The physician must never forget that
medical art has a far higher range and
aim than the prescriptions of drugs or
even of food and hygienic means, and
when neither avails it is still no small
portion of his art to rid his patient’s path -

Alfred Still
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DEVELOPMENTAL MEDICINE & CHILD NEUROLOGY

Long-term ventilation in spinal muscular atrophy: —
the price of progress ==

Mbl MOXeM npeoBuaeTb YTO OrpoMHble AOOCTMXKEHUS B obnacTu
MeOULMHCKON HayKu MHoraa NpuBOAAT K TOMY 4YTo 6pemMsi siedyeHusi
MO)Xem paccMampueambCsi KaK MUHUMYM J3KeueasJieHm
60s1e3HU.

[OuTenbHaa BEHTUNAUNA SBNAETCA OOQHUM U3 TaKNX NPMMEpPOB.

Bo MHornx ctpaHax (Bkntodasi BenmkobputaHuio) eCTb MHOIo Bpadeu,

X KOTOPLIE MPOOO/HKarOM CKpbl8amb 603MOXXHOCMb OJiumesibHOU
- eeHmMunsayuu demsm co CMA 1 muna.
= [TlosBneHne Hy3nHepceHa yBeNUYUT  KOMWYECTBO AeTen Ha
g BEHTUNALNN.
S C ogHOWM CTOpPOHblI MeOMUMHCKasa Hayka pasgBuraeT  rpaHuubl
E bonesHn. C gpyron CTOPOHbI TPE3BLIW B3rNaA 3acTaBnsaeT pasMblLLUNATb
S 0 dopmMmmnpoBaHMn BOMbLLIOIO nyna TsXKenblX WHBaNMAU3NPOBAHHbLIX
-~ naumMeHToB, XUBYLWMX bGrarogaps MeanumHCKOMY Mporpeccy.
'_g J[KuHa Hesnb3si sepHymMb 8 6ymblIsiKy ...

ﬂ MARTIN SMITH. Associate Editor
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An observational study of functional abilities in
infants, children, and adults with type 1 SMA

doi:10.1212/WNL.0000000000006050

Marika Pane, MD,* Concetta Palermo, MD,* Sonia Messina, MD, Valeria A. Sansone, MD, Claudio Bruno, MD, Correspondence
Michela Catteruccia, MD, Maria Sframeli, MD, Emilio Albamonte, MD, Marina Pedemonte, MD, Dr. Mercuri
Adele D’Amico, MD, Giorgia Brigati, PT, Roberto de Sanctis, PT, Giorgia Coratti, PT, Simona Lucibello, MD, eugeniomaria.mercuri@

Enrico Bertini, MD, Giuseppe Vita, MD, Francesco Danilo Tiziano, MD, and Eugenio Mercuri, MD, On behalf of unicatt.it
the Italian EAP Working Group

122 naumeHTa oT 3 mecaueB 00 22 nerT,

BoiBoabl: npy CMA 1 TMna naumeHTbl XMBYT Ooree
OBYX NET, Npy 3TOM MMEIOT HU3KYI0 OLIEHKY MO LUKane
doyHKLIMOHABHOIO COCTOSIHUS MmoJibKO Cc
2acmpocmomMou, mpaxeocmomou unu HUBJI > 16
yacoe N UMEKT HU3Kue bannbl no PyHKUNOHASbHbLIM
LLKanam.

ﬂ = | Neurology 2018;0:e1-e8.
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ﬂ § SyStematic Review published: 12 February 2018
Q

Long-term Non-Invasive Ventilation
In Infants: A Systematic Review and
Meta-Analysis

Prabhjot K. Bedi', Maria Luisa Castro-Codesal’, Robin Featherstone?,
Mohammed M. AlBalawi®, Bashar Alkhaledi®, Anita L. Kozyrskyj'®, Carlos Flores-Mir®
and Joanna E. MacLean'>*

Pe3ynbratbl: [lpoaHanunanposaHo 327 wuccriegoBaHus, BKN4YeHbl 60.
BblaeneHsl:

40% - BOM (72% HWBIJ1 npmnBena K yny4wleHnio napamMmeTpoB);

28% - HML (50% HWBI1 npuBena k ynydweHue napameTtpoB B T.4. CMA);
10% - LUHC (50% HWBJ1 npueena Kk yny4yweHne napameTpoB);

(2% - CCC), and (20% - MHOXeCTBeHHbIE ) naTonornn 6e3 adpdekTa.

