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Live Translation

Step 1

Scan QR Code or Go To:

Step 2 Step 3
cnglh (US) .
M ?
Choose Language Read Captions on Device
Click Attend Use Headset for Audio

IPOPI.org
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What is IPOPI?

* a non-profit international organization

 the leading advocate for primary immunodeficiency (PID) patients
worldwide

« working in collaboration with patients, doctors, politicians,
regulators, pharmaceutical industry and other relevant stakeholders.

IPOPI.org
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Our mission

0

To improve awareness, access to early

diagnosis and optimal treatments for primary \\
Immunodeficiency patients worldwide through
global collaboration.
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Our members: 73 national patient o

o \0'3 —

rganisations

Latest
countries:

* Algeria

» Bangladesh
* Nepal

IPOPI.org
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Zoom
on the Asian
region




IPOPI 5™ REGIONAL ASIAN PID MEETING an IPOPI event

IPOPI works
as an
umbrella
organisation

A vibrant global
community

IPOPI.org



A committed
Board of
Directors

Martine Pergent, Chair (FR)
Bruce Lim, Vice-Chair (MAL)
Otilia Stanga, Treasurer (RO)
Roberta Anido de Pena (ARG)
Whitney Ayoub Goulstone (CA)
Jose Drabwell (NL/UK)

Cynthia Olotch (KEN)
John Seymour (USA)
Otilia Stanga (RO)

Johan Prévot (BEL) ex-officio
Nizar Mahlaoui (FR) ex-officio

Martin van Hagen (NL) ex-officio



Executive Director

IPOPI dynamic Staff

johan@ipopi.org

Financial Advisor

Clare Glynn

e & am | - P . VS P .
Events & Logistics Assistant

Alicia Bartos clare@ipopi.org

alicia@ipopi.org
Communications Manag
Communications Assistant Rafael Graga

Patricia Boldescu

rafael@ipopi.org
patricia@ipopi.org

Office Manager
Carla Morgado

Medical Affairs Project Manager
Samya Van Coillie

™

arla@ipopi.org

samya@ipopi.org

Events and Logistics Coordinator

Accounting and Administration Manager ;
¥ 1 Mercedes Muraca

Marc Desmet

mercedes@ipopi.org

=

arc@ipopi.org

Health Policy and Advocacy Senior Manager

Leire Solis

NMO Programmes Officer

Miriam Ferreira

miriam@ipopi.org eire@ipopi.org
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IPOPI Medical Advisory Panel (MAP)

Dr Nizar Mahlaoui, Prof Martin van Hagen, ‘ ekl

Chairman (FR) ‘ ¥ Vice-Chair (NL) IPOPI LeBien AWARD
« Dr Adli Ali (MAL) « Professor Steven Holland — (USA) « Prof Ana Shcherbina (Russia)
« Dr Tadej Avcin (Slovenia)  Dr PamelaLee (Hong-Kong) * Prof Surjit Singh (India)
» Prof Aziz Bousfiha (Morocco) « Prof Isabelle Meyts (Belgium) « Prof Stuart Tangye (Australia)

« Dr Charlotte Cunningham-Rundles
(USA)

* Dr Virgil Dalm (Netherlands)

Prof Antonio Condino-Neto (Brazil) = Prof Klaus Warnatz (Germany)
« Dr Olaf Neth (Spain)
« Dr Cecilia Poli — (Chile)

 Prof Tandakha Dieye (Senegal) Dr Elizabeth Rivers — (UK)

« Prof Alain Fischer (France)
* Prof Elie Haddad (Canada)

« Dr Silvia Sanchez-Ramon (Spain)

IPOPI.org



Improve access to earl
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diagnosis & patient-centred care

Build capacity and support IPOPI’s
national member organisations

IPOPI

activities & projects

Educate, promote knowledge
and data sharing

Strengthen multi-stakeholder
collaboration

IPOP!.org



Improve access to early diagnosis
and patient centred care
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Cynthia Olotch

IPOPI Board Member
Kenya

IPOPI 5™ REGIONAL ASIAN PID MEETING

Newborn screening for SCIDs

- -
Neonatal screening is much more than just

a simple test.
INTERNATIONAL
NEONATA L Screen ‘. rare MEP Interest Group Resources and other activities v About Us v
SCREENING DAY

Home / What is NB

® : INTERNATIONAL

S oun’ ' 8§ What is newborn screening?

