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International level

« Advocacy towards WHO
« WHO Model List of Essential
In Vitro Diagnostics

« 2 stage consultation for update
Successful 1st stage
Joint application with IUIS
Support of 8 scientific organisations &
2 pharma platforms & other stakeholders
Working on 2" stage
Deadline 15 November

@
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World Health Organization Model List of

Essential In Vitro Diagnostics
First edition (2018)

16 May 2018



At regional level

* PID Forums (*)

* Different relevant topics for EU

» Development of policy documents -
« Upcoming 12 PID Forum — 27t November, Brussels
* Open to all European NMOs wishing to come

2 grants available to NMOs per Forum

» Regional advocacy training workshops (*)
« Support development of advocacy & media skills
» Help implementing realistic & actionable advocacy plans®
* |dentification of regional priorities
@ * Promote cooperation amongst national representatives
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At national level

« SCID NBS national campaigns
« So far, IPOPI has supported 4 national campaigns
» Currently supporting a campaign in Spain

« Advocacy & policy support to NMOs (*)
* On the basis of NMO needs

« Different tools:
» Letters of support
» Letters to policy makers
« Feedback on campaign and/or materials
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Advocacy materials & publications

« Advocacy materials
* No need to reinven
« On different topics

the wheel — check IPOPI’s website HEAE

e
INODEFICIENGIRS
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1POP1 Position Statsmant
Z1ka iz

ZI3 irs was TSt I0ENSTC 11 LIGANG In 1847 200 the TSt NAMaN INEClions wers regoned In
e eany 1950 In TECent MoNinS SIgnTIcant cuUrEIKS Of ZE VIS In CTerEnt ragions and
partouary In Gentral an@ Souin AMEnca MEve CIUGAL e aiention of Reaim aUthaies
worlgwide. ZIka vius has been deciared 3 pudllc healih smergency of ntsmatonal concem
(PHEIC) by Me Wona Hestn Organisatcn (WHO) aRer 3 subetaniar spike of cases of

* Publications

yrirome (GBS In the Ameicas. WHO Gefines 3

July 2017 PHEIC 35 "an exiraordinary event Which ' 10 consbiie 3 pUDIC Nealh FsK 10 omer siates

SYSTEMATIC REVIEW ARTICLE = Introdustion the mamaionai spreag of disease 3N to patentiaRy Tequie 3 copTNat=g Intemational
Front. Immunol., 02 July 2018 | htps://doi.org/10.5 s

Shosktor The Patient O for Primary {\FOF‘[) is the Symptoms

Sssckefon Of el el p fiert owes, e o Impeoving i 1t should be noted that only 20% of IndMiduals infected with ZIka virus become symptomatic.!

_ 5 s Ga32025 and L eSS ot eogl Wi Srmay TGS s The main SymMpIoME of ZI3 Vins Ssesse are usiaty M TV, SKT T3 10 CONCE,

Patient Preference and Adherence Dove {PIDs) worldwide. Iastng for 27 Qays. Following ine recent outoreak n Brazd (2015). Gusters of GBS and

Pregnant women gNIng DEN o DADES WM MMCTOCEPMA (UTUSUENY SM3ll NESTE and
‘3DNOMMIalY JEVEIPED Drans) Nave DESN (EMPOrary 3E50GIE0 WIN ZR3 WIS FANSMISSIoN In
SOme satings. Wiist 3 C3US3NVE BIK Detween ZK3 VTS 3N MIcDeEgnaly | GBS remains
De fmiy established, due o the absence of anofiier expianaon for Miese clusters and

PIDs are a group of more than 300 genetic rare disorders in which the immans system
does not work adequately or at all. PIDs are ofien regarded 3s a group of condiions
typicaly observed in paediatric age. However, PiDs affect patients Byroughout their e,
and with increasingly more knowledge and awarensss about rare dissases, more
attenton should be paid to specific stages in Ife whers support is key in ensuring the
well-being and the quality of care of the patent. such as during adolescence. early
adulthond and at kater stages m Ife. Moreover, mproved medical care, scientfic
developments and increased knowlsdge about PIDs have led to greater sunviva in ‘
pasdiatric patients, so that the cohort of patients enfering the adult age is now increasing [ramoaties
with 3 fhe repercussions His may entail = terms of ssrices and support needed et e

