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Any registry platform, any data type, all
questions are welcome

THANK YOU FOR PARTICIPATING

CoRDS Cast

Sophia Zilber
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Introduction

* Leigh syndrome global patient registry
— Cure Mito Foundation

* PHUSE working group: Best Data
Practices for Rare Disease Patient
Foundations and Researchers

* Patient registry office hours,
conferences, podcasts, collaborations
(UPenn Orphan Disease Center)
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* “ hope that something comes of this. | have
done so manysurveys and questionaires [sic] and
NOTHING has ever come of it, NOTHING”.

* "['am hopeful that | can make useful
contributions through my participation that will
help others in the future. Otherwise, my
participation is in vain. "

e "The one thing | wish was to receive the results
of the study. Even if the study didn’t show how
exercise helps delay the onset of HD, it would
have been great to at least be shown the results
or receive a link to the publication. Letting the
patients know about the results is something that
all research studies should require. Without the
patients, there are no studies!”

Quotes from
patients




Challenges

There’s no guidance (from FDA, industry) for registries developed by patient

groups.

Many patient groups are fully volunteer or have some staff, but not data

analysis/technical knowledge expertise.

Existing guidance documents are for the industry:

Rare Diseases: Natural p@e
History Studies for —
D r“g D evelopment Real-world Evidence:
Guidance for Industry Requirements and Recommendations
for Regulatory Submissions
https://www.fda.gov/media/122425/download https://phuse.s3.eu-central-
1.amazonaws.com/Deliverables/Real+World+Evid
ence/WP-074.pdf

Considerations for the Design
and Conduct of Externally
Controlled Trials for Drug and
Biological Products

Guidance for Industry

https://www.fda.gov/media/164960/download
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PHUSE working group: best data practices for patient
foundations and researchers

PATIENT REGISTRY TRANSPARENCY
CHECKLIST FOR PATIENT FOUNDATIONS

INTORMATION TO DISCLOSE ABOUT
REGISTRY PUBLICOLY

Youm

Purpose of the registry

Name of the registry vendor

What information is collected

What medical records collected and how
How patient foundation will use the data
Frequency and methods of results sharing
How can data be accessed

Who approves data access

Is registry approved by the IRB

IRB name and contact information

How is data protected

Primary contact for the registry

Participants or researchers who are considering working with the registry or
donating data are encouraged to ask for these disclosures
If they're not provided

This ruscurcu o beascht to you by the *3uw: Data Proctcus lar Rern Disnase
Patient Foundations end Researchess® Warking Group Praject
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Patient Foundations Guide to Starting a Registry

Involve 3 Data Advisor from the Start
A dwo achisor (5 someans ‘alth o technkal expertee in clincy dats anolyss Ar approprate and
quaifiad atvisor would peonida guidanze on sclectng patient registry platfoen, revieming daca
distocary, cesdgning wrves chacking data for compistanees ard consietancy, arc araling cata

Potervil sdutational backgrounc to book for compuser solence, statstkal  programming,
coidaniiegy.

Can Raw Data be Exported?
In some cases At & onvy avaliabie within a reg ety plattormm vathaut the anlity 10 esport It In ths
GOt KIS N ECant 1o underatand «hiat vir bl Crni 20t 20 Loods ore avai abike and whathe your
Lot s st s Lo work wthin thal snvronment - itiscr ten 1o cwck rms datn ta s surm & %
complete, aeorate, 300 consstert peine 10 dong arakes

How Do You Plan ta Analyze the Data?

Manty patient argarcsaticns cellect data aith tae bope that it wil ater be e oy ressarchses,
Ingustry of even reguisary bodies Untortunatety, this may sake 3 bng bme o not happen a ol
which can be & great dEspasnamert both “or the Crganzaton and the patenta The mast
cptme sl & 1o collect datn thet yaur a garization cen L Lo rese avareress, share irsighes,
ana anabie secrarmacs S clines irals wehout dependrg on sctemsl stykatoldens

The nsttriony Revesy Board = an organzaticn that ceersees the protection ot “uman
Ao ecs” in reseaech The IR2 neads 1o De Consultes winin $ou 32 P anning a regiatry; it cwersocs
hoay you consant pertcparts to the segistry anc all ethical corsicerators ‘elited to
communication snd ¢tz zhadng.
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ABOUT PATIENT REGISTRIES

We can collect as much data as possible
and figure out what to do with it later.

