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Bridging the Gap and Strengthening
Care Through Industry Partnerships

Sarah Weatherspoon, MD
Le Bonheur Children’s Hospital, Associate Chief of Child Neurology
University of Tennessee Health Science Center, Associate Professor of Pediatrics
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* Neurelis, Speaker, Advisory Board
» UCB, Speaker

» UpToDate, Reviewer

* Elsevier, Contributor
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The Elephant in the Room...
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Drug/Therapy
Development:
Clinician-scientists
need industry to
help patients.
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Industry needs
Clinician-scientists to

help patients.

All in Pursuit of Novel Therapies (32025

Patient Advocacy Organizations

Regulatory Agencies

Industry

Academia

Nonprofit Organizations
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The scale and complexity of today's biomedical
research problems increasingly demand that
scientists move beyond the confines of their
own discipline and explore new organizational
models for team science.... novel
partnerships, such as those between public
and private sectors, will be encouraged to
accelerate movement of scientific discoveries

from bench to bedside.
-Elias Zerhouni, NIH roadmap (2003)

Clinicians Partner Across All Sectors
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Drug Development Takes Time & Money

Target ~ Compound ~ Lead  Predinial = o ., Phase 11 Phase 11T Approval
validation screening  optimization test to launch
Cycle time  ~ 1.5 year ~ 1.5 year ~15year ~1year ~15year ~2.5 year ~2.5 year ~ L5 year
% Cost per NME ~3% ~6% ~17% ~7% ~15% ~21% ~26% ~5%
Probability of success ~66.4% ~48.6% ~59%

@ ' ~3 ;
>10,000 ~250 (U0 candidates: m—

candidates § candidates JEUidate
Phase 11 & Phase 111 Dose, Efficacy, Toxicity

Phase | PK, Dose escalation, Toxicity
SAR, Drug-like properties, Solubility

L Permeability, ADME, Plasma PK
Lead optimization Efficacy, Toxicity

Compound screening Visual screening, HTS
Sun et al. Acta Pharm T'arget validation Discase models, Target identification, Target validati
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Consortiums Act as Intermediaries

ALLIES IN RESEARCH

PEDI/\TRIC EPILEPSY

RESEARCH CONSORTIUM

Advocacy Organizations Connect
Industry, Patients, & Clinicians
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CNF’s Commitment
» Support the disability community through early Navigating Insurance , /ﬁ/
access and increased awareness of genetic testing f”v (7{"’47/ w0

Caregiver Course

Collaborative Approach

» Co-designed educational content with GeneDx for
both families and clinicians

» Partnering with two additional advocacy
organizations + GeneDx Director of Marketing

» Expanding resources to fill education gaps across
organizations

Key Principles
» Unbranded educational content
» Focus on equity, awareness, and accessibility

Where Do We Go From Here?
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CONNECTION COLLABORATION EDUCATION PATIENT PROGRESS
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