What Is the Burden of Immunoglobulin
Replacement Therapy in Adult Patients
With Primary Immunodeficiencies? A
Systematic Review

a8 ORIGINAL RESEARCH
Improving current immunoglobulin therapy

for patients with primary immunodeficiency:
quality of life and views on treatment

T, oy
. _ i . P et s 5
Georgina L. Jones'*,  Katharina S.Vogt',  Duncan Chambers?, ' Mark Clowes? and 204 The IPOP1 Recommendations on transition of care and ageing with 2 PID are amed at o ang sexual
- pY Mmoo xite o ke providng an owerview of the key issues faced by PID patents when entering adulthood
Anna Shrimpton® T 5 ” 8 March 2018
and at a later stage in their fite, as well as supporting pabent representafives in their farc tse qunce*
) Yoress Epangit Background: Subeutancous o intravenous imumoglobuli replcement i the mainsiay of Siuocacy oo, heatcare proessionals n Sl pracice and encouragng Py b S
P b, ; % , H + ptints with pima ; i =
Depacimen i Eisgcheloay Shhonl of Sl Scibness Laods Becke: Unkvasky, Leedio Ui ingils Jon Frevr iemen e o ) Tt e St it in i IPOPI POSITION STATEMENT i et
School of Health and Related Research, University of Sheffield. Sheffield, United Kingdom ose DrabwelF study was 1o ain a wndersanding ofhow exsing PID thrapis afec atcat s and o
3 2 7 o ity desred mprovescais o immunoglobuln e The Recommendations are based on the outzomes «f the IFOPL % PID Fonuh on Access to immunoglobulin therapies for patients living with a primary
Clinical Immunology and Allergy Unit. Northern General Hospital. Sheffield Teaching Hospitals and NHS Laurence Otding' Meshods: A ouine qussiSRTATE Was made avalbe (hTouEh 1 Intematcnat Paicn “Growng oider with a PID: transition of care and ageng’, chaired by the Member of the immunodeficiency opunitidics
Foundation Trust, Sheffield. United Kingdom e Primary i European Parfiament Dr Elena Genile (32D, lisly) and supported by Mr Carios Zomnbo i ’
Unbeersty Hospial, Barcelons. Spain: ! e = : 54D, Portugal) in June 2017 at the European Parliament (Brussels, Belgium). This statement is infended o provide a summary of IPOPI's position with regards to the
e of e Form 12 Health importance of ensuring access to the most appropriate immunoglobulin (IG) therapy for
o Survey and EurQul 5 Dimensions, patients living with a primary immunodeficiency (PID) following @ doctor-patient shared ——
" Results: A total of 30 responded o the svey (725 paticats with PID and 28% cregivers) decision-making process. IPOP is concemed by recent developmenis in several countries that
London, UK. from across 21 countries, mostly the UK, Sweden, Canads, France, Germany, and Spain, may restrict access o the most suitable |G therapy for individual patients or force PID patients. O Ty,
3 2 o] to switch from ene IG therapy to another.
vl R st
that immunoglobulin therapy provides for patient health and well-being. However, patients 1G therapies are life-saving therapies for PID patients with lfe-long, chronic conditions. They —

INTERNATIONAL
PATIENT ORGANISATION
TR FRIMARY IMUNCOEFICIENCIES

Femained belorw the physical and mental well-being norms for health-related quality of Tife
as determined by the questionnaire. Al respondents cxpressed a desire o -weekly infusicas,
the ability 1o administer these at home, sel-administration, shorter duration of administration,
and fewer needle ticks.

Conclusion: The results of this survey hig

izht the importance of providing access fo dif-
ferent treatment opdions and modes of administration 1o ensure {ndividual patient needs are
best met

¥ ity o life, patient nesds, patient
sutisfuction, conjoint analysis

are biological therapies derived from human plasma. IG therapy is the most important
treatment for a majority of PIDs, a3 ft heips to protect patients against a range of infections and
o reduce autoimmune symptoms. IG therapy is used to treat varicus PIDs, including but not
limited to commen variable i (CVID), X-finked (XLAY,
X-linked hyper-immunoglobulin M (Hyper-IGM) syndrome, Wiskott-Aldrich syndrome (WAS),
severe combined immunodeficiency (SCID) and other combined immunodeficiencies. IG
therapy is a life-long, ifs-saving treatmant which must be administered regularly. Thers is no
altemative treatment to IG therapy for mest primary immunodeficiencies.