BoiBoabl: B uenom HVBIJT adpdrekTBHa Kak gonroBpeMeHHasa tepanus y
OeTen NepBoro roga XusHu.
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CASE REPORT
Noninvasive airway approaches for acute neuromuscular

respiratory failure in emergency departments
Tai-Heng Chen MDY23#%, | Jong-Hau Hsu MD, PhD3%@%) |

HeBoyka, 3 roga, SMA-Il 6e3 pecnupaTopHON nogaepXkn paHee. debpunuter U
NPOAYKTMBHbLIM Kawenb 3 aHd. Cectpa 5 ner SMA-Il rocnutanusmpoBaHa paHee C
nHeBmoHnen n OOH

Connuea, Taxm 160\MuH, ogplwka 60\muH, SpO2 90% npwn FiO2 0,4

[bixaHne ocnabrsieHO crnpaea 8HU3Y, MaM e 3ameMHeHUs1 Ha peHmaeHozpamme. pH
7.26, PaCO2 55 mmHg). He poxnpasaceb nporpeccupoBaHna POC, Havata Tepanuna BiPAP
12/5 cm. H20 B KOMOMHaUuMM C MexaHudeckmMm oTkawnusaTtenem cornacHo NMD-ARF
protocol. MO (+30 n — 30 cm. H20 kaxgbin 4yac) Ogbiwka ymeHbwmnnace go 40\muH, FiO2 go
0,25, pH 7.34, PaCO2 45 mmHg. lNepeseaeHa B AUT Ha BiPAP 4epes 3 uaca. PeHTren-
KOHTpONb 4epe3 3 [OHSA -  paspelleHne arenekrasoB. BbinucaHa 6e3 notpebHocTn B
[onroBpemMeHHon BEHTUNALMK Torda kak cectpa y kotopont NIV/MIE 6binn HayaTbl TOMbKO npu
passutumn POC gonbuwe 6bina B AUT (6 vs. 9 days) n gonbwe B 6onbHULE (15 vs. 19 days).

B.HO. AptemenKo. | |-i1 BputaHo-YKpaiHcbkuit Cumnosiym. Kuis, 2019




CASE REPORT
Noninvasive airway approaches for acute neuromuscular

respiratory failure in emergency departments
Tai-Heng Chen MD¥%3% | Jong-Hau Hsu MD, PhD3*%@ |

BbiBoa: paHHee Hayano HUB/T\MO B npnemHOM oTAeneHuu AOCTynHaa U
3pPeKTMBHAA CTpaTermsa COKpPALLEHUS AJIMTE/IbHOCTU  TFOCMUTANIN3aLUN U
npeaynpexaeHna uHTyb6aumm y aeten ¢ HMJI u octpon AbixaTenbHOMU
Taiwan HeJ0CTaTOYHOCTbIO.

Pediatric Pulmonology. 2017;52:E55-E57.
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YKkpauHa

nbHOW MbllweyHon atpodueit, Children with S...

-

C SMA
/

[etn co
CNHanbHoOM
MbILLEYHOMN
atpodpven, Children
with SMA

@childrenSMA

1k Hpasutcsa N\ Moanucatbes A Mogenutbea

B Peectpe uucnutca 227 nauymeHTtoB. PakTtudeckoe
4YMCII0 OLEHMBAETCH B 2-2,5 pa3sa bonblLue.
7/ Ha VBJ1 poma, 26 nmetor HUBJI, npnobpeTteHHble 3a

http://www.csma.org.ua/

CBOM AEHbIM NN OEHbIW CNOHCOopPA.

be3ycnoBHoO, 4YTO TPebytoT BeHTUNAUUN BCE.
doHaom 2 roga Beaetcd paboTa no BblAENEHNIO CPeacTB
. |v3 brompxeTa Ha pecnnpaTopHyt NoAAEPXKKY.
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YKkpauHa

HeranHe
3BEpHEHHS 3a
A0AaTKOBOK
iHpopMauieo y
Haw ®oHA Aae
LUAHC Ha XUTTH
| NiIKyBaHHA

InamBiayanbHa
peecTpauis B OH-JlaiH
Peectpi Ykpaiuun
nauieHTiB 3i CMA

CSMA.org.ua:8080

He BTpauaiite uac, 60
iHOAI KifibKa AHIiB €
BMpillanbHUMM

£

N

doHa

«[iT
Bym

M 3i cniHanbHOKW M'A30B0 aTpodieo»

1A Foronsa, 6yamHok N27.