Ne 2 B
d WHAT DOES NEONATAL SCREENING MEAN FOR PATIENTS?
&’ Timely access to diagnosis, treatment and care!
‘o wr > (P> @ > @ > @
Rl iy of

Neonatal Disease
. screening identified

quality of life



IMPROVING PID PATIE

INTERNATIONAL Home About IPOPI

PATIENT ORGANISATION
OR PRIMARY IMMUNODEFICIENCIES

SAFE Task Force releases two position

statements

KEY PUBLICATIONS, NEWS

The Supply and Access for Everyone (SAFE) Task Force and IPOPI
position statements on 2 key topics of relevance to patients with

Our Work PIDs

NTS' LIVES. WORLDWIDE.

an IPOPI event

NMOs Publications PI

Global advocacy — Calling for more

plasma collection

LL%

INTERMATIONAL
PATIERT DRGANISATION

Patients with PID need sustaine
access to their Ig thera

Primary immunodeficiencies (or PIDs) are chronic and rare d
components of the immune system do not work properly or not at 2
need immunoglobulin replacement therapies (lgs) throughout th
antibodies within a “suitable” threshold to fight life-impairing or
alternative treatments are available for these patients.

Igs are plasma-derived medicinal products (PDMPs) that requ
plasma either through plasmapheresis (source plasma) or from
plasma) for the development of these medicines

1

Each Ig is a unique biological medicine. The different manufac
individual patients’ tolerability to a given therapy?.

d\%

SAFE

SUPPLY AND ACCESS

FOR
INTERMATIOHNAL OR EVERYONE
PATIENT ORGASATICN

Managing demand for immunoglobulins: PIDs
are a priority indication at all times

The global demand for immunoglobulin (lg) replacement therapies is growing annually at
6-8% across a broad range of indications. Whilst strategies to manage Igs demand are
urgently needed and should be swiftly implemented in all countries, the fact remains that
some countries are still struggling to get access to Ig therapies. Ensuring appropriate,
equitable and stable access to Igs in all countries require both increased plasma supply
with much more regionally balanced plasma collection and improved fractionation
technology to optimize yield from each litre of plasma®.

Igs are plasma derived medicinal products (PDMPs) used in the treatment of several
diseases and conditions.

Around 60% of patients with primary immunodeficiencies (PIDs) need Igs throughout their
lives to keep the levels of antibodies within a “suitable” threshold to fight infections and
prevent mortality.

No alternative treatments are available for patients with PIDs requiring Ig therapies’.

. , : i , e i .
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Give Blood,

Awareness Campaigns Give Plasma,
Share Life,

Share Often.
Universal Health Coverage &
inati e,
vaccination, .. Plasma collection deromcono91© -

# Primaryimmunod!ﬁciencies

|G availability

UNIVERSAL
HEALTH

l‘ Antimicrobial resistance

= COVERAGE 5
INTERNATIONAL ’.@
PATIENT ORGANISATION | ¢
FOR PRIMARY IMMUNODEFICENCES v

INTERNATIONAL
fafmbetale)

Lack of access to UHC is a
global problem.

