ORDU BAROSU BASKANLIGI’NA

KONU: Yardim ¢agrisi talebimizin sunulmasi hk.

Smatip1 Hastasi oglumuz Demir Ali BAYRAKTAR adina baslattigimiz
kampanyaya destek olunmasi agisindan,

-Ordu Barosu nezdinde pandemi sartlarina uygun olabildigi muddetge BILET
satilarak gelirinin kampanyaya aktariimasi,

-Demir Ali adina tarafimizca bastirilacak dogumginu tebrik kartlarinin baro
odalarinda 100 TL karsihiginda talepkarlara verilmek tzere bulundurulmasi,

-Adliye’de baro odasina muhafazasi baro personelince mumkin olan odaya
Demir Al'ye Umut Ol kumbarasi konulmasi,tebrik kartlarinin satis bedelinin de bu
kumbarada bagis olarak biriktirilmesi

-STK'larla kurumsal gériisme ve temas saglanip ortak bir basin agiklamasi
yapilimasi

-Diger barolara da kumbara goénderilmesi,

SONUC VE ISTEM: Arz olunan taleplerden uygun gorulenlerin kampanyaya destek
amacl yururluge konmasini arz ve talep ederiz.

Av. Ezgi KARA BAYRAKTAR
(703 sigil n

Av. ibrahim Kubilay BAYRAKTAR
(813 sicil no)
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TUM BARO BASKANLIKLARI’'NA
Goénderilmek Uzere
ORDU BAROSU BASKANLIGI’NA

KONU: Yardim cagnisi talebimizin sunulmasi hk.

Smatip1 hastasi 17 aylik oglumuz Demir Ali BAYRAKTAR adina
yurtdisl menseli bir site Gzerinden 14.08.2020 tarihinde bir kampanya baglattik.
Kiglik caph yardimlar ile 170.000 Euro’'ya ulastigimiz bu kampanya Hollanda
iizerinden Mehmet OZTURK adli akrabamiz tarafindan Demir Ali yararina baslatildi.
Kampanyanin amact Demir Ali 24 aylik olmadan hastaliginin kalici tedavisi olan
ZOLGENSMA adli gen terapisine ulagmaktir. Bu tedavi Amerika’da ve Avrupa’da
uluslararas! hasta kabul eden hastanelerde yapilmaktadir. Toplanan paranin vergi
kisittamasina ugramadan anlasacagimiz hastanelere ulasabilmesi icin (ekte teklif
evraklarini sunduk ve bircogundan da davet mektubu aldik, hastaneler agistndan
halen karar ve arastirma asamasindayiz, karar verdigimizde teklif formlarini
imzalayip gonderecegiz) Hollanda’ da Demir Ali adina vakif kurmaktayiz. S6z konusu
kampanyanin yurtdisinda baslatimasinin sebebi Tirkiye'de bu siteden kampanya
baglatilamiyor olmasidir. Bunun diginda ekte Genetik Test Raporu, Turkiye'de SMA
hastaligi acisindan klinik testler yapan kendi doktorumuz Prof. Dr. Haluk Aydin
TOPALOGLU'ndan aldigimiz oneri/tavsiye yazisi ve hastanelerin tarafimiza sundugu
teklif mailleri mevcut olmakla birlikte bilgilerinize sunuyoruz.

S6z konusu hastalik tlke gapinda nadir olsa da bundan 2 sene
énce ciddi bir kamuoyu baskisiyla geri 6deme kapsaminda olan bir ilag tedavisine
sahiptir. Bu ilacin adi SPINRAZA olup normal sartlar 0-2 yas araliginda émur sresi
olan bebekler bu ilagla omur surelerini uzatip, kaslarini kullanma kapasitelerini
arttirmaya calisiyorlar. Bu ilacin tek dozu 60.000 dolara ithal ediliyor. Ve bu bebekler
4 ayda bir belirli testlere tabi tutulup ilaglari almaya cahlsiyor. Bu durum saglik
bakanliginin tzerinde bir yik olarak gorildiginden kampanya konusu 2.100.000,00
EURO fiyati olan FDA ve EMA onaylarini almis ZOLGENSMA adli gen terapisinin
geri édeme kapsamina alinmast acisindan olusabilecek kamuoyu ve baskilardan
cekinildiginden gesitli nedenlerle soz konusu ilac Turkiye'de ruhsatlandiriimiyor.
Bunun sonucunda ise Valilik nezdinde yaptigimiz yardim kampanyasi basvurusu da
Saglik Bakanhgrndan olumsuz gorus verileceginden nispetle surincemede
birakiliyor. Kisacasi Saglik Bakanhgrnin bu ilag agisindan Demir Ali nezdinde
olumlu goriis belitmeyecegdi bir tablo ortaya ciktigindan gerek Tlrkiye Barolar Birligi
nezdinde gerek Barolar nezdinde aktif katilim saglayacak ¢oziim yollarina ihtiyag
duymaktayiz.

Mesleki birlik ve beraberligin her turlt tarafgirlige kapall halde
ortak noktada bulusulmasi gereken bu gunde, tum Barolari iki Avukat meslektagin
hasta evladina kayitsiz kalmamaya, blrokratik ve kurumsal&ngelleri bahane
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etmemeye ve anne baba olan tum meslektaglanimizi kendi evlatlari olsa ne

yapacaklarsa ayni sekilde elini tagin altina koymaya davet etmek zarureti hasil
olmustur.