Xapkie, YkpaiHa, nowTtoBuiil iHagekc 61057

8 7

SMA

(380)-50-364-06-73

www.facebook.com/childrenSMA

WWWw.Csma.org.ua

csma.ua@gmail.com

cimAa

CMA
BUJ1IKOBHA

[o yBaru nikapie, KepiBHMKIB
AiarHOCTMYHMX Ta
KOHCYNbTaTMBHUX LIEHTpIB,
UMHOBHMKIB

baTbKiB

1 i3 40 NOAEN,
HE 3HAKOYM MPO LE,

€ HOCIEM CMA IT'EHA

HOCI#

CMA

2

HOCI

CMA

d )

BIPOMAHOCTI
25% 50% 25%
CMA HOCI  3A0POBMI
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OnpocHuk - 2019

AHOHMMHbIN ONpOoC
BCEX OONACTHbIX [OETCKMX aHecTe3nosioroB YKpauHbl
Ha TEMY:
PecnupamopHas mepanusi npu CMA.
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OnpocHuk - 2019

110, Ocywectanaere v Bbl noMoLLb nauueHTam co CMA Ha gomy?

[lononHWTENbHbIE CBEAEHNS
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Neurosciences 2018; Vol. 23 (1)

Saudi
Arabia

Respiratory support attitudes among
pediatric intensive care staft for spinal
muscular atrophy patients in Saudi Arabia

Mohamad-Hani A. Temsah, MD, MRCPCH,
Fabad M. Al-Sohime, MD, Fahad A. Bashiri, MD,

Pesynbrat: 60 pecrnoHOeHTOB (aHecTe3nororu, pecnupaTopHble
TepanesThl).

BonbwnHCTBO (66%) He Obinu ocBenomneHbl O International Consensus
guidelines for SMA.

NHTYBauma Tpaxeu OTMeYeHa  KaK eOMHCTBEHHO BO3MOXHasi onuus
nedenna OOH npn CMA y 43% pecnoHageHToB. C gOMaLLHEN BEHTUNSALNEN
cornacHbl 41 %.

BbiBoabl: PekomaHgoBaHa HaunoHanbHaa agantauusa International SMA
Consensus guidelines, nna CHWXeHNA pa3HOODpa3nda U cTaHgapTM3aunm

oKasaHusa nomowm Bo Bcen CaygoBckon Apabum.
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Paediatric Respiratory Reviews 28 (2018) 18-25

The role of sleep diagnostics and non-invasive ventilation in children
with spinal muscular atrophy

Ruth Grychtol®, Francois Abel **, Dominic A. Fitzgerald ¢

Department of Respiratory Medicine, Great Ormond Street Hospital for Children NHS Foundation Trust, London, UK

[bixaTenbHast Myckynatypa obecnedymBaeTr BEHTUNSAUUIO B COCTOAHUU
MOKOSA, HAarpy3ku n Bo BpeM4d CHa

MauueHTsl ¢ HML umeloT puck AObixaTteribHOM HeOoCTaToOuMHOCTUM U3-3a
ancbanaHca MbILLEYHOW CUMbl M HAarpy3kn Ha abiXxaTeribHy0 MyCcKynaTypy

HapyweHnus gbixaHns Bo cHe (COAC) n rmnoBeHTUNSAUMS € OHEBHbLIMU
NposiBNEHUsAMU (YTOMNSAEMOCTb, YTPEHHME TroroBHble ©onu, cnabas
KOHUEHTpauusi, HegocTaTtoyvHbi Habop Beca) — OCHOBHOM MexaHu3m [OH
npyn HML.

MonucoHorpaduma nan KapanopecnmpatopHaa nonmrpadmsa — 3010TON CTaHAAPT
AnarHoctukn. Mupekc AU, pecatypauumn, runepkanHus, anddepeHumaums
LEHTPaNbHbIX U OOCTPYKTUBHbBIX anHO3, 3PpPEKTUBHOCTb U TUTPaUMUA
napameTpoB HMBJ1 - OCHOBHble UENN NOIMCOMHOrpadun.

