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INTRODUCTION :

IPOPI, the Association of national organisations of
patients with PIDs, is dedicated to:

* Improving awareness, access to early diagnosis and
optimal treatments for PID patients worldwide

* Working with policy makers to address patients needs

* Collaborating with all relevant stakeholders to design
best approach




BRIEF OVERVIEW OF

PRIMARY IMMUNODEFICIENCIES (PIDs)

Primary Immunodeficiencies (PID) is a group of +/- 250
genetic rare disorders that could affect anyone.

PID occur in persons born with failed immune systems.

Prevalence is difficult to establish: PIDs are massively
UNDER DIAGNOSED in many countries.

PID patients can go for years being treated for their
symptoms & suffer recurring and repeated infections.
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BRIEF OVERVIEW OF \¢

PRIMARY IMMUNODEFICIENCIES (PIDs)

* Large spectrum of rare and chornic conditions (250) that
are mostly treatable and for some, curable

* Need for unique plasma-derived products -
Immunoglobulins

* Immunoglobulins:
* Biological products
e Each brand product is different
e Each patient has a different tolerability to the
different immunoglobulins
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SOME BAsIcS ABOUT THE WHO & THE ESSENTIAL \§

MEDICINES LIST

WHO's objective is the attainment by all peoples of the highest
possible level of health.

WHO'’s vision: people everywhere have access to the essential
medicines they need; that the medicines are safe, effective, and
of good quality; and that the medicines are prescribed and used
rationally.

The WHO Model Lists of Essential Medicines has been updated
every two years since 1977.

* The listis divided into two sections:

e The core list: minimum medicine needs for a basic healthcare
system, listing the most EFFICACIOUS, SAFE and COST EFFECTIVE
ones for priority conditions.

* The complementary list: essential medicines for priority diseases for
which specialized diagnostic; monitoring facilities; medical care
and/or specialized training are needed. (e.g. Immunoglobulins)



IPOPI’s AbvocAacy CAMPAIGN
- WHY WAS IT INITIATED? -

e The WHO EML had historically included Immunoglobulins — up
to the 12t Edition

19. IMMUNOLOGICALS

19.1 Diagnostic agents

All tuberculins should comply with the WHO Requirements for Tuberculins (Revised 1985). WHO Expert
Commities on Biclogical Standardization Thirty-sixth report, (WEHO Technical Fepoit Series, o, 745, 1987,
Annex 1.

tuberculin, purified protein injecton
darivative (FFD)

19.2 Sera and immunoglobulinz

All plasma fractiens should comply with the WHO Fequirements for the Collection, Processing and Quality
Control of Blood, Blood Components and Plasma Dernivatives (Bevised 1592). WHO Expert Commuittes on
Biolozical Standardization Forty-third repert, (WHO Technical Fepert Series, Mo. 240, 1994, Annax 1),

anti-D immunoglobulin injection, 250 muerograms in single-dosa vial
(human}
Hantitetanus injection, 300 I in wial

mmmunoglebulin (human)

antivenom serum injecton

diphtheria antitoxin iyjection, 10 000 ITT, 20 000 ITT in vial

mmmunoglebuling human (21 imjection (ntramuscular)
normal

mmmunoglobuling human (2, 8) imjection (ntravenous)
normal

% ¢

Hrabies imomnoglobulin myectien, 150 I m] in vial

19.3 Vaccines




IPOPI’s ADVOCACY CAMPAIGN )T

- WHY WAS IT INITIATED? -

* The WHO EML had historically included Immunoglobulins — up
to the 12t Edition

 |n 2003, WHO decides to remove IG from EML

* WHO Reasons for removing IG were:

* no need for IG’s in view of the availability of suitable
vaccines

* no WHO clinical guidelines recommending its use



IPOPI’s AbvocAcY CAMPAIGN @
- 2003-2005 CAMPAIGN-

e Several organisations requested its reinstatement in the list in 2005:
including IPOPI (patients), IUIS (medical soc) and PPTA (industry)