@ Oncelikle son derece kalabalik mensubu olan ANKARA, iZMIR
VE ISTANBUL Barolar’nin o¢nculik etmesi talebimizdir. Asagida tek tek
siralayacagim ¢oziim onerilerini yalnizca bir bebegin hayatinin kurtulmasi agisindan
degerlendirmenizi rica ediyorum.

Ruzgar ERDOGAN adli  SMAtip1  hastasi bebegimiz
@riizgaryuruyecek adli instagram hesabinda yine bizim gibi “gofundme” sitesi
izerinden baslattigi kampanyada “hani bu kampanyanin valilik izni demeyen”
meslektaslari tarafindan yapilan dayanisma vesilesiyle istenilen meblaga ulagiimistir.
Ruzgar bebegin annesi ve babasi LCW calisani olup LCW magazalarinin Trkiye'nin
tim bolgelerindeki “asgari tcretle” galisan iscilerinden destek alarak kampanyayi
tamamlamigslardir.

Boylesine bir durumda iki avukat meslektagin ortak ¢ocuklart 17
aylik Demir Ali i¢in elini tagin altina koymayacak bir meslektasim oldugundan higbir
siphem olmasa da konuyu gundeme getirmek agisindan BAROLARIN ve
BASKANLIKLARIN ortak sesi bizler igin zaruridir. Bu da ancak teknoloji ¢aginda
sosyal medya hesaplariyla ve dizenli araliklarla ortak atilacak SMS yolu ile olacaktir.
Ayrica Ulkemizde 100.000'den fazla Avukat meslektasimizin oldugu g6z onune
alindiginda her biri agisindan 20 EURO'luk katki ile kampanyanin ¢ok kisa siirede
tamamlanacag: asikardir.

7 ay gibi kisa bir vaktimiz oldugundan taleplerimizin ivedilikle
olumlu bir neticeyle sonlandiriimast igin is bu basvuruyu yapmak zaruretimiz hasil
olmustur. Burada gozetilmesi gereken bir bebegin hayati olup sonug ve istemdeki
taleplerimizin kurumsal yapi igerisinde hayata geciriimesinin  kurumsal kimlik
acisindan son derece o6nemli oldugunun altinin cizilmesi gerekir. Barolar iki
meslektasinin gocugunun hayati hususuna sessiz kalmayacaktir. Bu mesajlarin
atilmasi icin Barolarin tiizel kisilikleri kapsaminda kimseden icazet almasina ihtiyacl
yoktur. Zira burada s6z konusu olan haklarin en kutsali olan “Yagsam Hakki"dir.

SONUC VE ISTEM: Arz olunan nedenlerle;
, Konuyu ekseriyetle gundemde tutmak ve kampanyaya tim
meslektaslarimizin dahil edilmesi adina ivedilikle ve oncelikle;

Haftalik olarak tum barolarin kendi Uyelerine asagida yazili ortak
metni zaman kaybetmeksizin ve diizenli araliklarla SMS ve mail olarak atiimasi;

“Ordu  Barosu mensubu  Av.Ezgi &Av.ibrahim  Bayraktar adh
meslektaslarimizin oglu minik Demir Ali yiirimek icin yardimlarimzi bekliyor. Olimciil bir genetik
kas hastaligi olan SMA Tip1 ile savasinda artik FDA ve EMA onayli tedavi bmudu var. ihtiyaci olan

gen terapisini alabilmesi igin ¢ok az zamani kaldi. Hep birlikte bagarabiliriz. Demir Ali'ye umut

olabiliriz.
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Sticky Note


Demir Ali adina kurulan Umut Kumbarasi isletme ibanindan bir seyler satin alarak bagis yapip
asagidaki iban ile ona destek olabileceginiz gibi,

iBAN: Tidiceonde deoeegisaiadededsled IBAN NO TR72 0001 2009 6490 0009 0095 82
Azime Ece Kara

Halkbankasi

iletisim:05436211293

www.behopefordemirali.com

Baglantisina tiklayarak da bagista bulunabilirsiniz. “

2- Her baroya konuyu aciklayici ve kamuoyunu harekete
gecirecek bir afis asilip meslektaslar konudan haberdar etmek Ulzere calisma
yapilmasi (Talebin kabulii halinde tum Barolar adina afig hazirlanacaktir.)

3- Kamuoyu olusturulmasi igin tum Barolarin sosyal medya
hesaplarinda ve internet sitelerinde duyurular yapiimasini arz ve talep ederiz.
07.09.2020

Av. Ezgi KARA BAYRAKTAR
(Ordu Barosu 703

Av. ibrahifn K bilay BAYRAKTAR
(Ordu Barosu 813 sicil no)

—HtC

Eki:

Genetik tani testi 6rnegi

Prof. Dr. Haluk TOPALOGLU’nun tavsiye yazisi
Hastanelerden alinan davet mektuplar érnegi
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GENETIK TANI MERKEZi
MOLEKULERGENETIK LABORATUVARI

Hasta Adi: Demir Ali BAYRAKTAR
TC: 66040079192
Dogum Tarih: 03/05/2019

Endikasyon: SMA? Analiz Yontemi:

Numune: Periferik Kan

soNUG: HOMOZIGOT SMN1 DELESYONU SAPTANMISTIR

DNA Dizileme

Periferik kandan izole edilen gDNA dmegi kullanilarak SMN geninin telomerik (SMNT, tel SLM) ve
sentromerik (SMN2, cenSMN) kopyalarina ait ekson 7 ve ckson 8 bdlgeleri PCR ile cogaltilip DNA dizileme

yontemi ile analiz edilmistir.

