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Housekeeping

• Please note that today’s webinar is being recorded for posting on PCORI’s 

website.

• Members of the public are invited to listen to the teleconference and view 

the webinar.

• Meeting materials can be found on the PCORI website. The recording of the 

webinar will also be made available to the public after this event.

• Anyone may submit a comment through the webinar chat function.

• No public comment period is scheduled

Please visit www.pcori.org/events for more 

information.

http://www.pcori.org/events
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COI Statement

Welcome to the Rare Disease Advisory Panel Winter 2021 virtual meeting.

I want to remind everyone that disclosures of conflicts of interest of members of 
the Advisory Panel are publicly available on PCORI’s website. Members of the 
Rare Disease Advisory Panel are reminded to update your conflict-of-interest 
disclosures if the information has changed, in addition to completing your 
annual disclosure. You can do this by contacting your staff representative, 
Rohini Mohanraj.​

Finally, if the Rare Disease Advisory Panel will deliberate or act on a matter that 
presents a conflict of interest for you, please inform one of the co-chairs so we 
can discuss how to best address the issue.



5

Day 2 Meeting Agenda

Start 
Time

Agenda Item
Presenters & Discussion 
Facilitator

1:00 PM Welcome and Setting the Stage Mat Edick, Doug Lindsay

1:05 PM Monitoring Evidence in Rare Diseases: 
Health Care Horizon Scanning

Gowri Raman, Doug 
Lindsay

1:55 PM BREAK

2:05 PM
Critical Issues in the Rare Disease 
Community

Mat Edick

2:50 PM Acknowledgments and Recap Mat Edick, Doug Lindsay

3:00 PM Adjourn



Monitoring Evidence in Rare Diseases: 
Health Care Horizon Scanning

Gowri Raman, MBBS, MS

Senior Program Officer, Office of the Chief 
Engagement and Dissemination Officer
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Objectives

• Overall: To better understand New Technology products to 
monitor and assess evidence in rare diseases

• Monitor evidence: Health Care Horizon Scanning products
• Cloud-based Online Database
• High Potential Disruption Reports

• Assess evidence: Emerging Technologies and Therapeutics 
Reports
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Evidence Monitoring – Balancing Evidentiary Needs

Horizon scanning reports
Emerging technology 
reports
Evidence maps

Systematic reviews
Focused observational 
research

Phased trials (up to $22M)
Large pragmatic studies (up to $10M)
Broad research studies (up to $5M)

D&I and engagement activities occur throughout timeline
Stakeholders provide input for report and research topics

Less than 1 year
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Monitor and Assess Evidence – Short-term

• Horizon Scanning of 5 Key Disease 
Topics

• COVID-19 Supplement

Health Care 
Horizon Scanning

• Gene Therapy in Cancer

• Artificial Intelligence in Clinical Care

• Proteomics in Cancer and 
Cardiovascular Diseases

• Next Generation Genomic 
Sequencing

Emerging 
Technologies and 

Therapeutics Reports



Horizon Scan Products

Online Database
High Potential Disruption Reports
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Overview of PCORI’s Health Care Horizon 
Scanning System (HCHSS)

• Description: Early detection system identifying potentially disruptive health 
care innovations expected to be clinically available in the U.S. within three 
years

• Purpose: Helps PCORI make decisions about future research investments and 
serves as a resource for the public and research community

• Six Focus Areas

• Cancer

• Cardiovascular Diseases

• Mental and Behavioral Health

• Alzheimer’s Disease and Other Dementias

• Rare Diseases

• COVID-19
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What’s Horizon Scanning

• Identify and monitor before entering the market.

• Highest potential for disruption to the current standard of 

care 

• With an objective to help a range of stakeholders 
including PCORI, payers, patients, clinicians, researchers 
and others



Horizon Scanning

Hallmark of HCHSS is 
the inclusion of 

patient and caregiver 
perspectives in 

addition to clinical, 
health systems, and 

research perspectives.

Stakeholders review 
brief reports and 
provide feedback
based on personal 

experience and 
knowledge.

Comments help 
determine which health 
care innovations have 
the highest disruption 
potential and drive the 

selection of topics 
included in a report 

published twice a year.

Stakeholders also 
have aided with the 
design and testing 

of a searchable
cloud-based, 

horizon scanning 
database.

• Overview of PCORI’s HCHSS: Stakeholder Involvement 
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Horizon Scanning: Disruptive Interventions

Overall 
Disruption 
Potential 

Patient health 
outcomes 

Patient quality of 
life

Health care costs

Population health 
outcomes

Health care delivery 
system

Current paradigm 
of care

Health disparities



• Cloud-based Database 

Soft-launch completed!