Let’s tackle it together. PREVENTING ANTIMICROBIAL
— s RESISTANCE TOGETHER. —
ANTIMICR
Join us on Universal Health Coverage Day to make %ﬁ/y s ANTIMICROBI:;CEVI\:::: :E;S;ZN 2EOE2K2

healthcare a universal right.
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Advocacy -
. . e, World Health
World Health Organisation ¥R Organization

|Gs included in the WHO list of essential
medicines

PIDs diagnostic tests included in the WHO
Model List of Essential In vitro Diagnostics

IPOPI.org
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»f Good Man n Blood Establis shments’
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Addressing PID patients needs

bringing the patient perspectives on
medicines, shortages, clinical trials, ...

- at EMA (European medicine Agency)

- at APEC
(Blood Policy Forums and APEC Rare Disease Forums)

« at Asia Pacific Plasma Leaders Network (APPLN) S ATH|

TTTTTTTTTTTTTTT

 hopefully at AMA (African medicine Agency) p—

UNMET NEED FOR PLASMA DERIVED
MEDICINAL PRODUCTS IN APAC: THE PID
PATIENT’S PERSPECTIVE

PUBLICATION DATE: 13 October 2023
CONTINUING EDUCATION UNITS: 0.5 hours

EDUCATION EVENTS RESOURCES

LECTURE DESCRIPTION:
1 this lec an P
(IPOP I) |
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Build capacity and support IPOPI’s
National Member organisations
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Patient community
momentum

Global Patients Meeting

* Biennial meeting open for all NMOs, organised in parallel to
ESID & INGID congresses

* Next meeting in Marseille (France), October 2024

« 2-day meeting with educational sessions, skills building
workshops and exchange of experiences

» Hosts the PID Champions Awards

Regional PID meetings

» Regional meeting open for all NMOs from the region,
organised in parallel to regional scientific societies (ASID,
LASID, APSID/SEA) & INGID congresses

Webchats

« Community online regular meetings

L l
|Helen chapel

SGPM207_
TEonC S e
. |



https://esidmeeting.org/
https://ingid.org/
https://ingid.org/

Help our members take action

\e

INTERNATIONAL

COVID-19 and PIDs
FAQs

Updated April 29, 2020

This is a compilation of answers to questions
received from IPOPI’s national member
organisations via email, social media and
during IPOPI's COVID-19 webchats.

New statement: A PID causing a heavy burden of
disease must always be recognised as a disability

| W

Training sessions with play roles

In Asia




41D app.

*A health calendar ...
A source of iInformation
when you visit your
specialist

*A Source a patients’
real-life data

Improved navigation

Simple export +
of data

Appointments
__'{_a]_ & absences
l _5& S

+

Health
parameters

GET TO KNOW THE
NEW FEATURES W \':N
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World Primary
Immunodeficiencies Week 22-29 April every year

TRTOEHKMERELR
BHEIZNT BT T7A
DT7HO1EAEZTH

Let's make early diagnosis & timely access
to quality treatment a reality worldwide

#WorldPIWeek

IPOPI.org



Educate, promote knowledge
& data sharing

Strategic objective 3
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Educational material

ES
PRIMARY lMMUNODEFlCIENCl

ING 2531_"5
CROSS MEDI
ey g‘pec:\ALT\Es

LN

Leaflets
Webinars

e For health care
professionals

IPOPI CLINICAL CARE WEBINAR
ON GENETIC TESTING

DR PAMELA LEE

MONDAY, DECEMBER 07, 2020, AT 14:00H UK TIME

an IPOPI event



Educational material

 For patients

* For the general
public

= .
- | P
" l_ o Qﬁg‘

Early diagnosis is key
for patients with primary
immunodeficiency.

