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Elements of unmet medi need found in definitions

Alternative Disease
Treatments Severity

Number available Individual
Number accessible unmet
Remaining morbidity medical
Benefits over alternatives need

Severity of the disease
Burden of disease
End-of-life criteria

Societal
unmet
medical
need

Incidence
Prevalence
Orphan designation

Patient Population

Vreman RA, Heikkinen |, Schuurman A, et al. Unmet medical need: an introduction to definitions and
stakeholder perceptions. Value Health. 2019;22:1275-82. https://doi.org/10.1016/j.jval.2019.07.007.
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Regular drugs development process

Research Development Post-marketing
=0 FEELETICAL CLINICAL TRIAL a2 on
RESEARCH STUDIES : AUTHORIZATION MARKET
phase I Da.sg:‘r::i?rg"and Cohﬁf:rt'.a?:z L;_!ﬁcacy ROST-MARKETING
Safety studies EgIan? i
ey e efficacy studies and safety studies SURVEILLANCE (phase 1V)

Time period for approval

Accelerated approval process

MA

MARKETING

BASIC
RESEARCH

PRECLINICAL
STUDIES

ON
MARKET

AUTHORIZATION

on the basis of
surrogate endpoints

CONFIRMED
OR
WITHDRAWN

ON
MARKET

CLINICAL
TRIAL

Time period for approval

|

Confirmatory
studies

POST-MARKETING SURVEILLANCE (phase IV)

Early Access Programs

Front. Pharmacol., 13 February 2019 |
https://doi.org/10.3389/fphar.2019.00111
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The fundamentals and potential of translational medicine in healthcare

W

Basic TRANSLATIONAL MEDICINE Clinical
Research Practice

Em ‘\ S

Medical testing

\.
- -
- ~

Volume 13 in Advances in ubiquitous sensing applications for healthcare

? Translational Bioinformatics in Healthcare and Medicine e
https://doi.org/10.1016/B978-0-323-89824-9.00002-1
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The process from genetic sequencing of patients to enrollment on genotype-matched clinical trials.

Examples of
challenges

Possible
solutions

Attrition of patients from beginning of molecular profiling to genotype-drug matching

il

Patient accrual

Patient factors:
medical, logistics

Appropriate
patient selection,
navigators,
efficient consent
and IRB
aprocesses

drugs
MTB, molecular tumor board; IRB,institutional review board; NGS, next-generation sequencing °

i~ e

Il

T —

Sample collection

Inadequacy of
samples for
profiling

Improvement in
sample collection
and processing,
liquid biopsies

Molecular

diagnostics
— =
ATGC ——
GCAT

—» | ==

= ———

Laboratory Variant

operations interpretation

Technical issues Challenges

of NGS and with variant
other assays interpretation
Advances in Integrated
technology knowledge

including limits ~ bases, artificial
of detection and  intelligence tools
coverage depth  for automation

Clinical utility
Low rate of Lack of access
actionable

Expansion
availability

to MTE e.q.
virtual MTB

identification

, ,ﬁ , ) Trial Y
Tnallm

Clinical
interpretation

Physician factors:
busy clinics, lack
of genomic
understanding

Mavigators and
tools to help
physicians
manage profiling
results

Trial matching

Lack of access to
dr‘ugs or clinical
trials

Increase number
and access to
precision medicine
trials; easier
access to approved
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