Sonug olarak Homozigot SMN1 delesyonu saptanmistir. SMN2 geninde Homozigot delesyon

saptanmamistir.

SMNT1 kopya sayist 0, SMN2 kopya sayis1 2'dir.

NOT: Bu rapor delesyon analizini kapsamaktadir. Farklieksonlardaki nokta mutasyonlari ve gen

amplifikasyonlar: aragtirilmamigtir.

*Bu raporun klinik belirtiler ile birlikte degerlendirilmesi ve genetik danisma alinmasi onerilir.

Saygilarimla.

Ted.Pog. Dx. Huxat BUYOROOEAM
Ganetik Tans Meaxkesi Joruslusw
fig. Teswil No:i48823 O6K Rurum Kodw

ARIAEL2L

Maltepe Mah. Edimne Curpic1 Yolu No:9 Ig Kapi No:9 Cevizlibag-Topkapt, 34010 Zeytinburnu [stanbul-Tiirkiye
Tel..0850 283 60 00

wwiw.istinye.edu.tr
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Statement on data accuracy issues
with recently approved gene therapy

For Immediate Release:
August 06, 2019
Statement Fronu
Director - Center for Biologics Evaluation and Research (CBER)
Peter Marks M.D., PhD.

As a public health agency, we believe that it is critical to facilitate the development of
innovative safe and effective medical products, like the cellular and gene therapy products
that have shown enormous potential to treat previously untreatable diseases. As part of
the approval process for biological products, the agency reviews extensive information
submitted by manufacturers, including details of how the product is made in a
reproducible manner, how it has been lested in animals, and how it has been investigated
in human clinical trials to demonstrate its safety and efficacy.

Tt is the manufacturer’s responsibility to submit complete and accurate information in
marketing applications for evaluation by the FDA. If we become aware of a concern with
data submitted to the agency as part of our review of a product application, it is in the
best interest of patients, their caregivers, and the public that we disclose such
information, to the extent permitted by law.

On May 24, the FDA approved Zolgensma, a gene therapy product intended to treat
children less than two years of age with spinal muscular atrophy (SMA) with bi-allelic
mutations in the survival motor neuron 1 gene — the most severe form of SMA. SMA isa
leading genetic cause of infant mortality. Subsequently, on June 28, following the FDA’s
approval of the product, the agency was informed by AveXis Inc., the product’s
manufacturer, about a data manipulation issue that impacts the accuracy of certain data
from product testing performed in animals submitted in the biologics license application
(BLA) and reviewed by the FDA.

The FDA is carefully assessing this situation and remains confident that Zolgensma
should remain on the market. Out of the large amount of submitted information reviewed
by the agency, our concerns at this time are limited to only a small portion of the product
testing data that was contained in the marketing application. This product testing data
was used by the manufacturer to support the development of its production process for
the product. These data do not change the agency’s positive assessment of the
information from the human clinical trials that were conducted as part of the
development program. The totality of the evidence demonstrating the product’s
effectiveness and its safety profile continues to provide compelling evidence supporting
an overall favorable benefit-risk profile. However, the integrity of the product testing data
used in the development of the product’s manufacturing process is still a matter that we
are continuing to evaluate and take very seriously.

Ensuring truthful, complete and accurate data in product applications is a critical
component of industry’s responsibility as they work to demonstrate the safety, purity, and
potency of biological products. The submission of such truthful, complete and accurate
data is also critical for the FDA to be able to protect the public health, and the law
requires it. We are carefully assessing the issue of the manipulation of the product testing
data used in the production process and are conducting a thorough assessment of the




information from a recently completed inspection. In part, this will allow us to determine
the implications for the FDA’s scientific review of the information in the BLA and will
allow us to amend our publicly posted BLA reviews, as appropriate.

We are also aware that AveXis became aware of the issue of the data manipulation that
created inaccuracies in their BLA before the FDA approved the product, yet did not
inform the FDA until after the product was approved. The agency will use its full
authorities to take action, if appropriate, which may include civil or criminal penalties.

We recognize that parents of, and health care professionals for, children with SMA may
have questions or concerns about this information. Parents and health care professionals
may contact the FDA at (800) 835-4709 or AveXis for more information. The FDA will
continue to provide updates related to this statement as we learn more.

As with all biological products, health care professionals and patients (or for Zolgensma,
their caregivers) should be aware of both the product’s benefits and risks. The most
common side effects of Zolgensma are elevated liver enzymes and vomiting. Zolgensma
has a boxed warning that acute serious liver injury can occur. Health care professionals
and caregivers should refer to the product package insert for additional risk information.

The FDA, an agency within the U.S. Department of Health and Human Services, protects
the public health by assuring the safety, effectiveness, and security of human and
veterinary drugs, vaccines and other biological products for human use, and medical
devices. The agency also is responsible for the safety and security of our nation’s food
supply, cosmetics, dietary supplements, products that give off electronic radiation, and
for regulating tobacco products.