IPOPI NMO Programmes

Saara Kiema
NMO Programmes Officer

24 October 2018
Lisbon

INTERNATIONAL

PATIENT ORGANISATION
FOR PRIMARY IMMUNODEFICIENCIES



Contents

« NMO Programmes
« Key events
* Online resources
« Grant programmes
« WPIW
* PID Genius

« Stakeholder communications
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NMO events

 Global Patients’ Meetings

* Regional Patients’ Meetings
« Back to back with regional societies: ASID, LASID, SEAPID, APSID

« National Patients’ Meetings
« NMO Launch Meetings

» Regional and National Clinical Care Meetings
* Next one in Bangkok, 10-11 November 2018

%Philippines AONES]
a

14 h
4

8




NMO online resources

IMPROVING PID PATIENTS’ LIVES. WORLDWIDE. Search IPOPI website

IMPROVING PID PATIENTS' LIVES. WORLDWIDE. Search AOFY websie q INTERMNATIONAL Home AboutiPOPI ©QurWork PIDs NMOs +* Publications IPOPIPIDMap Media e-News
b
Home  AboutPOM  OurWork PIDs  NMOs - Publications  IPOPIFID Map  Media  eblews  IPORITY
P CRALEATOR
- Leaflets

NMO Toolbox

Communications and media

el Guidielines (PDF)

Cheeicliag or s Effective Pres Conferene (#0F)
Broadesss Guidelines - TV end Radio (POF)
Cesebrity ulfolines (POF)

MAMD Ewerie Chieckiiae (FOF)

Fundraising

Eigidelines o Corpodale Spahaniship (PDF
Everviive of Cromiuinding snd Cnline Fundratsing Tools IPOF}

MRAC Skills Manusl [PRF)

Policy and advocacy

Guitde to Sovernment Relations (FOF)

PO Princigies of Care

23RD MARCH 2018
New series of IPOPI PID information leaflets published

IPOPI has since 2011 been producing primary immunadeficiencies (PID) information and a
new series has just been published. This last series comprises 3 leaflets...

IPOPI PID Map

Click on a country below to find out more inforr
about Primary Imunodeficiencies (PID) at nation

Z9TH APRIL 2016

repl therapy, A guide for general practitioners, How are
primary immunodeficiencies classified?

The first leafiet ITmmunoglobulin replacement therapy - One size does not fic all' explains the
wvariety of factors that patients with PIDs should consider, and...

~

Map  Satellite

TETH JANUARY 2015
When to give IG replacement therapy, PID and respiratory disorders, PID and
gastrointestinal disorders, and more!

| Terrain

b

Two of this series’ leaflets focus on PIDs and specific related conditions: PIDs and
Gastrointestinal disorders and PIDs and Respiratory Disorders. Two others...

Japan
K
20TH DECEMBER 2013
and PIDs, Autoil ity and i ion, Pl derived
therapies

T Nigeris
R ot ~X
Il

South Africa

Map data @2018 | Terms of Use



NMO grant programmes

IPOPI has two grant programmes and toolkits to support its
NMQOs carry out awareness and advocacy campaigns ’

Badz zdrowy!

Poradnik dla pacjentow i ich rodzin




WPIW 2019 will
have a fresherlook g8 >
with new innovative' -

WE‘ARE GEITING A 7 {1 o™ "l g2Y
\ NEW LOOK' kT . -stdyt.uned. _ .

e



PID Genius — update 2018!

langusge and create
= your sccount.

Fill in your profile.
. Choose your

Mark down all of your
treatments.
!

\

@.

\
\
AVAILABLE =T
IN DIFFERENT |
LANGUAGES —
: 7 /
7/ / /

List the medicines

DISCOVERALL . =

- \ FUNCTIONALITIES

/ /
’
/
/

’

Keep track of your dally
conditions (weight,
feelings, pain and more).