Mini-documentary



INVITATION

IPIC2025

INTERNATIONAL
PRIMARY
IMMUNODEFICIENCIES
CONGRESS

DIAGNOSIS
AND CLINICAL CARE

an IPOPI event

—_ ‘j'
. ‘?\;' ‘l[ ':7~-
o '* “’:_\l“n.': " H.A 3 E"
' ' PRAGUE, CZECH REPUBLIC

5-7 NOVEMBER 2025

ipic2025.com
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PlDetect: Training programme

Indonesia > Erasmus, Rotterdam
Bangladesh > PGIMER Chandigarh, India
Moldova > Timisoara, Romania




IPOPI Latest Publications

Solls et al. Orphanet Journal of Rare Diseases
https://doi.org/10.1186/513023-021-02161-0

(2022) 17:11

RESEARCH

The PID Life Index: an interactive tool
to measure the status of the PID healthcare

QOrphanet Journal of
Rare Diseases

Open Access

URRENT
DPINON

the iceberg?

Chock for
updates

Global immunoglobulin supply: steaming towards

The Lancet Regional
Health - Europe
2022:00: 100311
Published online 300
hitps:/doi.org/10.1016/.
lanepe. 2022100311

Newborn screening as a fully integrated system to
stimulate equity in neonatal screening in Europe

Maurizio Scarpa,™* James R. Bonham,” Carlo Dionisi-Vici® Johan Prevot,” Martine Pergent,” Isabelle Meyts,” Nizar Mahlaoui,” and

Peter C.LI. Schielen®

“MetabERN, Regional Coordinating Center for Rare Diseases, University He

"Sheffield Children's (NHS) Foundation Trust, Sheffield, UK

“Unit of Metabolic Diseases, Bambino Gesui Children Hospital IRCCS, Romg
“International Patient Organisation for Primary Immunodeficiencies (IPOP

Johan Prevot* and Stephen Jolles®

environment in any given country

Leire Solfs', Julia Nordin', Johan Prevot', Nizar Mahlaoui®?, Silvia Sanchez-Ramon™®, Adli Ali®7,
Elodie Cassignol®, John W, Seymour'? and Martine Pergent'™

& frontiers | Frontiers in Immunclogy

Abstract

Background: The*Primary Immunodeficiencies (PIDs) principles of care”were published in 2014 as the gol
for care of patients with PIDs, setting a commaon goal for stakeholders to ensure that patients with PID have
appropriate care and good quality of life. Since then, IPOPI (the International Patient Qrganisation for Primany
nodeficiencies), has been working with national PID patient organisations as well as collaborating with scier
medical institutions and experts to bring these principles closer to the day-to-day life of individuals with PID]
Method: The six PID Principles of Care were revised Lo consider advances in the field, as well as political de
ments that had occurred after their initial publication in 2014. Based on this revision the list was updated, an|
principle was added. The six established principles were: diagnosis, treatment, universal health coverage, spq
centres, national patient organisations and registries. Fach principle was structured and measured through 4
criteria, and was given the same weight, as they have been considered 1o all be equally important. Specific
were allributed Lo the criteria depending on their relevance and importance to quantify the principle. The ir
translated into a survey for data collection: initially involving data from selected countries for a pilot, followed
gration of data from IPOPI's national member organisations and key countries.

(®) Check for updates

OPEN ACCESS

Frank Staal.
Leiden University Medical Center (LUMC),
Netherlands

Amic Hamzah Abdul Latf,

Pantal Hospital Kuala Lumpur, Malaysia
Hamoud Al-Mousa,

King Faisal Specialist Hospital and Research
Centre, Saudi Arabia

Results: The PID Life Index was developed in 2020 to assess the status of the PID environment and the imp

tion of the 6 principl

The PID Odyssey 2030:
outlooks, unmet needs,
hurdles, and opportunities —
proceedings from the IPOPI
global multi-stakeholders’
summit (June 2022)

Hypothesk and Theory
15 August 2023
10.3389/fimmu.2023.1245718

edicinal products
m whole blood
hsma supply. Specific
hich may reduce

deficiency alongside
rs whereas the novel
latory indications.

bollected in the United
gues for both more
ess towards o

d compensated plasma
Id be informed by the
ma and PDMPs.