TURKCE CEVIRi METNI

Yakon zamanda on
ile veri d

vlanan gen terapisi
ruluou sorunlaro hakkonda
acokliama

Aninda Yaymlanmak igin:

06 Agustos 2019

Gonderen ifade:

Direktor - Biyolojik Degerlendirme ve Arastirma Merkezi (CBER)
Peter Marks MD, PhD.

Bir halk saglig1 kurumu olarak, daha 6nce tedavi edilemeyen hastahklari tedavi etmek igin
muazzam potansiyel gosteren hiicresel ve gen terapisi Grtinleri gibi yenilike, glvenli ve
etkili tibbi tirlinlerin gelistirilmesini kolaylagtirmanin kritik olduguna inaniyoruz. Ajans,
hiyolojik iiriinler i¢in onay siirecinin bir par¢asi olarak, tirtiniin tekrarlanabilir bir sekilde
nasil tiretildigi, hayvanlarda nasil test edildigi ve insan Klinik deneylerinde nasil




arastirldig gibi iiveticiler tarafindan sunulan kapsamh bilgileri inceler. giivenligini ve
etkinligini gostermek icin.

Pazarlama uygulamalarinda FDA tarafindan degerlendirilmek tizere eksiksiz ve dogru
bilgiler sunmak tireticinin sorumlulugundadir. Bir tirlin bagvurusunu incelememizin bir
parcas: olarak ajansa gonderilen verilerle ilgili bir endigenin farkina varirsak, yasalarin
izin verdigi 6lciide bu bilgileri ifsa etmemiz hastalarm, bakicilarimin ve halkin yararmadir.

.

24 Mayis'ta FDA , iki yagindan kiigtik cocuklar: spinal muskiiler atrofi (SMA) ile tedavi
etmeyi amaclayan bir gen terapisi iriint olan Zolgensma'y1 , SMA'mn en siddetli formu
olan hayatta kalma motor néron 1 genindeki bi-allelik mutasyonlarla onayladi . SMA,
bebek oliimlerinin énde gelen genetik nedenidir. Daha sonra 28 Haziran'da, FDA'min
{iriinii onaylamasinin ardindan, tiriniin fireticisi AveXis Inc. tarafindan ajansa biyolojik
lisans kapsaminda sunulan hayvanlarda gerceklestirilen triin testlerinden elde edilen
belirli verilerin dogrulugunu etkileyen bir veri isleme sorunu hakkinda bilgi verildi.
bagvuru (BLA) ve FDA tarafindan gozden gegirildi.

FDA dikkatle degerlendiriyorbu durum ve Zolgensma'nin piyasada kalmasi gerektiginden

emin. Ajans tarafindan incelenen bityiik miktardaki gonderilmis bilgilerden su anda

endiselerimiz, pazarlama uygulamasinda bulunan Urun test verilerinin yalmzca kiiglik bir

asmu ile simirhidir. Bu iriin test verileri, iretici tarafindan {iriin icin iiretim siirecinin
geligtirilmesini desteklemek i¢in kullanildi. Bu veriler, ajansm gelistirme programinin bir
parcas: olarak yiiriitiilen klinik insan deneylerinden elde edilen bilgilere iligkin olumlu
degerlendirmesini degistirmez. Urtintin etkililigini ve giivenlik profilini gosteren

| kamtlarin taman, genel bir olumlu fayda-risk profilini destekleyen ikna edici kamtlar

saglamaya devam etmektedir. Ancak,

{riin uygulamalarinda dogru, tam ve dogru verilerin saglanmast, biyolojik iirtinlerin
gitvenligini, safhgmn ve glictini edstermeye ¢ahisirken, endiistrinin sorumlulugunun kritik
bir bilesenidir. Bu tiir dogru, eksiksiz ve dogru verilerin sunulmasi, FDA'nin halk saghgim
koruyabilmesi i¢in de kritiktir ve yasalar bunu gerektirir. Uretim stirecinde kullanilan
iiriin test verilerinin manipiilasyonu konusunu dikkatlice degerlendiriyoruz ve yakin
zamanda tamamlanmis bir incelemeden elde edilen bilgilerin kapsamli bir
degerlendirmesini yapiyoruz . Kismen, bu, FDA'mun BLA'daki bilgilerin bilimsel
incelemesinin sonuclarini belirlememize izin verecek ve kamuya acik olarak yayinlanan
BLA incelemelerimizi uygun sekilde degistirmemize izin verecektir.

AveXis'in, FDA iiriinti onaylamadan once BLA'larinda yanlishklara neden olan veri
manipiilasyonu sorunundan h aberdar oldugunu, ancak iiriin onaylanmcaya kadar FDA'y1
bilgilendirmedigini de biliyoruz. Ajans, uygunsa, hukuki veya cezai cezalar icerebilecek
6nlem almak icin tiim yetkilerini kullanacaktir.