PID GENIUS HELPS YOU MANAGE YOUR CONDITION AND TREATMENT.

PID GENIUS s a dynamic app developed by IPOPI that allows people with

4 primary immunodeficiencies to better deal with their disease. It plays the
. i role of a personal assistant that helps them keep track of their treatments,
| od health and most . The recent.
58 "l 3 PID GEMIUS restyfing Introdu many i more k to
E‘rﬁrmm choose from, betler user and enh. d text
s

INTERNATIONAL
PATIENT ORGANISATION
TR FRIMARY IMUNCOEFICIENCIES

IPOPI (the International Patient Orga: for Primary )
s the leading advocate for primary immunodeficiency (PID) patients
IPOPI s to access 1o early
and optimal for people with PiDs worldwide through

global collaboration.

Gel 2 report on your key




Stakeholder collaboration

* IPOPI Medical Advisory Panel Support
 Collaboration with medical societies (ASID, SEAPID, LASID)

* Research projects — RECOMB

» Developing gene therapies for RAG1-SCID

» Closely working with Advocacy and Health Policy Manager, Leire Solis
and Communications Manager, Magda Lourencgo

®)C Recomb



In the pipeline

Advances in management and treatment of CVID,
y Prof Klaus Warnatz

18 at 2:00 pm (WET)
Martine Pergent, and Klaus Warnatz

e Clinical Care Webinars

* first one on 14th November: Advances in
management and care of CVID, by Prof Klaus
Warnatz

* Registration now open!
* P|Detect

 Diagnostics training programme established by IPOPI
* Pilot done for Indonesia in December 2017

 Collaboration with ERASMUS University Hospital,
Rotterdam

@ » Goal to train doctors on PID diagnosis and have them
teach the acquired knowledge in their country
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Communications’ update

Magda Lourenco

Communications Manager




Video — PIDs in Africa

~ * 650,000

THERE ARE 650,000 PEOPLE
WITHAPID IN AFRICA

THERE ARE ONLY 2,500 DIAGNOSED
PATIENTS

WHERE ARE THE REST?

IMPROVING
PRIMARY IMMUNODEFICIENCIES'
AWARENESS AND CARE IN AFRICA

P> »l & 003/225

Primary immunodeficiencies in Africa

536 visualizaces s 11 &1 & PARTILHAR =

- Following Poster POTENTIAL FOR 4

MANAGEMENT OF PIDs IN AFRICA (ASID . PRIMARY IAMUNOOEFCENCY PATENTS

2017meeting) 3 g —
@ - To raise awareness of PIDs by sharing '

statistics and simple means of diagnostic.
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Video - RECOMB

c

RECOMB - Stem-cell based gene therapy for recombination deficient SCID

- Several complicated concepts
- Novel treatment
- Reach a broad yet focused audience
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PATIENT ORGANISATION
FOR FIARY WUALNCDETCIBCIES



Publications

Leaflets

24,713
% of Total: e
100.00% e :
{24,713} X ; ;A;Hﬁ‘éig:‘_'gcﬂ@\.
o 1. Home - IPOPI 8,002 (32.38%)
(] 2. Page not found - IPOP 1,548 (6.26%)
(] 3. Leaflets- |POPI 971 (3.93%)
] 4. IPOPI PID Map - IPOP| 899 (3.64%)
a 8. Member organisations - IPOPI 873 (3.53%)
@ 6. New series of IPOP| PID information leaflets published - IPOPI 676 (2.74%)

o 7. What are FIDs? - IPOPI 661 (2.67%)
= 8. List of Some Primary Immunodeficiencies - IPOPI 581 (2.35%)
(] 9. cCalendar- IPOFI §72 (2.31%)
) 10.  Survey on Switching |G Therapies - IPOPI 484 (1.96%)

- Always amongst most read IPOPI.org pages
- Next 3: CVID, Guide for Internal medicine specialists, PIDs and HSCT

