
	Slide 5
	Slide 6
	Slide 7
	Slide 8
	Slide 9
	Slide 10
	Slide 11
	Slide 12
	Slide 13
	Slide 14
	Slide 15: Thank you!