“De 1t of Pediatrics, University Hospitals Leuven, and Department

KU Leuven, Leuven Belgium

"Pediatric Immuno-Hematology and Rheumatology Unit, French National
(CEREDIH), Necker-Enfants University Hospital, Assistance Publique-Hapitd
9YInternational Society for Neonatal Screening, Stichtse Vecht, Netherlands

& frontiers | Frontiers in Immunology

M) Check for updates.

Original Research
30 March 2023
10.3389/fimmu.2023.1151335

Primary immunodeficiencies
(PID) Life Index in Southeast

bengsaan Malaysia
tric Immunology-Hematology and

Newborn or neonatal screening (NBS) is a population-  program| OPEN ACCESS
based program aimed at the pre-symptomatic detection,  between . . .
shortly after birth, of serious treatable conditions, NBS (includin] e e Asia: A comparative analysis of
thus permits the early delivery of appropriate therapy, — nodefiid U Lewven. Belgiom .
preventing long-term disability or premature death. conditioy s P I D PI"II"ICI pleS Of Care (POC)

First introduced by Robert Guthrie in the 1960s to  Screenin| amwat Unbeeraty, et

i i i Esther de Vi

screcn for p]fcnylkzlunma, NES 18 oW performed in t{an for nm,’g University, Netheriands Chee Mun Chan?, Nizar Mahlaoui**, Silvia Sdnchez—-Ramédn®%,
many countries in the world, all US states and almost  Europeay ) ; L S o iamee
all European countrics. Where newborn screcning is  1POPI af Martine Pergent’, Leire Solis”, Johan Prevot” and Adli Ali
available, the number of disorders included in NBS pan-  tive) ha A ateppuom o ecamy on behalf of the South East Asia Primary Immunodeficiencies
els (many inherited metabolic discases, but also cystic  tion of N (SEAPID) Consortium
fibrosis, severe combined immu:l:).deﬁcienc‘y.. anvd This article was submitted to “Department of Pediatric, Facuty of Melicine, Uriversit Kebangsaan Malaysia, Kuaks Lumpur, Malaysia,
others) varies (from one to over 40)."* This variation is Primary Immunodeficiencies. Research Center. Hospital Tunku Ampuan Besar Tuanku Aishah Rohani, Unive
influenced by many factors (c.g.the di 1 I Sel section of the journal (KM gt Chicirer's Hompial Kala Lumour Mol

in the population, the availabili
eration of these factors, usually
lished in 1968 by Wilson and
national decision-making, and
panels is caused by the level of
the weight placed upon the relatj

} frontiers | Frontiers in Immunology

and criteria or based
tion system,
Conclusion: The PI]

International Journal of
Neonatal Screening

of information for PI[|
PIDs nationally, regio]

Review

Peter C. ]. I. Schielen ¢

across Europe. Inl. J. Neonatal Screer.
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It’s long-term, well it’s for life
basically: Understanding and
exploring the burden

of immunoglobulin treatment
in patients with primary
immunodeficiency disorders

Georgina L Jones,' Eva Brown Hajdukova,?
Esmee Hanna,® Rosie Duncan,? Brendan Gough,!
Jane Hughes,* Debbie Hughes,® Fran Ashworth
Johan Prevot,® Jose Drabwell,® Leire Solis,*
Nizar Mahlaoui,” Anna Shrimpton®

on behalf of the International IgBoT study team

'Department of Psychology, School of Social Sciences, Leeds
Beckett University, Leeds: *Parexel Access Consulting,
Parexel Intemnational, London; *Allied Health Sciences
Research, De Montfort University, Leicester; “School of
Health and Related Research, University of Sheffield,
Sheffield; “Clinical Immunology and Allergy Unit, Northern
General Hospital, Shefficld Teaching Hospitals and NHS
Foundation Trust, Sheffield; ‘Intemational Patient
o for Primary d Rocky Bottom,
Trerieve, Downderry, Cornwall, United Kingdom; "French
National Reference Center for Primary Immune Deficiencies
(CEREDIH), Necker Enfants Malades University Hospital,
Assistance Publique-Hopitaux de Paris, Paris, France;
Pediatric | and Rh logy Unit,
Necker Enfants Malades University Hospital, o