I . -
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Publications

e-Hewg Sammer 018 ke th b emall I yonr powser

e-News Summer

! e'-g_’ews Summer 2018

T Top links clicked

From the Chairperson's desk

s beus. 6t ournemsitienwe Bingwounews:ofibBhs https://e-news.ipopi.org/11th-ipopi-eu-pid-forum-the-case-of-pids-towards-a-revision-of-paediatric-regulation/
actions which have taken place in the lsst fewe morths inoall
regions of the World sz IPOP| supported the organisstion of
20 national MMO aweareness and advocacy campaions during
wiorld Primary Immunodeficizncies Week 2018, bringing our
total number of WRRY supported campaigns wel over 120
since the inception of the campsign in 2011

https://e-news.ipopi.org/xv-ipopi-global-pid-patients-meeting-in-lishon/
https:/{e-news.ipopi.orgfworld-pi-week-2018-raising-awareness-of-pids-around-the-globe/

IBOPT News https://e-news.ipopi.org/jose-drabwell-appointed-as-officer-in-the-order-of-orange-nassau/

https://e-news.ipopi.org/european-conference-on-rare-diseases-in-vienna-austria/

= == . o R e ]
¥ IPOPI Global PID Patients 11th IPOPI EU PID Forum —towards
Meeting in Lishon a revision of Paediatric Regulation:
I\POPI iz looking forward to welcoming il the case of PIDs

Mational hiember Organizations (NW0s) later IPOP| organized the 11th edition of itz PID

this year in Lisben for the X\th IPOP| Global Forum, hosted by WMEP José Indeio Faria (EPP
PID Patients' Meating taking place in on Portugaly. WMEP Tomas Zdechawski (EPP,
Detober 24-27 inthe amazing city of Lisbon, Czech Republic)and WMEF Bena Gentile (S&0
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IPOPI
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Top media Tweet carmed 623 impressions

#RecombEU is a project funded by the
@EuropeanCommiss's #Horizon2020 that
aims to develop #GeneTherapy for
#RAGSCID patients. IPOPI is one of the
partners and is pleased to share the newly
launched project leaflet bit.ly/RecomblLeaflet
#genetherapy #5CID #precisionmedicine
pic twitter.com/pgxSwZwREX

£2310 W12

| View Tweet activity | View all Tweet activity

Social media — Twitter

Top media Tweet carmed 2,781 impressions

IPOPI's 11th #PIDForumEP is today in
Brussels, 16h30! Check the programme &
join the discussion on #PIDs & revision of
the #paediatricregulation bit ly/2yJ2bm4
@EdithKlapwijk @PlasmaProteins
@EU_Commission @JoseDrabwell
@martinepergent @TomZdechovskyEP
@elena_gentile
pic.twitter.com/mNUKKEGNgF

213 W15

View Tweet activity Wiew all Tweet activity

Tup Tweet camed 1,778 impressions

Big shout out to #PID patients in Africal

This #ANPIW IPOPI is launching an
awareness video about
#primaryimmunodeficiencies in Africa.
Testing, diagnosing and freating PIDs is
possible.

Watch it on tvipopi.org and RT @tdkdieye
@PINSA_ZA pic.twilter.com/ac9Xyeb8tw

212 W13

View Tweet activity | wigw all Tweet activity



Social media — Facebook

22/04/2018 Today starts World Primarny Immunodeficiencies § A 11K

10:00 .M eek! Learn about the campaign and (et us know '
18/05/2018 v A IPCIFL s running an anonymous survey' on switching A 1K

1747 <0 Immunoglobulin Products to help us better

D&/07/2018 m IPOP! s planning its X PID Patients #GlobalMeeting o @ 18K

17.24 =i aking place in Lishon, Oct 24-27, back to back with '
19/10/2018 =8 IPOPI Autumn e-News is here! Read the latest details & @ 1 1K —

1639 & about the Global FID Patients meeting, the

.
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IPIC2019

Hama Maating information Fartizipants A bestrects Spensais and exhibiers ot

- IPIC2019 S p
DIAGNOSIS AND CLINICAL CARE
6/8 NOVEMBER / MADRID, SPAIN,, .
atad it Ay L T

REGISTER NOW g8
A

= presentatiarwill e

¥ In Febrog

IPIC2019 - DIAGNOSIS AND CLINICAL CARE
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Thank you!
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