._ .
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The role of sleep diagnostics and non-invasive ventilation in children
with spinal muscular atrophy

Ruth Grychtol®, Francois Abel **, Dominic A. Fitzgerald ¢

Department of Respiratory Medicine, Great Ormond Street Hospital for Children NHS Foundation Trust, London, UK

Y bonbwmnHcTBa geten co CMA 1 tuna OLH pasBuBaeTtca B nepBbIn roa,
B 0OCOOEHHOCTU nocne HavYana 30HO40BOro KOPMIEHMUS.

Havano H/BJ1 pekomeHgoBaHO rnpu:

[1HeBHas rMnoBeHTUNALMA.

HouyHnasa runoseHTunauma nnm COAC.

YpreHT npn OOH vnu akctybaumn.,

Kak nonbiTka nsbexaTts gedopmaunm rpyaHOn KneTku

Pag aBTopoB pekomMmeHaytoT HadnHate HWBIT 0o nposaBneHna KNUHUK

OH.

a0~

Paediatric Respiratory Reviews 28 (2018) 18-25
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The role of sleep diagnostics and non-invasive ventilation in children
with spinal muscular atrophy

Ruth Grychtol®, Francois Abel **, Dominic A. Fitzgerald ¢

Department of Respiratory Medicine, Great Ormond Street Hospital for Children NHS Foundation Trust, London, UK

HWBJI vs TpaxeocTtoma

HWBJ1 — nepeaga nuHnsa neyenua OH.

Bonee koMopTHO, ynpaBnsaemMo, MareHbKue OeTU TEPSAOT CNOCODHOCTL
CaMOCTOATENBbHO AbllaTb U roBOPUTb MOCSIE TPaxeoCToOMUK, Toraa Kak
npu HWBJT yacto coxpaHslT HEeKOTOpYy CHOCOOHOCTb AblwaTb W
roBopuTb 6€3 NoaaepKKu.

Mpwn gonrocpoyHon HBJ1 meHbLLEe YacToTa rocnutanmsaymi.

TpaxeoCToOMbI NOMne3HbI npwu 3aTpygHeHHomn caHauuu C
BPOHXO0DCTPYKUMEN.

Bentunauusa > 16 4 / geHb He obs3aTenbHO ABNSETCA NoKa3aHuemM Ons
Tpaxeoctommn npn CMA 1 tuna notomy 4yto HUBJ1 moxeT ycnewHo
MCNONb30BaTbLCA Y MNAUUMEHTOB KOTOPbl€ MOYTU MOSIHOCTbK 3aBUCAT OT
HUBIJI.

Paediatric Respiratory Reviews 28 (2018) 18-25
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UeTbipe MmecsAla CNyCTA....
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Paediatric Respiratory Reviews 28 (2018) 18-25

The role of sleep diagnostics and non-invasive ventilation in children
with spinal muscular atrophy

Ruth Grychtol®, Francois Abel **, Dominic A. Fitzgerald ¢

Department of Respiratory Medicine, Great Ormond Street Hospital for Children NHS Foundation Trust, London, UK

PaHee nepeBog Ha VBJI cumtanca BbIHY>XXOEHHOMN HO CITOXKHOM 3TUYECKOM
npobnemown.

[MosiBneHne Hy3uHepceHa ynyywnno  nokasaTenu BbDPKUMBAEMOCTU U
apuratenibHon OyHKUMK, xoT4a y geten Ha UBJT guHamnkum Her.
HBa3MBHbIE VS HEMHBA3MBHbIE METOANKM - ATO BanaHc Mexay Ka4yecTBOM
XXU3HN U NPOOOIMKNUTENBHOCTBIO CTpaadaHus.

Pooutenun OOMmKHbl akKTMBHO Yy4yacTBOBaTb W MNPUHUMATb pPeELUEHUs B
nedyenunn agetenm co CMA 1 tuna.

KOHTpOnb CMMNTOMOB 1 yIydlleHNe KadeCTBa XXN3HNU OCHOBHas Lenb
nannmaTuBHOW NMOMOLLN.
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2018 Jul 9. doi:

10.1097/PHM.0000000000000999

Mechanical In-Exsufflation-Expiratory Flows as Indication for
Tracheostomy Tube Decannulation: Case Studies.

Bach JR', Giménez GC, Chiou M.

Ckopoctb notoka Baox\Bbiaox (MIE-EF) koppenupytoT ¢ npoxoamMmMocTbio
BEPXHUX OblXaTerNbHbIX NyTEX U BO3MOXHOCTLI AeKaHMALNN.

[MaumeHTbl Ha HABIJT npumeHsitots MIE 4Tobbl n3dexatb TpaxeoToMum Ha
HeornpeaeneHHbIN CPOK.