Original Research

18 April 2023

10.3389/fimmu 2023, 166198

COVID-19 vaccination in
patients with primary
immunodeficiencies: an

international survey on patient

vaccine hesitancy and

self-reported adverse events

Martine Pergent™, Filomeen Haerynck®®, Levi Hoste**
and Ann Gardulf *>¢

Introduction: The Sars-CoV-2 pandemic caused great concem for this novel

Karolinska
f Health and

virus among patients with primary immunodeficiency (PID) or inborn emors of
immunity (IEJ) and their families. When COVID-19 vaccination program started
no data existed on adverse events (AES) in this particular patient population, nor if

patients felt hesitancy being vaccinated

Objectives: To explore i} reasens for COVID-18 vaccination hesitancy, il the
number and symptoms of AEs and their severity, durability and management
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Data.
the PID Life Index

How's life with a Primary Immunodeficiency (PID)?

The PID Life Index is an interactive tool built on 6 key principles of care that measures the status of the PID healthcare environment in a countr

* built on 6 key
principles of care

It measures the
status of the PID
healthcare
environment across
the globe

https://pidlifeindex.ipo
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Strengthen multi-stakeholder
collaboration

Strategic objective 4

SUPPORTED BY

Grakedn

- i i

GRIFOLS

e

IPOPI.ORG



IPOPI 5™ REGIONAL ASIAN PID MEETING an IPOPI event

Red Cross blood collection centres, hospital teams
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Research ® C Recomb

IPOPI active In several research

PrOJTAImmes: ?If e-GLILDnet

¢ Re CO m b y European Granulomatous-Lymphacytic
Interstitial Lung Disease Network
 3D-GATAZ2
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United Nations
Institute for Training and Research SEARCH ACCESS YOUR OUR MAIN OFFICES AROUND THE ENGLISH MENU
1963-2023 COURSES WORLD

UNITAR SIGNS A MEMORANDUM OF UNDERSTANDING WITH
IPOPI

14 August 2023, Geneva, Switzerland - We are pleased to announce that UNITAR, the United Nations Institute for
Training and Research, and IPOPI, the International Patient Organization for Primary Immunodeficiencies, have
entered into a new Memorandum of Understanding (MoU). This agreement represents a strong commitment to
collaborating and cooperating to make a positive impact on access to plasma-derived therapies worldwide.

@)

umtc:r

The MoU enhances our existing collaboration, elevating it to a true partnership. It promotes cooperation through
various means, such as knowledge sharing, innovative education, training, capacity-building solutions, and raising
awareness to improve access to healthcare in the field of plasma-derived therapies.

Through this collaborative endeavour, UNITAR and IPOPI aim to make significant strides in advancing healthcare
and capacity-building initiatives. The partnership's collective efforts will lead to tangible and sustainable impacts,
benefitting communities worldwide.

IPOPI

We look forward to embarking on this journey together and remain committed to fostering a meaningful and lasting

Global initiatives with national pilots E_



Launch of the International Coalition for Safe
Plasma Proteins (ICSPP)

Organizations join with ISBT to advance global access to safe plasma proteins

\~/ ICSPP

The ISBT Working Party on Global Blood Safety initiated the ICSPP as a global coalition to advance access to safe plasma proteins in Low- and Middle- Income
Countries. In cooperation with the World Health Organization, this coalition was established to address the global insufficiency of plasma-derived medicinal
products that are unavailable or unaffordable in manv low- and middle- income countries (LMIC) and the conseauent suffering and earlv mortalitv of patients

X
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o 772X\, World Health : MF
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WORLD FEDERATION OF HEMOPHILIA
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international plasma and
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Global initiatives with national pilots I*IE
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Looking towards the

future (What’s Up in 2030)