« WHO 2005 decision was to reject Igs reinstatement

Prevalence very rare

Insufficient evidence of efficacy

Cost-effectiveness

Are meds less essential if rare?
Prevalence of approved indications for Igs
was above EU threshold

Plenty of data of efficacy on various
indications

lgs allow for treating the cause of
symptoms rather than the symptoms
alone = cost effectiveness
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IPOPI’s AbDvocAcY CAMPAIGN \C

- 2005-2007 CAMPAIGN-

Key learning from 2003-2005 campaign — need a more ambitious,
comprehensive and structured campaign

Joint application submitted by IPOPI and IUIS

Supportive stakeholders involved:

— Patient organisations: IPOPI and 26 IPOPI members (incl. South Africa, Iran,
India, Morocco, Argentina)

— lg manufacturers: including non-for-profit association & industry federation

— Medical and nurse international organisations: ESID, INGID, European
Federation of Immunological Societies (EFIS)

— Medical and nurse national organisations: i.e. Baltic Society for Paediatric
Oncology and Haematology, Australasian Society of Clinical Immunology
and Allergy

— 44 international experts from 21 countries



IPOPI’s AbvocAacy CAMPAIGN
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- 2005-2007 CAMPAIGN-

15th Expert Commitbee on the Selection and Use of Essential Medicines

Tha nexl Exparrt Commibtes ot he Salecdien and Usa of Esseetal Madnes wil ba ekl o Ganres
Frzm 19 te 23 March 2007, Apphotioes for indusian, charge o deletion of a medizs in the
rank Hodal List of Sssential Wedicras shadd ba sact e ke Secratary of fa Cemmnee whose
addrmid o balees Bafara 18 Oibgbefer J00E Maesa noba kal all sppicatiors mil b seatad & he
walea b fer poble ca==aad gl faemw i laler than 1 Mevirsbar 208

The Secrstnry of the Expert Comm Bss on the Sslecton ard Uss of Essentinl Med cinsa
Follcy, Accens a~d Aaficnal Las

C=partmert o' Medcinsa Poicy and Starsdards

Warld Heslth Crgen aatdon

10 Fesras Aopin

CH-=1211 Genawm 2T

Swieeriared

el SR

Informaticn o be included with an application Tor inclusion, changs or
dedethon of & medicine in tha WHD Madel List of Essential Hedicines

L. Sommary stsie—snt ol the propoenl far indusien, champa or daistion

2. Hurre ol e fooal paint in 'WHD scbmBing or supsortng the applioaton

1. Hurre =l the arpanmefonis | coneclied andlar supporting the appioatias

4. Infsmaticrel Nonprooristary Mams (IR, ge-sric ~ems) of the mesd cins

%. For—ulebizn propassd lor Irelosio=; inelading ssu't and pasdiniriz (F asproprisks]

& Intsrmnticrel pvw ST - szueces, (F Esicls —enclachorers

T. Whether Isfng b reguastesd ax an Indkddusl medicine or sx an ssampks o' 8 Sherapsctc groun

A Infzrmnt on sopecrting the pobie e Es relevascs [ssdemiclgion i=lzrmaticn on dissass BSsn, pEssroTEnk
el corrent uss, Sarget populebicn)

. Tresbme-t detnis [dossgs regi—sn, Surabas; relsre-ce to =< sli=g W0 end other chnice poidelinss; ressc lor
seecinl dingnoatic o beatrment fec i ben ared gl

L0 Sum—ary =l compa-slive sffsct sense in s earisty of clinioal sstEnga:
on off dincal [ammrc = whratsgy . epte —abic ~eviean i2eni ! s, cesoone fo- ssle ot onfssr bodon
ol particular dats)
= Su—mery =f evalable deta (eporaisel < qua'ity, cutco—s meascres, su—merp o Eub)
* Sumrracy of pvalnble satmatss of compant ve sVt vstean
LL Sum=—ary =l comparativs s de~ce on a'shy
= Entimats of fotel pebisrt scocours o dabs
= Descrigtios of sdesrns sfecds/ mmctiong
* JdsnEfoation of vt noes'sly dus o hselts sysismm and patsct (ecioes
* Su=rmary of compandss safety apa mt comzaraizsrs
1E Sum—ary <! avsilabls dels o= compandye oot and cont-afectvensan wiksi- the prarmecologioel class ar
Eherapsatic grouse