BAC MoXeT yxyawaTb nokasaTenu noToka Bo3gyxa W TpeboBaTtb
TpaxeoTOMUIO.

MIE adpdpekTnBeH npu nodbix TUNax aMmmoTpodonn

Poct notokoB BoO3gyxa npu npumeHenmn MIE po 200 n/muH,
KOppenupyeT C yCneLwHOoW AeKkaHinaumnen.

Takum obpasom, yeBenuyeHne MIE-EF moxeT cBuoetenbcrBoBatb O
paspeweHnn OOCTPYKUUM BEPXHUX OblXaTeNbHbIX NYyTEM B OOCTAaTOYHOW
cTeneHun, 4Tobbl obecneunTb AeKaHNAUMK, HE3aBUCUMO OT TOro, 3aBUCUT
nauneHT ot BJ1 unn Het.

'u.
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HacTtpouka MO

Bpoox/Bbigox Ha 1 cekyHay, nay3y Ha 2 CeKyHAbl.

HdaeneHue Bpox/Bbipox +20-20 sarem nowaroBo Ao
+40-40.

3abnokupoeaB TpybkKky npoBeputb BbICTaBNIeHHOE
AaBneHuve.

usalem,

ine Unit, Je

and Palliative Medicil

n, Germany

University, Aache

ive Medicine, Aachen

of Palliati

European Association for Palliative Care
(EAPC) recommended framework for
the use of sedation in palliative care

Nathan | Cherny shaare Zedek Medical Center, Department of Oncology, Cancer Pain

Lukas Radbruch chair

BKNOUMTL «aBTO», MNpMXXaTb MACKY NJIOTHO K

nvuy, BKNOYMTb Npubop.
) Copenatb cepuio M3 4-6 BAOXOB-BbIAOXOB M
oTAOXHYTb 20-30 MumHyT. OTCaHMpoBaTb OCTaBLUYIOCSH
i |moxpoty. YBenuumts paBneHve [0 NEepeHOCUMOro
i | maxcumyma.
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Epub 2009 Dec 29.

doi: 10.1378/chest.09-2144.

xtubation of patients with neuromuscular weakness: a

v:137(5):1033-9.

" “\hest. 2010 Ma

=71ew management paradigm.

(ws] Bach JR1, Goncalves MR, Hamdani |, Winck JC.

Ewe pas - akctybauma npm
CMA!!!

1. AcdbeOpMnbHbLIN;
2.He TpebyeT pONoONHUTENbLHOro KMcnopoaa;
3.Her atenekrasoB unm MHOUNLTPATOB;

Ha3ap;

5.MoTrpebHoCcT B caHaumm meHee 4-x pa3
CYTKM;

6.Mocne akcrybauumn HUBJ1 (6e3/c min 02),

TO pexum ST (Spontaneous/Timed)
yctaHoBneHHom Y/1.
7. OxcumeTpuna B kauectee feedback.

4.TMpuem cepaTtMBHbLIX npekpaweH 24 vyaca

pexxume BiPAP (IPAP 12...20 cm. BOAH. CT.,
EPAP 3...6 cm. BOgH. cT), ecnu Y1 Hm3Kasg,

C
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https://clinicaltrials.gov/ct2/show/NCT0151

Front Pharmacol. 2017 Aug 11;8:529. doi: 10.3389/fphar.2017.00529. eCollection 2017.

Phase IV, Open-Label, Safety Study Evaluating the Use of Dexmedetomidine in Pediatric Patients
Undergoing Procedure-Type Sedation.