:" frontiers Frontiers in lmmunoloqy Hypothesis and Theory

(M) Check for updates

OPEN ACCESS

Frank Staal,
Leiden University Medical Center (LUMC)
Netherlands

Amir Hamzah Abdul Latiff

Pantai Hospital Kuala Lumpur Malaysia
Hamoud Al-Mousa,

King Faisal Specialist Hospital and Research
Centre, Saudi Arabia

Nizar Mahlaoui
Nizar mahlaoui@aphp fr

23 June 2023
24 July 2023
15 August 2023

Tadros S, Prévot J Meyts |
Sanchez-Ramon S. Erwa NH, Fischer A
Lefevre G, Hotc hko M. Jaworski PM
Leavis H, Boersma C Drabwell J, van
Hagen M, Van Coillie S, Pergent M

Burns SO and Mahlaoui N (2023) The PID
Odyssey 2030 outicoks, unmet needs
hurdies, and opportunities — proceedings
from the IPOPI global multi-stakeholders
summit (June 2022)

Front. Immunol 14 1245718

doi: 10.3389 fimmu 2023 1245718

© 2023 Tadros, Prévor, Meyts,
Sanchez-Ramén, Erwa, Fischer, Lefeyre,
Hotchko, Jaworski Leavis, Boersma
Drabwell, van Hagen, Van Coiliie, Pergent,
Burns and Mahlaoyi This is an Oopen-access
anticle distributed under the terms of the

CC BY) The use, distribution or
reproduction in other forums is permitted,
provided the original author(s) and the
Copyright owner(s) are Credited and that
the original publication in this journal is
Cited, in accordance with accepted
academic practice. No use. distribution or
reproduction is permitted which does not
Comply with these terms

15 August 2023
10.3389/fimmu.2023 1245718

The PID Odyssey 2030:
outlooks, unmet needes,
hurdles, and opportunities —
Proceedings from the IPOP]
global multi-stakeholders’
summit (June 2022)

Susan Tadros', Johan Prévot?, Isabelle Meyts

Silvia Sanchez Ramon®, Nahla H Erwa®, Alain Fischer

M

Guillaume Lefeyre** Matthew Hotchko! Peter Jaworskij**

Helen Leavis® ¢ ornelis Boersma 164718 Jose Drabwell*
Martin van Hagen 2 Samya Van Coillie Martine Pergent

Siobhan O Burns® and Nizar Mahlaoui

IPOPI held its first Global Multi-Stakeholders’ Summit on 23-24 June 2022 in
Cascais, Portugal. This IPOD! imisicsi.s .. .
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In the pipes
The SIDE Project: Secondary ImmunoDeficiency

» to assess whether specific subsets of SID patients could be represented by IPOPI

Al Rare
« Exploring the potential of artificial intelligence

IPOPI Research Grants
» to promote scientific and clinical research in the field of immunodeficiencies.

IPOPI Collaborative Centres

« Expert centres will be recognized for their commitment to a patient-centred collaborative
approach in accordance with the values and principles upheld by IPOPI.

IPOPI.org
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Issues in Transitional and Adult
Care of PID Patients in Japan

Ms Tomoko Kaito
PID Tsubasa-no-Kai, Japan.

&

IPOPI.ORG




IPOPI 5™ REGIONAL ASIAN PID MEETING an IPOPI event

Issue on Transitional Care of
PID patients in Japan

Tomoko Kaito
PID Tsubasa no kai

L T2\ NPO:EA
Y ioiEzns March 24, 2024
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Activities of PID Tsubasa no kai

™ Coordination of interactions among members
e Exchange information and opinions on each disease type and theme at online
member exchange meetings
g Holding medical lectures (once a year)
® “Reversion of genetic mutation in PID -natural gene therapy- “ by Prof. Wada of
Kanazawa University Dec 10, 2023
W Medical consultation Sessions (twice a year)
e Medical advisors answer to medical consultations received from members
™ Disseminating the latest medical-related information through
newsletters and e-mails
® Ex: Information on vaccines and neutralizing antibody drugs for COVID-19