= rangs of coabs of the sropcasd medicne
* co—parsbes coab-atect vensan presssbsd o8 rengs of cost per coaftins cutco—e Deag. cont per ones, ook Eer
ours, pzat per moeth of resbmest, coat per ones orecenisc | cont per clincel ssent orecsnisd o, | poank s
arael relesnnt, oot per gonlEy-adjonisd |#s yeer gainsd)
13 Sum—ary =l regolaizry satus of the —sdicins [i= coustry 2! ariging ard prefsssb'y i= cther cousbrss on weall |
U4, Ayl iy ! wl (8- 8, I-ter-gHonal Fhomaccposia, Unkss Sabs
framecoEosin
LE Peopossd | e faclapied | best lor the WHO Model Pormudary

Tintoration =8 coat and coas-afiectiverse thockd profEns g rafer o BeEtegE GREANT markd murcs? pricen 5e DEE i 0
Jearpsnans Devg Frios [echaain dweds, B samr il medc nen pricirg mevics @ravided bs el sl min rinirec Ty MaragEmens

Carefully prepared application, following
the administrative process:

Application prepared by IPOPI and IUIS
+ cooperation of leading medical
experts

7 annexes were included to the
application on different aspects:

Supportive literature on medical
aspects

list of supportive IPOPI members;
List of supportive national +
international medical
organisations;

List of manufacturers



IPOPI’s AbvocAacy CAMPAIGN

- 2005-2007 CAMPAIGN RESULT -

11. BLOOD PRODUCTS AND PLASMA SUBSTITUTES

WHO 2007 EML
for adults

~WHO 2007 EML
for children

11.1 Plasma substitutes

0O dextran 70*

Injectable solution: 6%.

* Polygeline, injectable solution, 3.5% is considered as equivalent.

11.2 Plasma fractions for specific use

All plasma fractions should comply with the WHO Eequirements for the Collection, Processing and
Quality Control of Blood, Blood Components and Plasma Derivatives (Revised 1992). (WHO Technical

Report Series, No. 840, 1994, Annex 2).

Complementary List

human normal immunoglobulin

Intramuscular administration: 16% protein solution.
Intravenous administration: 5%; 10% protein solution.

11.2 Plasma fractions for specific use

All plasma fractions should comply with the WHO Requirements for the Collection, Processing and
Quality Control of Blood, Blood Components and Plasma Derivatives (Revised 1992). (WHO Technical

Report Series, No. 840, 1994, Annex 2).

Complementary List

human normal
immunoglobulin

Intramuscular administration: 16% protein solution.*
Intravenous administration: 5%,; 107 protein solution.™*
Subcutaneous administration: 15%%; 16% protein solution.*
* Indicated for primary immune deficiency.

**Indicated for primary immune deficiency and Knwasaki disease.
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IPOPI’s AbDvocAcY CAMPAIGN \C

- WHO EML CAMPAIGN: SPILL OVER EFFECT -

* On the basis of the EML contain, IPOPI and IPOPI members
have been able to advocate for Ig availability in different
countries in the world, including Bosnia and Herzegovina,
Bolivia, Poland, etc.

e Thanks to it, a couple of parents from Bosnia and
Herzegovinian managed to get access to Ig for their son.

* Given our constructive interaction with the WHO from
2005-2007, IPOPI became engaged in a dialogue with
other WHO units and works on different dossiers:

* Blood donation — key for Igs — in regular contact with
the unit in charge of Blood & Transfusion Safety

* Member of the Global Forum for Blood Safety

* Achilles project