• COVID-19 Supplement – 2020

onwards

Horizon 
Scanning

Initial Priority 
Areas and 
COVID-19 

Supplement

Online database 
(previously 

status reports)

High Potential 
Disruption 

(HPDR)

Biweekly               
COVID-19               

Scans
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Horizon Scanning Products



Horizon Scanning Database

From Rare Disease Context
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Horizon Scanning Database 

PCORI Horizon 
Scanning Database

https://horizonscandb.pcori.org/
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Horizon Scanning Database – Rare Diseases
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Horizon Scanning Database – Rare Disease 
Example



21

Horizon Scanning Database – Rare Disease 
Example (continued)



Additional fields include:
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Horizon Scanning Database – Rare 
Disease Example (continued)

• Development

• Developers

• Clinical Trial Phase

• Possible Disruptions

• Regulatory

• Latest Regulatory Event

• FDA Designations

• Clinical Trials

• Regulatory Notes

• Comparators

• Outcomes

• How to cite for that record
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Horizon Scanning
High Potential Disruption Report

• Summary of potentially disruptive 
technologies (~4 pages). Covers the 
following sections:

• Highlights

• Patient Population

• Evidence Development Summary

• Mfr. And Regulatory Status

• Cost Information

• Results and Discussion of 
Stakeholder Comments

Tipton et al. Patient and Caregiver Engagement in the Patient-Centered Outcomes Research Institute (PCORI) Health Care Horizon 
Scanning System (HCHSS) Process. IJTAHC 2020 Dec 15;37:e13.
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HPDR – Rare Disease Example
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HPDR – Rare Disease Example

Key Stakeholder Perspectives

Between September 8 and September 18, 2020, eight stakeholders, reflecting clinical, health systems, nursing, 
and research perspectives, provided comments and ratings on arimoclomol to treat NPC. The list below summarizes key 
stakeholder perspectives. 

• Arimoclomol could meet a large unmet need in patients with NPC and, if the FDA approves it, to become the 
standard of care as the first approved treatment.

• The 74% reduction in disease progression reported from clinical trials with arimoclomol suggests it might 
significantly improve patient health outcomes and quality of life. The largest effect is likely to be in patients 
who begin this treatment early in their disease progression.

• More data are needed to assess whether arimoclomol will increase life expectancy in patients with NPC and 
how it might compare with off-label treatment with miglustat.

• The health care delivery system is unlikely to change dramatically because of arimoclomol, which would 
conveniently be taken by mouth at home. However, some health care use, such as hospitalizations, routine 
follow-up visits, and supportive treatment, might decrease in this patient population.

• Arimoclomol is likely to be expensive, although it might not differ much from the off-label comparator 
miglustat. Thus, it is unclear whether treatment cost will be significantly disrupted. Overall health care cost 
might be offset by less use of health care resources (see previous bullet point).



Emerging Technologies 

and Therapeutics 

Reports

Evidence Assessment
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Emerging Technologies & Therapeutics Reports

Goal

• Provide timely 
information on 
new drugs or 
devices 

• Emerging and 
limited evidence 
but are already in 
practice

Purpose

• Evidence 
summaries 
intended both to 
meet information 
needs and to 
inform more 
definitive 
research 

Use

• Provide clarity 
about available 
evidence and 
areas of 
uncertainty for 
decision makers
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Emerging Technologies & Therapeutics Reports

• Key Steps in the evaluation of a new therapeutics or technology

Broad overview of a new technology or therapeutics

Systematic search and selection of published studies and grey literature

Narrative description of regulatory approvals and uses of intervention

Mapping the evidence using interactive visual charts

Synthesis of stakeholder input  on the issues of use, adoption, etc

Identify areas suitable/needing further evidence generation
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Emerging Technologies & Therapeutics Reports:
An Example

Landscape Review and Evidence Map of Gene Therapy, Part I: Adenovirus, 
Adeno-associated Virus, and Clustered Regularly Interspaced Short Palindromic 
Repeats (CRISPR)

• History of gene therapies

• Description Adenoviral, AAV, and CRISPR Gene Therapy

• FDA-approved therapies

• Potential pipeline gene therapies

• Context in which gene therapy is used

• Ongoing premarket and post-market gene therapy studies

• Current evidence supporting gene therapy
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Emerging Technologies & Therapeutics Reports: 
An Example (continued)

Important Issues Raised by Gene Therapy

• Implications of the current level of adoption and future diffusion

• Key issues pertaining to decisional uncertainty

• Potential areas of research focus for PCORI and others
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Thank you! Any Questions?

Gowri Raman, MBBS, MS

Senior Program Officer, OCEDO, PCORI

Email: graman@pcori.org 

For Horizon Scan-related queries, contact us at: 
horizonscan@pcori.org

Monitoring Evidence in Rare Diseases: 
Health Care Horizon Scanning 

mailto:horizonscan@pcori.org


We will return at 2:05 pm EST

BREAK (10 minutes)



Critical Issues in the Rare Disease 
Community
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• Time for discussion.

• Prompts will be added on Day 2 of the meeting.

Critical Issues in the Rare Disease 
Community



Acknowledgments and Recap
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Thank You!



Adjourn

37