SMA'll cocuklarin ebeveynlerinin ve bu gocuklara yonelik saglik uzmanlarnin bu
bilgilerle ilgili sorulari veya endigeleri olabilecegini kabul ediyoruz. Ebeveynler ve saghk
uzmanlari, daha fazla bilgl icin (800) 835-4709 numaral telefondan FDA veya AveXis ile
iletigime gegebilir. Daha fazla bilgi edindikge FDA bu beyanla ilgili glincellemeler
saglamaya devam edecektir.

Tiim biyolojik {iriinlerde oldugu gibi, saplik nzmanlari ve hastalar (veya Zolgensma igin
bakiclar) hem tiriiniin yararlarinin hem de risklerinin farkinda olmalidir. Zolgensma'nin
en yaygm van etkileri, karaciger enzimlerinin yiikselmesi ve kusmadir. Zolgensma, akut
ciddi karaciger hasarinin meydana gelebilecegine dair kutulu bir uyariya sahiptir. Saghk
uzmanlart ve bakieilar, ek risk bilgileri igin {irtin paketi yazisina bakmahdir.

ABD Saghk ve Insan Hizmetleri Bakanhg: biinyesindeki bir kurum olan FDA, begeri ve
veteriner ilaclarmin, asilarin ve beseri kullanima yonelik diger biyolojik tirinlerin ve tibbi




cihazlann giivenligini, etkinligini ve giivenligini temin ederek halk saghgimi korur. Ajans
ayrica lilkemizin gida tedarikinin, kozmetiklerin, diyet takviyelerinin, elektronik
radyasyon yayan tirtinlerin giivenliginden ve giivenliginden ve tiitiin {irtinlerinin
diizenlenmesinden sorumludur.
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List item
Zolgensma : EPAR - Product information (PDF/454.44 KB)

First published: 27/05/2020

Available languages (24)

Contents

Annex | - Summary of product characteristics v

Annex IIA - Manufacturing-authorisation holder responsible for batch release
Annex IIB - Conditions of the marketing authorisation

T e .

Please note that the size of the above document can exceed 50 pages.
You are therefore advised to be selective about which sections or pages you wish to print.

List item

Zolgensma : EPAR - All authorised presentations (PDE/84.84 KB)

First published: 27/05/2020

Available languages (24)

Pharmacotherapeutic group

Other drugs for disorders of the musculo-skeletal system

Therapeutic indication

Zolgensma is indicated for the treatment of:

patients with 5q spinal muscular atrophy (SMA) with a bi-allelic mutation in the SMN1 gene and a
clinical diagnosis of SMA Type 1, or

patients with 5 SMA with a bi-allelic mutation in the SMN1 gene and up to 3 copies of the SMN2
gene.

Assessment history

Initial marketing-authorisation documents

Listitern
Zoleensma : Orphan maintenance assessment report initial authorisation) (PDF/389.96 KB}
Adopted

First published: 27/05/2020
EMADOC-2005359794-17637

Listitem

Zolgensma : EPAR - Public assessment report (PDF/3.5 MB]
Adopted

First published: 27/05/2020
EMIA/200482/2020

Listitem

CHMP summary of positive opinion for Zolgensma (PDF/133.25 KB}




Adopted

First published; 27/03/2020
EMA/LO6773/2020

News

Meeting highlights from the Committee for Medicina! Products for Human Use (CHMP) 23-26 March

2020 {updated)

27/03/2020

New gene therapy to treat spinal muscular atrophy {correcied)
27/03/2020

TURKCE GEVIRISI

Liste Hgesi

Zolgensma: EPAR - Urlin bilgileri (PDF / 454.44 KB}

Ik vavinlanma tarihi: 27/05/202C

Mevcut diller (24)

icindekiler

Ek | - Uriin Szelliklerinin zeti

Ek 1A - Seri serbest birakmadan sorumlu tretim yetkisi sahibi

Ek IIB - Pazarlama ruhsatinin kosullan

Ek IlIA - Etiketleme

Ek I1IB - Paket brostrl

Lutfen yukaridaki belgenin boyutunun 50 sayfayl gegebilecegini unutmayin.

Bu nedenle, hangi bdlimleri veya sayfalari yazdirmak istediginiz konusunda secici olmaniz tavsiye
edilir.

Liste Ofesi
Zoleensma: EPAR - Tim vetkill sunurnlar (PDF / 84,84 KB}

ik vayinlanma tarihi: 27/05/2020

Mevcut diller (24)

Farmakoterapotik grup

Kas-iskelet sistemi bozukluklari igin diger ilaglar

Terap6tik endikasyon

Zolgensma agagidakilerin tedavisi icin endikedir:

SMN?1 geninde bi-allelik mutasyonu olan ve SMA Tip 1 klinik tanisi olan 5q spinal muskdler atrofisi
(SMA) olan hastalar veya

SMN1 geninde bi-allelik mutasyonlu 5¢ SMA ve SMN2 geninin 3 kopyasina kadar olan hastalar.
Degerlendirme gegmisi

ilk pazarlama izni belgeleri

Zolsensma: Yetim bakim deferiendirme rapory {lilk vetkilendirme) (PDF / 389,96 KB)




Kabul Edilen

iik vayin tarini; 27/05/2020
EMADOC-2005359794-17637

Liste Ogesi
Zolsensma: EPAR - Genel degerlendirme raporu {PDF / 3.5 MB)
Kabul Edilen

