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AcTtivism versus advocacy
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PHASE I

SAFETY &
EFFICACY
EVALUATION

PHASE Il

CONFIRMATION
IN A LARGE
SERIES
OF
PATIENTS

PHASE IV

POST APPROVAL
SAFETY
&
EFFICACY



DRUG DISCOVERY . PRECLINICAL CLINICAL TRIALS

FDA REVIEW |LG-SCALE MFG

5,000 - 10,000

COMPOUNDS
ONE FDA-
APPROVED
DRUG
PHASE PHASE PHASE
1 2 S

POST-MARKETING SURVEILLANCE

NUMBER OF VOLUNTEERS
20-100 100-500 1,000-5,000

6 - 7 YEARS

PRE-DISCOVERY

SUBMITTED

IND SUBMITTED

PHASE 4.

3 - 6 YEARS 0.5 - 2 YEARS

NDA

~ 60% of Oncology Trials Fail in Phase llI



Blockbuster drugs
targeted at broad
population segments
On average, 50% of
patients do not have
desired therapeutic
outcomes
Significant adverse
events
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Drugs targeted at
subgroups of patient
population

Genomic profiles
determine segmentation
and therapy

Best possible
therapeutic outcome
with minimal adverse
events

Delivering
To the right patient
At the right dose
At the right time

Adapted from AptivSolutions 2013 ASA Webinar




Traditional Clinical Trial

* Tests each intervention using defined study
protocols held constant during trial.

* Qutcomes analyzed at end of trial- years after
trial began. Reasons for failure often unknown.

**Design amendments can cost $500,000 in direct
costs and 60 days to implement

Global Adaptive Learning System

* Continuous learning system. Outcomes are
analyzed throughout the trial to inform next
steps.

* Flexibility in design helps address uncertainty
about original choices for trial parameters.

* Drugs are not deemed ineffective until the
conclusion of the study is reached.

* Ineffective drugs can be dropped quickly
** Early study terminations could save $100-
200million

One new drug is usually tested per trial.
Phase Il testing for one drug costs ~$29 million

*  Multiple new drugs tested using only one
standard arm for comparison over the course of
the trial

* InI-SPY2, Phase Il testing for multiple drugs
cost $43 million over 6 years

The success of the study depends on the
accuracy of the original assumptions.

Small molecule drugs have a 38%, and large
molecules have a 53%, success rate from Phase
Il to Phase llI

e Drugs graduate to Phase Ill when they meet a
threshold of 85% for predicted likelihood of
success




Your brief is to challenge, add, subftract,
change, improve. Discuss how this works or
could work within your country or region.

ou would need to make it happene




You have 15 minutes in your group
> Derson needs to present back major