Jooste EH1= Hammer GBz. Reyes CR3, Katkade V“‘ Szmuk P36,

Abstract

Dexmedetomidine (Precedex™) may be used as an altemative sedative in children, maintaining spontaneous breathing, and avoiding
tracheal intubation in a non-intubated moderate or deep sedation (NI-MDS) approach. This open-label, single-arm, multicenter study
evaluated the safety of dexmedetomidine in a pediatric population receiving NI-MDS in an operating room or a procedure room, with an
intensivist or anesthesiologist in attendance, for elective diagnostic or therapeutic procedures expected to take at least 30 min. The primary
endpoint was incidence of treatment-emergent adverse events (TEAES). Patients received one of two doses dependent on age: patients
aged 228 weeks' gestational age to <1 month postnatal received dose level 1 (0.1 pg/kg load; 0.05-0.2 ug/kg/h infusion); those aged 1 month
to <17 years received dose level 2 (1 pg/kg load; 0.2-2.0 pg/kg/h infusion). Sedation efficacy was assessed and defined as adequate
sedation for at least 80% of the time and successful completion of the procedure without the need for rescue medication. In all, 91 patients
were enrolled (dose level 1, n=1; dose level 2, n = 90); of these, 90 received treatment and 82 completed the study. Eight patients in dose
level 2 discontinued treatment for the following reasons: early completion of diagnostic or therapeutic procedure (n = 3); change in medical
condition (need for intubation) requiring deeper level of sedation (n = 2); adverse event (AE; hives and emesis), lack of efficacy, and
physician decision (patient not sedated enough to complete procedure; n = 1 each). Sixty-seven patients experienced 147 TEAES. The two
most commonly reported AEs were respiratory depression (bradypnea; reported per protocol-defined criteria, based on absolute respiratory
rate values for age or relative decrease of 30% from baseline) and hypotension. Four patients received glycopyrrolate for bradycardia and
seven patients received intravenous fluids for hypotension. SpO, dropped by 10% in two patients, but resolved without need for manual
ventilation. All other reported AEs were consistent with the known safety profile of dexmedetomidine Two of the 78 patients in the effica

evaluable population met all sedation efficacy criterifl Dexmedetomidine was well-tolerated in pediatric patients undergoing procedure-type

sedation.
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Dexmedetomidine is effective and safe
during NIV in infants and young children
with acute respiratory failure

Piastra et al. BMC Pediatrics (2018) 18:282

https://doi.org/10.1186/512887-018-1256-y

M. Piastra' A. Pizza' ®, S. Gaddi', E. Luca', O. Genovese' E. Picconi’, D. De Luca’ and G. Conti’

Abstract

Background: Noninvasive ventilation (NIV) is increasingly utilized in infants and young children, though associated
with high failure rates due to agitation and poor compliance, mostly if patient-ventilator synchronization is required.

Methods: A retrospective cohort study was carried out in an academic pediatric intensive care unit (PICU).
Dexmedetomidine (DEX) was infused as unique sedative in 40 consecutive pediatric patients (median age
16 months) previously showing intolerance and agitation during NIV application.

Results: During NIV clinical application both COMFORT-B Score and Richmond Agitation-Sedation Scale (RASS)

were serially evaluated. Four patients experiencing NIV failure, all due to pulmonary condition worsening, required

Conclusion: Our data suggest that DEX may represent an effective sedative agent in infants and children showing
agitation during NIV. Early use of DEX in infants/children receiving NIV for acute respiratory failure (ARF) should be

considered safe and capable of improving NIV, thus permitting both lung recruitment and patient-ventilator
synchronization.

Keywords: Sedation, Non invasive ventilation, Infant, Dexmedetomidine, Acute respiratory failure
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.| phosphorothioate antisense oligodeoxynucleotides. Curr Opin

Nusinersen treatment of spinal muscular atrophy: current
knowledge and existing gaps

TERESA GIDARO'? | LAURENT SERVAIS'23

1 |-Motion — Pediatric Clinical Trials Department, Trousseau Hospital, Paris; 2 Institute of Myology, Pitié-Salpétriére Hospital, Paris, France. 3 CHU de Liege, Centre de
référence des maladies Neuromusculaires, Liége, Belgium.

HysnHepceH (CnuHpasa), - aHTUCMbICIIOBOW OSIUFOHYKMeoTng -
NOBbLILLIAET BKIIOYEHME 3K30Ha 7 B TpaHCKpunTax MaTpu4HOW
pnooHyknenHoson kucnotbl (MPHK) B reHe SMNZ2 n BbipaboTky
nonHopasmepHoro benka SMN y nauneHToB 1-2 Tuna SMA.

28 naunerHtoB co CMA 1 tun. 4 rpynnbl (1 mr, 3 Mr, 6 mr, 1 9 Mmr)
NHTpAaTeKanbHOE BBEOEHME.

BeedeHue Hy3uHepceHa 8 do3e 6 u 9 me ydeaueasio
ypoeeHb SMN.

JuHaMuka KnuHU4YecKolU KapmuHbl  MoJIOKUmMesibHa @6
gpynne 9 me.

