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Congenital Hyperinsulinism International (CHI) supports HI research for
better treatments and cures, raises awareness of HI to reduce brain
damage and death,improves access to care and treatment for those with
HI, while providing a community for HI families.




The HI Global Registry

« Launched in 2018, the HI Global Registry (HIGR) is a patient
powered registry that can be used to generate natural history data

* Provides a baseline or an overall understanding of the reality of
the day-to-day experience of living with HI

* Helps identify the most pressing issues and on-going challenges
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Who can join the HI Global Registry?

* People with HI or their parent can share their experiences with the
disease by answering 13 surveys through an online platform

« All information collected is kept on a secure system hosted by NORD
* Questions were developed by HI patients, clinicians, and researchers

Parent of a child living with Adult living with HI
HI
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HIGR Partnerships: MaxHIGR

« Map information between patient-populated HIGR and
clinician-derived information

e Clinically validate the Quality-of-Life Questionnaires

e Synchronize patient and clinician populated information to
develop a model prototype for an integrated database

e Investigate and utilize data for future research into natural
history of the disease

e Define outcome parameters

e Accelerate the development of novel therapies




CHI CRN Mission and Cornerstones
The HI CRN has a commitment to:

Create a congenital
hyperinsulinism (HI)
collaborative research network
(CRN) that puts patients at the
center of a strategy that leads to
faster and more accurate
diagnosis, drives new evidence-
based treatments and cures,
standardizes clinical guidelines,
and facilitates increased and
improved access.

(58 members including
physicians, scientists, and
patient experts from 18 countries

~and 5 continents)
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supporting collaboration across the globe;

elevating the patient voice and ensuring the
patient perspective is central to our work;

guaranteeing access to information, medical
specialists, and treatments regardless of
income and geography;

engaging new researchers and ideas to find
innovative concepts and foster additional
leaders in the HI network; and

addressing diversity, equity, and inclusion
in our work and our community.
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Workstreams

Themes Activities and Deliverables
« Whatis HI?: Nomenclature and e Clearly defined workstream topics
Inclusion e Brainstorm to generate a gap analysis document
« Medical and surgical treatments « Identify the gaps in:
o Care Guidelines/centers of e Research gaps or needs
excellence

o Infrastructure/ Pooled Research Resources/

« Diagnostics Collaboration

e Glucose monitoring « Knowledge/ Expertise

o Clinical trials/industry engagement « Dissemination/ Funding

« Genetics « Describe the elements needed to fill the gaps

e Prioritize the elements and create a workplan
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Top 12 Gaps/Needs Prioritized at Lisbon CRN Convening

All HI Natural History Study

Diagnostics Identification and adoption of newborn screening approach
Diagnostics Glucose as a vital sign

Medical and Surgical Treatments Knowledge of the cause of neurological damage

Care Guidelines & Centers of Excellence [Continually evolving global care guidelines
An expert group to develop novel clinical trials and outcome
measures for regulatory approval

Clinical Trials & Industry Engagement

Genetics Access to genetic testing

Diagnostics A biomarker for hyperinsulinism

Clinical Trials & Industry Engagement  |Meaningful glycemic endpoints

Glucose Monitoring Device technology for HI patients

Medical and Surgical Treatments Implementation of personalized medicine

Clinical Trials & Industry Engagement  |[Expand access and accelerate enrollment in clinical trials




Care Guidelines

« Goal: Create and disseminate continually evolving global care
guidelines

 Activities:

o Raise awareness and encourage adoption of HI care
guidelines after publication

o Create a patient-friendly version of the HI care guidelines
o Create caregiver home discharge guidelines

o Begin to review the hypoglycemia guidelines




Newborn Screening

« Goal: to diagnose all babies with congenital hyperinsulinism in a
timely manner
o Scientific Steering Committee to develop study design, creation of
RFA, evaluation of study proposals and oversight of sites and data
analysis.
o Advocacy Committee to advocate for NIH and private funding,

continue awareness campaign, engage different societies, and
drive implementation of screening programs.




Natural History Studies

« Goal: Build a robust registry that collects patient-reported, physician,
and real-world data to provide a foundation for HI natural history
studies

« Activities:
o Improve HIGR platform and collect CGM and Glucometer data
o Increase participation in HIGR and MaxHIGR
o Increase harmonization of individual and national data repositories




Glucose as a Vital Sign

« Goal: Increase awareness and timely diagnosis of HlI
» Activities:
o Update all HI public facing documentation (e.g. CRN website

page, Wikipedia, GARD, Orphanet, NORD) with consistency of
messaging across stakeholders

o Create Ad campaign and partner with PR firm for public
awareness campaign

o Physician/medical professional surveys




CHI Designated HI Centers

*Congenital Hyperinsulinism Center at the Children’s Hospital of Philadelphia, PA, United
States

*The Hyperinsulinism Center at Cook Children’s Medical Center in Fort Worth, TX, United
States

*Great Ormond Street Hospital Congenital Hyperinsulinism Service in London, in the
United Kingdom

*Charite-Universitatsmedizin Berlin and the University Children’s Hospital Duesseldorf
partnership in Germany

*Collaborative Alliance on Congenital Hyperinsulinism headquartered in Magdeburg,
Germany

*Northern Congenital Hyperinsulinism Service in Manchester and Liverpool, in the United
Kingdom
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Goals of our Centers of Excellence Designation

» To recognize hospitals/clinics that have excellent
multidisciplinary teams that provide the best care for patients
with congenital hyperinsulinism

* To make it easier to for patient families to access the best care
« To set patient-focused standards at the leading hospitals

» To foster a pipeline of expert clinicians and researchers

« To encourage collaboration among clinician and researchers to
continually improve care and treatment options.
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#HI=%~ CHI AT A GLANCE

9 MDER G A s, 503 HIGR Participants : : s
rants Totaling S \ @6 Biotechs in pre-clinical
$700’000+ Funded Zﬁ) /iz 53 Countries or clinical development
S';éﬁg?é‘# 4 Annual Reports for new HI treatments
= 6 Centers of Excellence . Hl B8 Experts and Patient Leaders CHI Family Support Forum
Ercetline Designations 95 19 Countries 2,255 Members
CRN 7 Workstreams 84 Countries
25 International 3 articles published in \U“ “ O Sugar Soirées
Family peer-reviewed journals S()II 00 38 Awards Given
Conferences
HI Genetic Testing D | 7 CHI Website
_ 1.3 Listening Sessions X > 786 children 4 % 15,424 visitors
60 Countries 155 Countries

38 virtual HI convenings including conferences, meetings and HI community events
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