Itk vayinlanma tarihis 27/05/2020
EMA / 20048272020

70ipmmm icin olumly gérilsiin CHMP zeti (PDF / 133,25 KB)
Kabul Edilen

ik vavinlanma tarihi: 27/03/202
EMIA S 106773/2020

Haberler
2296 Mart 2020 Beseri Tihbi Urlinler Komitesi {CHMP) toplantist Szeti {gincellendi)
27/03/2020

Sninal muskiler atrofivi tedavi etmek icin veni gen tedavis i {dUzeitiidi)
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Sizin i¢in soyle bir metin hazirladim.
llgili makama,

Zolgensma SMA hastaligr icin Amerika ve
Avrupa ilac idareleri tarafindan kabul
edilmis bir gen tedavisidir. 2 yasin altinaki
cocuklarda damar yolu ile verilebilir. Ik
arastirmalar bu tedavi yonteminin etkin
olabilece§ini gostermektedir. Vaka bazinda
farkh olma Gzere g’derek artan bir §:ek’!lde
Bayraktar icin de bu yonetemm
denenmesini (halihazirda almakta oldugu
nisinersen‘e ek o‘tarak) onermekteyim. Prof.




DESTEK VE YARDIM KAMPANYAS! iLE iLiGLi YURT GENELINDE YER ALMI$ HABER BASLIKLARI

https://www.google.com.tr/am p/s]www.tr’zhaber.com/haber/tur%<ive/it.6~avi§k~sma-hastasi~demir—
ali-vardimseverlerin-desteg ini-beklivor-509850.html/amp

https://m.youtube.com/watch?v=pnYiwpNADRZO

htﬂ’:ps://m,you‘cube.z:om;’wa*{ch?v:f\/l60§kar‘zm%

https://www.iha.com.tr/v%c%eonsma-haﬁasb%-av%%k~dem%r~aii~havatawtumnmava~caEisivor—l@ZSZ?/

https://www.google.com.tr/amp/s/www.hurriyet.com.tr/amp/gu ndem/tedavisi-icin-kampanya-

duzenlenen-16-aylik-demir-ali-yardim-bekliyor-41591498

ht:ms://@kfaimzfuk.mm/sma»hasv’;asiwd@mirwe%%%—beb@%«icin-umut~oi~§<ammrwasm6634428

https://www.cumhurivet.com.tr/ha ber;’smaw%}astasiwdemir—aEi*icin«zi&bmwkisi»aranivor~1760358

ht’ms://mws&beezer‘com/me’k@.@«'ezwﬁmmwmmmmwo%dndem%%a%imwhmi&mmmitted«to~his-
treatment-is-waiting-for-help/
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International Patient Services

o

Hackensack Mevidian Childre s Health at Joseph M. Sanzari Children’s
Hospital, Welcomes patients from around the world.
Ranked among the top 50 Best Children’s Hospitals by US News and World Report 2019-20
in hoth Cancer and Neurology and Neuro-surgery, Joseph M. Sanzari Children’s Hospital is
2 leader in the feld of pediatric medicine using outstanding diagnostic skills, advanced
technologies, and breakthrough treatments to change hws of both domestic and
international patients, We understand the difficulties of manz wging your health care alone,
jally in a foreign setting. Our team is committed to ) providing international patients,
and their families, with the best health care experience.

Medical Coordination
atients and their families will have direct access and open communication with gur care
team, comprised of dedicated professionals, who assist prospective patients with
information regarding treatment expe ctations, duration and answer any questions you may
prior to vour visit.

Spinal Museular Atrophy (8MA)

7OLOENSMA® (onasemnogense abeparvovee-xiol) s a one-time infusion that is used Lo treat
children under 2 vears old diagnosed with 8MA. Prior to your first appointment, our
financial team will work to confirm insurance benefits, if applicable. For self-pay patients,
vou will be provided with a comprehensive estimate of charges to provide patients witha
Letter understanding of financial expectations. Our team will also assist patients in
researching alternative payment options.

Patient Support
Our patient support ::;a'f'r'v:icif.g; begin the moment you contact us and continue throughout your
stay. We are committed Lo accommodating the ¢ needs of our patients and their families, while

providing a comforiable, healing enviropment. Some ways we can help support paticnts
include:
Coordination of Treatment
List of Hotel Pariners
Transportation information
Religious and Chaplain Services information

Interpretation e

We have interpretess on staff to ensure families and doctors can casily communicate, Our
netweork of language service providers s heen able to successfally provide interpreters in
even the rarest Eaz pages. Our team pl{)vme% mxmuim{f’ access to interpreters throug gha

&

combination of in-person, video or telephonic interpr etation.

30 Prospect Avene | Hackensack, NJ 07666 | 551-996-5300 | HackensackMe: idisnHealth.org




Telemedicine
Telemedicine currently provides immediate, interactive ace
pital’s pediatric sp

gs via videoconferencing to
apialists. This technology

virtually any of Joseph M. Sanzari Children’s He

has been used around the world to help facilitate care and treat eritically ill children.