©

Knowing what you want to do with the data
is critical in the beginning. This will
determine the type of registry platform you
use and the information you will collect.

hterestad in the data.

hlly need funding in order
jpta and even then, results
lible for months or years.
looking for data thatis

We should wait for a lot of data to be
available befors we analyse it

i

It's important to start analysing data as soon
as you start collecting it to be able to catch
errors and fix them early on.

or supports a particular

le factors and

st may influence

ies’ interest in your data.
a regulatory agency does

The more data we collect, the better our
registry.

More data is not always better. In fact,
asking for lots of information may fatigue
participants and result in missing or
incomplete data. A smaller dataset with only
what is necessary is often far more useful.

data, the best strategy is
ft quality possible.

=5 Lo "coverad entities”,
Jealthcare providers, health
jcare clearing houses. Most
fendors and patient

Using validated instruments is always the
best strateqy.

While it's important to explore the
availability of the validated instruments, if
they have not been validated for your
disease, they won't necessarily be the best
approach.

tfall into these categories,
PAA dossn't apply to their

nical aspect of data
ity is determined by the
jeported data entry and

Doctors and researchers are experts on
patient registries.

Doctors and researchers are able wo provide
input into the type of clinical information
that isimportant to collect as well as help
interpret results, but they might not have
the technical expertiss to run a registry.
Relevant backgvounds are dau anabss,

pess of the questions
Ent-reported and medical
e limitations.

pefinition on what "own
i i can

statistical p g and

hey want their data to be

We can combine our data with data from
other registries.
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Combining data can be very challenging
unless registries collect data, including data
structure, questions, and response options,
in the same way. Combining data is time-
consuming and requires special expertise,
which can be expensive. Thersfore, if you
want to combine data, it's best to plan for it
early on.

This resource is brought to you by the “Be<t Data Practices for Rare
Dissacze Patient Foundations and Researchers" Working Group

Praject

This resource is Brought to you by the “Best Data Practices for Rare
Diseaze Patient Foundations and Researchers* Working Group

phdraw from participation if
However, the data that has
racted from the database
exist. Better definitions of
hnd clarity on data usage

lends on many factors,

g data analysis, which

|y dependent on the

cost of the platform.

Project
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Common misconceptions about registries among patient groups

Industry, FDA, and researchers would find the data highly valuable
Data can be used as natural history data in a clinical trial (for example as control arm)

Data can be easily combined with any other data or registry can “plug in” to another
registry

MYTHS
ABOUT PATIENT REGISTRIES

Knowing what you want 10 4o wh the data
ot i s ot (Q)) S s
anct Agu oot what 10 4o with & Lt e P P

Data privacy (HIPAA), etc.. SR

1% imporant £o sEart analyuing dass s oo
Wie shouks wak: for 2 kot of cata 10 be ayou starn coliecting £ 10 be able to cach

UPenn survey - 17/22 responded that patient foundations are required to follow HIPAA | ===~ m——

https://www.orphandiseasecenter.med.upenn.edu/patientregistryfags

The more cara we colect, S Lectee our Fartcipans and rewlt in miwing o
ety ncompdess cara Asmalie dataet wih only
wehat i ncesEaTy % Cften S rrorm Lol

HIPAA Crily apiilen to "coveres entie’,
which inchuctes hmakhcare provderns, hesith
Fhara anc healthcare cearing housn. Mos:

Wihide it amportane 1o micrs e
avatatabty of the vabclatms ratrurmenes, ¢
9 they hurve nct been vabcaims fo6 yout

hnmonm, thary wor's recesarfy be the best

Uuing valkcared Imeruments i ataays the

Dkt the tectrical spec of data
qualtty, cata qualiy i determired by the
acouracy of self twported data entry A

X the spsrocriateness o the qumsomn

askm. Both paseet-teporim and msccal
rwcorcs cana have Bemitason.