AdnumenbHoe do303asucumMoe yny4yuweHue deu2amesibHbIX

Investig Drugs 2001; 2: 562—73.
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803MOXHOCMeU daxxe rnpu 0OHOKpamHoU UHbEeKyuu.
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Original article

Single-center experience with intrathecal
administration of Nusinersen in children with
spinal muscular atrophy type 1

Astrid Pechmann, Thorsten Langer, Sabine Wider, Janbernd Kirschner

Department of Neuropediatrics and Muscle Disorders, Medical Center — University of Freiburg, Faculty of Medicine,
University of Freiburg, Germany

Pesynbrarhl:
20 peten ot 2 go 50 mec. MNepeq LP annnukauns EMLA kpema + HIBC.
[MyHKunKn Ha ypoBHax L 4/5 n L 2/3.

BoiBoabl: niombanbHas nNyHKUMS AOna  UMHTpaTeKkanbHOro BBedEeHud
Nusinersen BbINOMHAETCA CcTaHOApPTHO ©0e3 OCNOXHEHUM U XOPOLUO
NepeHOCUTCA BO BCeEX BO3PACTHLIX rpynnax
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Geary RS, Yu RZ, Levin AA. Pharmacokinetics of
Investig Drugs 2001; 2: 562—73.

Nusinersen treatment of spinal muscular atrophy: current
knowledge and existing gaps

TERESA GIDARO'? | LAURENT SERVAIS'?3

1 I-Motion — Pediatric Clinical Trials Department, Trousseau Hospital, Paris; 2 Institute of Myology, Pitié-Salpétriere Hospital, Paris, France. 3 CHU de Liege, Centre de
référence des maladies Neuromusculaires, Liége, Belgium.

CHERISH (type 2) n=124 - HysumHepceH 12 w™r, 4 roaa
HabnooeHus — yray4dweHue dsu2amesibHOU aKmueHocmu,
CHU)XeHue Yacmombl 20cnumasu3ayudl.

NCT01839656 n= 360 - MHOrokpaTtHoe WHTpaTeKkanbHoe
BBeEHME Hy3nHepceHa 0e30nacHo M XOpoLWo MNepeHOCUMOo C
8bIPa>eHHbIM  KJIUHUYeCKUM 3¢hghekmom 8 eude
yny4qyweHus deu2amesibHOU akmugHocmu.

ENDEAR n=122 (7 wmec) 3 Harpy3oyHbIX 00O3bl + YyeTBepTas
yepe3 Mecsdl, 3arteM noagepxuparowaa kaxgble 4 mecdua —
3HaYMmoe ynydweHune paBurateribHonM aktuBHoctn  40%
nauyueHToB.
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Bonpocbl K HYy3MHEepCeHy

Nusinersen treatment of spinal muscular atrophy: current

knowledge and existing gaps

LAURENT SERVAIS"23

TERESA GIDARO'?

de

re Hospital, Paris, France. 3 CHU de Liege, Centre

alpetrié

of Myology, Pitié-S;

u Hospital, Paris; 2 Institute

CMA 0 (HoBopoxaeHHble) HeT onbiTa. JleyeHne HaumMHaloT TONbKO C
MOMEHTa MaHuecTaunmn KIMHUKMN.

Ectb nu BblpaboTka 6enka SMN BHe LIHC - ckopee Bcero 310
Bo3MoxHo npu CMA 1 tnuna

Ncxoobl pocumntomHon Tepannn (NURTURE, HeCKONbKO NUNOTHBIX
nccnegoBaHn. [NauneHTbl UMEKT Nydllune ncxogbl, ecnv Tepanus

Ha4yaTta Ao MaHI/ICbeCTaLI,VII/I KIMTMHUKWA.

1 |-Motion — Pediatric Clinical Trials Department, Trousseal
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OtoaneHHble  ucxogbl Nusinersen trial (NCT02594124) - vy
bonblUMHCTBA NauMeHToOB 3Ha4YMMoe ynyJwieHve xonbosbl,
CTOSHUSA, YyAepXaHna B MONMOXEeHUN cuad, He3aBUCUMOCTTb OT
pecnupaTtopHon nogaepxkn. MHtennekTyaneHoe passutune Tpedyer

OoTOErNnbHOW OLIEHKM.
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Bonpocbl K HYy3MHEepCceHy

Responders\non-responders. 3HauyMMoO BpemMsa Mexay Hadarnom
cumMmnTomMoB 1 nepsoun goson y CMA 1 Tuna n Bo3pacT y naunueHToB
CMA 2 tnna Ho noka HeT ybeanTenbHOro noHMMaHus.