How to Begin

Step 1: Prepare your child's mediecal history and in formation

wail our release of information consent and emall with your child’s
nsackmeridian.org, Please be sure

Please fill out, sign a
ble medical reco ;’ds; 1o our ermnail; imschneuro@hacke

sted prior to emailing. Once our team receives this documentation,

they will reach out to discuss next steps.

o«

Step 2: Medical recovd reviey

Our medical services support team will review your child’s medical infor mation and will
schedule appointments with both our pediatric nearology and pediatric genetics

departments.
Step @ Financial review

te range is between $2.15 -$2.2 million. You must provide full payment

The financial estim
hefore treatment begings at Joseph M. Sanzari Children’s Hosy sital. In order to proceed with
= 3

ive a wire transfer of fands to our bank in the amount of $2,152,0065.25
ned visit, Our Financial Counselors will provide bank

freatment, we

five busip

information and wire instructions in a separate email.

Step 4: Your arrival

At your first visit with our care team, they will arrange for the AAVY and SMA testing to be
done as it is necessary in order to confirm treatment qualification. This is no additional cost
to the family as it is & reguirement prior to approving treatment.

Step 5: Treatment initiation

ment is scheduled approximately 10 days after

‘e completed, treat

Once steps 1 throug

by

freatment qualificati e met.

Contact Us
1§ you'd like to learn move about our services or have ques o contact us by

ermailing jmschneurod? ‘hackensackmeridian.org. Our care team is ready to help vou navigate

ions, ples

R

all aspects of your/your child’s care.




Diagnosis SMA

DRG 056
DX G12.1
Self- Pay
International
Description Rev Code Description CPT/HCPCS Patient Rate Qty Total Due
PDAR 15 MIN TIME CHARGE PATIENT CONVENIENCE ITEMS - OTHER S - 8l s R
OBRSERVATION SERVICE PER HR SPECIALTY ROOM - TREATMENT/OBSERVATION ROOM - OBSERVATION ROOM {A) G0378 S 350.00 8l s 2,800.00
SENSOR OSM OXMX NEO/ADLT ADH PATIENT CONVENIENCE ITEMS - OTHER S 26.00 1] ¢ 10,488.00
Prednisone 5 MG/5ML Soln FARMACY _ EXTENSTION OF 025X 17512 S 2.97 121 $ 35.63
ONASEMNOGENE ABEPARVQVEC-XIO! 8X8.3 ML KIT PHARMACY - EXTENSTION OF 025X 17512 $  2,125,000.00 1l ¢ 2,125,000.00
VENTILATION ASSIST 2 MGMT INPATIENT EA SUBSQ DAY RESPIRATORY SERVICES - GENERAL CLASS 90403} $ 1,357.00 1] $ 1,357.00
IV INFUSION THERAPY/PROPHYLAXIS/DX 1STTO 1 HR IV THERAPY - GENERAL CLASS 96365] $ 873.00 171 S 873.00
‘ FLUID DELIVERY SYSTEM MEDICAL/SURGICAL SUPPLIES AND DEVICES - STERILE SUPPLY S 52.00 1| $ 52.00
TUBING 96IN SINGLE PACK MEDICAL/SURGICAL SUPPLIES AND DEVICES - STERILE SUPPLY S 24.00 1l s 24.00
ONADANSETRON AMG/5ML SOLN PHARMACY - GENERAL CLASS S 2.42 14 $ 2.42
RANITIDINE 15 MG/ML SYRP PHARMACY - GENERAL CLASS S 0.25 1| $ 0.25
LEVETIRACETAM 100 MG/ML SOLN PHARMACY - GENERAL CLASS $ 0.65 3] $ 1.95
COLLECTION VENOUS BLOOD VENIPU NCTURE LABORATORY 15001} $ 43.00 10{ $ 430,00
COMPREHENSIVE METABOLIC PANEL LABORATORY - CHEMISTRY 80053} $ 275.00 10| $ 2,750.00
TROPONIN LEVEL LABORATORY - CHEMISTRY 84484] $ 146.00 10{ $ 1,460.00
CBC AUTQO W/DIFF LABORATORY - HEMATOLOGY 85025| $ 135.00 10| $ 1,350.00
PROTHROMBIN TIME (PT) LABORATORY - HEMATOLOGY 85610] $ 88.00 10} $ 880.00
ACTIVATED PARTIAL THROMBOPLASTIN TIME (PTT) LABORATORY - HEMATOLOGY 85730( $ 104.00 10| $ 1,040.00
Subtotal $ 2,148,544.25
professional Charges CcPT Prompt Pay Amt__|Qty Total
Qutpatient New 99205| $ 345.00 21 $ 690.00
Established Patient 99215} $ 245.00 10| $ 2,450.00
PR IV Infusion Therap/Proph/Diag/Initia 1st hr 96365| $ 125.00 11 $ 125.00
PR IV Infusion Therap/Proph/Diag/ea add hr 96366| $ 75.00 11 $ 75.00
PR IV Infusion Therap/Proph/Diag/add seq. hr 96367| 110.00 1S 110.00
PR 1V Infusion 96368] $ 75.00 1| $ 75.00
Subtotal $ 3,525.00
Grand Total $ 2,152,069.25




Dear Parents

We would like to thank you for your enquiry regarding the opportunity of having your child
undergo ZOLGENSMA® gene therapy.

At Bethesda Children’s Hospital of the Reformed Church in Hungary we have been delivering
chargeable gene replacement therapy to freat spinal muscular atrophy (corrected) at the official
request of parents since October 2019. Eligibility for treatment does, of course, depend on your
child meeting the necessary criteria and their medical test results not suggesting treatment to be
contraindicated.

