Patient Preference in the Total
Product Life Cycle (TPLC)
Patient preference data can be pre‐market and post‐
market data. Discuss where in the TPLC patient
preference information can be included to impact/
improve medical devices for the public. Topics to discuss
include clinical trial design, current collaborations, and
novel external approaches.
For the online webcast: Please submit your questions to the panel via the chat box. The
online hosts will be collecting the questions during the session to be brought to the panel
moderator during the panel discussion.
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Patient Engagement Across the Continuum of the
Life Cycle of a Product and its Associated Studies
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• Provide input on study
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• Recruit study participants

• Serve as a peer advocate
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how the patient
community will view
results
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regulatory actions
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• Help finalize eligibility
• Non‐inferiorty or

superiority study?
•DART & Halo Therapeutics,
e.g. raise seed funding

bray.patrick-lake@duke.edu

criteria within the study
protocol
• Assist in creating the
informed consent form
• Advise study recruitment

•Serve on a Data Safety
Monitoring Board
• Provide recommendations
for revising study protocol if
changes need to be made

•Work with sponsor to ensure study
participants get feedback from study
•Write newsletter articles or blog
about results
• Co‐present results with researcher
at a conference or support group

www.ctti-clinicaltrials.org
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What is Patient Centered Outcomes
Research?
PATIENT-CENTERED OUTCOMES RESEARCH INSTITUTE

Patient-Centered Outcomes Research (PCOR) helps people and
their caregivers communicate and make informed health care
decisions.
PCOR is a type of comparative effectiveness research.
PCOR has the following characteristics:
•Actively engages patients and key stakeholders throughout the
research process.
•Compares important clinical management options.
•Evaluates the outcomes that are most important to patients.
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•Addresses implementation of the research findings in clinical care
environments.

Challenges in Using Patient Preferences for CER

• Outcomes that are important to patients often
require direct reporting (Patient Reported
Outcomes or PROs).
• Validated instruments for PROs are often lacking.
• Studies may require a preliminary phase to
develop instruments.
• Avoid selective use of outcome measures.
• Pre-specify all outcomes in protocol.
• Synthesis of multiple outcome measures can be a
8
challenge.
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Why does a Patient-Centered analysis
matter to innovators?

•

‘First’ generation technology often has benefit/risk ratio that most
patients will value at less than 1, because benefits are small and
risks large.

•

But some patients may have a benefit/risk greater than 1. For
example, patients who could not tolerate open surgery valued first
generation PTCA, percutaneous valves, AAA stent grafts and
carotid stents.

•

Innovators target these patients as their ‘beachhead market’ and
need to know that FDA will agree.
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B/R=1
Benefit/Risk <1

Which patient’s
benefit /risk ratio do we
use as the ‘test’ case
for approval?
Assume in this case,
‘average’ patient
has B/R<1.

Benefit/Risk >1

If we chose ‘average’ patient,
we deny approval. But many
patients who would have used
device will not have access
If we chose more tolerant
patient, we maximize utility
of entire population. Those
below can chose not to
use device.

Number of patients with B/R ratio for a specified therapy

Patient-centered analysis:
Which patient should be the proxy?

•The patient ‘proxy’ for approval for any device should be
any set of rational patients in the indicated population with
a benefit risk ratio greater than 1 (for the outcomes
associated with the device).
•The proxy is not the ‘average patient ‘ or even ‘most’
patients.
•Patients with lower benefit /risk ratios can chose not to use
the device. This maximizes ‘utility’ for the entire population.
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Patient Considerations in Development
Jonathan Morris, Ph.D.
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How do we decide what focus on from a
development perspective?
First priority is to provide safe and effective therapies
to patients.
New therapies must address one or more of the
universal healthcare needs as a first step:
Improve Clinical
Outcomes

Direct impact on patient health and
well-being

Expand Access
Optimize cost
and efficiency

Indirect impact on patient satisfaction via
reduction in overall health care costs
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How do we make this a reality?
Through the Product Development Process

15 |

Panel Questions
• Where do you start in integrating patient preferences?
• How do you integrate patient preferences into clinical
trial design?
• How could patient preference data be collected and
used for post‐market and compliance issues?
• What disease areas or device types are best suited for
the patient preference approach?
• What additional safe guards should FDA consider when
including patient preference information into its
regulatory decision‐making?
• What do you propose as the first steps for the patient
preference approach?
For the online webcast: Please submit your questions to the panel via the chat box. The online hosts
will be collecting the questions during the session to be brought to the panel moderator during the
panel discussion.