3 CHU de Liege, Centr

e Hospital, Paris, France.

alpétriér

[Mpn CMA 3 Tunna. Pesynsratbl He BepudUUnMpoBaHbl, MOryT ObITb
cnpoBouupoBaHbl 3dpdekTom nnayebdo. XoTsa OTMEYEHO 3HAYMMOE
yrnydweHue TecTta WeCTUMNUHYTHOU XO4b0bI.

of Myology, Pitié-S

Hospital, Paris; 2 Institute

Trousseau

es, Lidge, Belgium

[Tpu CMA 4 Tna - HeT OaHHbIX.

LAURENT SERVAIS"23

Clinical Trials Department
sCi

— Pediatric

Nusinersen treatment of spinal muscular atrophy: current

knowledge and existing gaps

TERESA GIDAROD'?

1 I-Motion
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Bonpochl

[epmaHna — pacxogbl Ha CMA 1 Tuna 6e3 HyamHepceHa €100
000\roa. Ha CMA 2 tuna €90 000\roa.

HecmoTpa Ha KOMMeHcauuo B €100 000 3a wuHbeKkuuio
Hy3nHepceHa, B 0OLEN CIIOXHOCTU WECTb UHBEKLNN B
nepBbIN rog U TPN MHBbEKUNK 3a BTOPOM roga.

[Tpn aTom BbXMBaemocTb npu CMA 1 Tuna BO3pacTaer ¢ 10%

37O 3HauUT, YTO PbMHAHCOBAs Harpyska Bo3pacTaer..
CKPUHWHI  HOBOPOXKAEHHbIX MOr ©Obl MOMOYb BbIIBUTb

responders\non responders ©“ NporHo3MpoBaTb  BO3MOXHOCTb
CHWXXEHUA 3aTpar...

Prasad V. Nusinersen for spinal muscular atrophy: arewe
paying too much for too little? JAMA Pediatr 2018;172:

123-5.
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NOTA BENE

HA OV

HOTHRO: Cyjiam ... noaywsas
AROKATA ...
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https://www.facebook.com/permalink.php?story_fbid

2103223859988195&id=100009018051598

Hatanba TaTapuHOBA cenyac &% HACTPOEH peLunTeribHO ¢ oo
Buktopuen MockaneHnko [aHunu.
1 npekabpa 2018r. -

A naBHO He nuwy NocThl , rae Bl Morna obBUHATE Bpaven n3 YKpauHbl B
COBEpLUEHHON HEKOMMNETEHTHOCTU OTHOCUTENbHO NMPOTOKONOB BeeHUs
BONbHLIX CNMMHANBLHO MbllLeYHOW aTpoduen .

A nuwy nocTebl -obpalleHuns , B Hagexae AoCTy4aTbCs , YTO Bbl yBUAUTE ,
NPOYTETE N NepenaanTe aTy UeHHYI0 MHopMaUulo CBOMM Konneram .

A 3Hat , 4TO Bawa paboTa Henerkas n HU3KoonnadYneaemas . f 3Haw , 4To
B BonbHUUAX KaTacTpoduyeckn He xBataeT 0bopyaoBaHUS , PACXOAHbIX
MaTepuanoB n MeaUKamMeHTOB .

A 4yTO genaTtb , eCnNU BaM He xBaTaeT 3HaHun ?7?

Bbl Beab 3HaeTe , YTO He3HaHue 3aKOHOB He ocBoboXxaaert oT

OTBETCTBEHHOCTU??
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NOTA BENE
(BbIBOADI)

1. llogBunca cBeT B KOHUE TOHHen4
(Hy3nHepCeH);

2. Pooutenn 3HaloT, BUOAT pes3ynbraTtbhl, BepAT
B CBET B KOHLIE TOHHENS;

3. bonbWNMHCTBO poauTenen rotoBbl ODOPOTLCH
OO0 rnocnegHero;

4. Ecnn mbl He byaem nomoratb UM OOPOTHLCHA
— 3Ha4yuT Mbl bygem mewatb UMM U TOrga
OHU cMemym Hac ¢ dopoau.
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https://youtu.be/pUhKOIwnTYO

e B.1O. ApTéM.EHKo,&pﬂa{lo-ykpaimbmﬁ Cum’nosjiym. Knis2019

S
{4 )
w "
: i

»

S
Y


https://youtu.be/pUhK01wnTY0