Below we have sumimarised for you all the most important details to ensure that, as parents,
you are fully informed about the entire treatment process.

The primary conditions for admission to the programme are the following
ZOLGENSMA® gene therapy indications:

Either

5q spinal muscular atrophy (SMA) with biallelic SMN1 gene mutation and the underlying
clinical diagnosis is SMA-1

Or

5q SMA with biallelic SMN-1 gene mutation with at most 3 copies of the SMNZ gene

Additional medical criteria to be met in order for the treatment to be carried out:

Your child:

does not require invasive ventilation

has no acute or uncontrolled infection

does not take medication for neuromuscular disorders (exception for Nusinersen) or

diabetes

4. has not undergone immunosuppressive therapy (steroids, cytostatica, immunoglobulin}
within the 3 months prior to the proposed date of undergoing ZOLGENSMA® gene
therapy

5. in the event your child was born prematurely, their present age is not less than the full-
term pregancy

W N e
e .




You must provide the necessary certified medical documents in English fo verify your child
meels all these criteria

What is ZOLGENSMA® gene therapy?

ZOLGENSMA® (onasemnogene abeparvovec-xiol) is a gene therapy used in the treatment of
muscular dystrophy (spinal muscular atrophy (SMA)) in children under a weight of 21kg, which
was granted valid marketing authorisation as a registered drug treatment across the entire
territory of the European Union on 18 May 2020.

7ZOLGENSMA® is administered as a single-dose intravenous infusion, which is then followed
by medical monitoring and at least 3 months of treatment and care in the country where the
medicine was administered.

Costs involved in delivering the entire gene therapy treatment

- cost of the ZOLGENSMA® medicine
- cost of 3 months’ follow-up treatment and care

Total cost of the entire gene therapy treatment: 2,132,000 EUR

Gene therapy treatment includes the following health services, and supplementary and
related services:

carrying out the preparatory work for the treatment itself

- ensuring the proper hygiene standards of the hospital

- procuring and properly storing the medicine

- providing, preparing and administering the medicine

- hospitalisation for the time the medicine is administered

- 3 months’ treatment delivered as outpatient care

- conducting on-going physical examinations and laboratory tests

- calibrating medication doses

- delivering supplementary immunosuppressive drug therapy

- dealing with complications, if necessary through hospitalisation

- conducting additional examinations depending on your child’s actual condition
(imaging examinations, consultation with specialists etc.)

- calibrating medical devices in the event of non-invasive ventilation

- repairing or replacing medical devices in the event of failure

- providing dietary advice,

- optimising nutrition

- tube feeding if necessary and regular tube replacement.

A 3-month period of treatment takes place once the medicine has been adminstered, which will
require you moving to Budapest, Hungary
Cost of delivering the entire gene therapy treatment does NOT include:
- travel to and from Hungary, accommodation and living costs during your stay in
Hungary
- patient care beyond the specified 3-month treatment period




Rethesda Children’s Hospital can upon request help in booking suitable accommodation for the
duration of your stay in Hungary.
At vour request Bethesda Children’s Hospital can provide vou with a quotation for your child’s

_in order for us to be able to prepare your quotation, we
will need you to provide us with the following details:

entire gene therapy treatment. However

- the full name of the foundation / insurance provider / private individual covering the
cost of the treatment

- their registered address or, in the case of a private individual, their permanent residential
address

- tax number

- bank account number.

Further important information regarding the procedure

1. You take the decision as parents to have your child undergo gene therapy at Bethesda

Children’s Hospital in Budapest, Hungary, and prepare and forward a Parental Letter

of Intent (based on a sample statement provided by Bethesda Children’s Hospital) to

this effect

You provide documented proof that sufficient funds are available to cover the entire

cost of the treatment

3. You provide us with the contact details for your child’s local treating doctor
Bethesda Children’s Hospital sends important documents relating to the gene therapy
to you and your child’s local treating doctor requesting information from you both

5. Bethesda Children’s Hospital contacts your child’s local treating doctor to request an
official English language translation of your child’s health records and a video recording
of vour child

6. Bethesda Children’s Hospital requests certain examinations be carried out and an
official English language translation of the results be sent to us

7. The requested examinations are carried out in your country of residence and Bethesda
Children’s Hospital evaluates the examination results in order to facilitate decision-
making in vour child’s case and assess whether your child meets the gene therapy

b2

indications

8 Local treating doctor provides an official statement to the effect that they will
undertake aftercare of vour child at the local SMA Centre in your country of residence
upon your return home

9 Once our doctors have studied vour child’s complete medical records, Bethesda
Children’s Hospital will make a decision on your child’s suitability for gene therapy
and, provided there are no contraindications, on undertaking your child’s treatment

10. Bethesda Children’s Hospital plans the gene therapy and draws up a treatment schedule

11. You will need to move to Budapest, Hungary 2 weeks prior to the proposed date of the
gene therapy being admi nistered

12. We meet you in person at Bethesda Children’s Hospital for a detailed briefing and to
answer any further questions you may have, to sign the necessary legal documents and
to examine your child

13. The total cost of the entire gene therapy treatment is credited to Bethesda Children’s

Hospital bank account upon which the medicine will be ordered