Activities of PID Tsubasa no kai

e Cooperation in the expansion and promotion of PID newborn mass
screening
® Visited to legislators to request the implementation of expanded newborn
mass screening nationwide at public expense. Submitted written request
W Activities to spread awareness about PID
e Awareness promotion activities in conjunction with World PI Week
e Information dissemination through SNS/website
™ Respond to PID inquiries from members/non-members
e Answer to specialized questions after consulting with medical advisors.
e Answer to patients concerns by board members and other patient family
members
™ Activities for physical disability certification

e Dedicated team launched to obtain physical disability certificate



Clinical pattern of the members

Patient number

XLA

CVID

CGD

Hyper IgE syndrome

HIM

FMF

SCID

WAS

Other

ADA deficiency

IgA deficiency
hypo-gamma globulinemia
NEMO mutation

Severe congenital neutropenia
AT

X-linked lymphoproliferative syndrome
IgG subclass deficiency
IPEX syndrome

TRAPS

erythromelalgia
autoinflammatory disease
No info

10

15

20

25

NPOEA
PIDDIEE DS
X S LASLLA
30 35 40

Total 174 patients
(Jan 15t 2024)



Age at diagnosis

Age when diagnosed with PID Current age of the patients
40 18
35 16
20 14
12
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Issues on transitional care and adult medical

treatment

« Difficulties in transitioning from pediatrics to adult

medicine
« Cannot find a specialist who can treat adult patients

 Difficulty of cooperation between neighboring hospitals

and PID specialists
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Ideal structure in adult medical treatment '‘©¥ripoiEzos
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e * - Dealing with daily problems
- Providing treatment guidelines Cooperation ravier, @oltl; Gite)

- Prescribing regular medications in
collaboration with PID specialists
(prophylaxis, globulin products, etc.)

- Follow-up with periodic visits

aree _

(ML ) o - Prescribing drugs that are only
"3?:}:‘ Cooperation prescribed on a monthly basis
| | B Otolaryngology,

ophthalmology,
odontology,
‘3 dermatology, etc.

<7

Other departments
in the hospital




L7\ NPOEA

Difficulties in transitional care and adult
medical treatment ——

In case of transition from child to adult

from pediatric specialist to internist

m ’\ Difficult to find internist

with knowledge of PID

~

Y . U\
— —

In case of not diagnosed in childhood

Much more severe than transition care

‘ - - ‘ Difficult to be find a doctor
i who can diagnose PID
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Summary Ve ioiEEns

T
Few internists are able to see adult patients with PID, which often makes

finding an appropriate doctor difficult. This is especially difficult in cases
where the diagnosis is made later in life.

For adult patients,

« A system in which a pediatric specialist first examines the patient and then
links the patient to an internist.

« Medical institutions that serve as centers where PID can be diagnosed and
treated

would lead to early diagnosis and appropriate treatment initiation for these
patients (or potential patients).

With the decision to implement a publicly funded policy of mass screening of
newborns in Japan, it is expected that the number of patients diagnosed with
PID will increase in the future. We expect that resolving issues now will lead
to solutions more than a decade from now.



We ask for your help in establishing cooperative
medical care that can provide peace of mind to
patients at any age.

Thank you for your attention!
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Panel discussion on the PID Life Odyssey
The Patient Journey

Ms Martine Pergent (IPOPI President),
Mr Bruce Lim (IPOPI Vice-President),
Mr Shun Kimura (PID Tsubasa-no-Kai
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THANK YOU FOR
PARTICIPATING!

To further enhance the quality of our meetings, we kindly request
a few moments of your valuable time to provide your feedback.

Please scan the OR Code:
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