Therw's no clear definiticn on what "own
cata” mearm Sometimen, patienss can
cormmnt 10 how they want ther data to be
nmcd and Can wihraw from parsicpation i
they wouks Nk Howwser, the cata that has
ety bewn exiracte f1om the detates
of
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Price — free vs. paid (price can be per patient, per
urvey, per question in survey)

* Data access — patient group has access to all of data
vs. doesn’t have access

Reg | St ry ven d or * IRB approval — patient group has to submit IRB

proposal vs. registry vendor has IRB

considerations

* Registry Pl — patient group representative is the PI
vs. registry vendor representative is a Pl

e Data ownership — patient group “owns” data, can
move all data to another platform if desired vs.
patient group doesn’t have this ability

—
/ * Data structure, number of surveys that can be  —

created, availability of surveys “built-in” phuse
, \_



Patient groups considerations when choosing
registry platform

« Common consideration by patient groups: Patient registry vendor has similar
values/beliefs about patient advocacy, patient engagement, “Patient owns data”, etc..

Rarely considered by patient groups:

Data structure

Raw data availability

Being able to easily obtain basic information from the data (Example: How many
patients have seizures?)

Ability to share insights and what else they (as an organization) can do with the registry
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CoRDS Update | october 2023

Coordination of Rare Diseases at Sanford (CoRDS) represents:

2,213 104

RARE DISEASES PARTNER
7,000 known GROUPS

worldwide

95

COUNTRIES

174

l PARTICIPANTS

CoRDS is a centralized international patient database for all rare diseases.
Advancing rare disease research by connecting participants, advocacy groups and researchers across the giobe

Leigh syndrome patient registry —
Cure Mito foundation

Considerations in choosing this platform

Easy to contact patients with clinical trial
opportunities

* Raw data is available

* Data dictionary is available

e Data structure (NIH common data elements)

* Well designed general survey provided by CoRDS
* Free

* Cure Mito could use data from the very beginning to
bring value, regardless if researchers/industry/FDA
interest in data

/7~ \
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Leigh syndrome patient registry- Cure Mito foundation

Launched by Cure
Mito Foundation in
September 2021

95% - diagnosis genetically
confirmed (60% diagnosed
within 1 year since

symptoms start)

FDA listening session
February 2023

Partnership with
Coordination of Rare
Diseases at Sanford (CoRDS) -
100+ patient groups, 2000+
rare diseases

Data is interoperable
with CDISC standards
(CDASH/SDTM)

10+ conferences, 4

posters, 2 papers (1

published, 1 in peer
review)

Global registry, ~ 300
participants, 35+
countries

Data is shared integrated into
RDCA-DAP platform by
Critical Path Institute (C-
Path)

Data was shared with
researchers, used to share
clinical trial opportunities

multiple times

euro, v, CURE MITO

Leig h synd FOME@ 250 participants enrolied

35+ countries represented

Global Patient - =~ ww=
Registry

Objectives

B Introduction

Methods

Collaborations

Leign

H Results . Mutation Type (N=161)"




Medical records collection

Medical records are collected with patient’s consent (Citizen, Picnic Health) mainly to build natural history data to use in
clinical trials as a control arm

* Can this data actually be used as a control arm? (vs. prospective natural history study)
* What are other possible uses of such data by industry?
 How does it compare with claims data

¢ Implementing standard, consistent, and up-to-date definitions of medical conditions and
treatments. These elements employ uniform medical language and are typically provided
in advance 1n study protocols and procedure manuals.

e Providing a consistent schedule of medical visits for the patient.
¢ Providing standard operating procedures for investigators, which provides for greater
consistency in the information collected (e.g., using the same clinical outcome

assessments with comparable instructions for use).

e Collecting additional data that may elucidate the pathogenesis and manifestations of a

disease and the patient’s concomitant treatments. /\

phuse

Source: Rare Diseases: Natural History Studies for Drug Development (FDA guidance) \/



How data collected by patient groups can

help

Make it easy to share
clinical trial
opportunities with
patients

Understand burden of
the disease

Build strong global
community

Build partnerships
between patient
community and

industry

Understand patient
and caregiver
perspectives




Thank Youl

Email: sophia.Zilber@alexion.com p I I u S e

Connect:
https://www.linkedin.com/in/sophiazilber/




