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Zhoubné nadory (ICCC I-XIl): 5y OS 80,4 % for 2000-2004 vs. 86,7 % for 2015-2019.
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Best survival increment — NBL, bone tumors and GCT.
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Zhoubné nadory (ICCC I-
Xit)

I. Leukemie

II. Lymfomy

[Il. Nadory CNS

IV. Neuroblastom a jiné
nédoory bunék periférnich
nervu

V. Retinoblastom

VI. Nadory ledvin

VIII. Maligni nadory kosti
IX. Sarkomy mékkych tkani

X. Nadory ze zarode¢nych
bunék

XI. Jiné maligni epitelialni
novotvary a maligni
melanomy
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Case report: rapid and durable
response to PDGFR targeted
therapy in a child with refractory
multiple infantile myofibromatosis
and a heterozygous germline
mutation of the PDGFRB
gene.Mudry P, Slaby O, Neradil J,
Soukalova J, Melicharkova K,
Rohleder O, Jezova M,
Seehofnerova A, Michu E, Veselska
R, Sterba J.BMC Cancer. 2017 Feb
10;17(1):119. doi: 10.1186/s12885-
017-3115-x.



https://pubmed.ncbi.nlm.nih.gov/28183292/

TABLE 1 Patient characteristics.

Patients: n
Sex: Males/females n (%)
Age: mean z SD years
Median follow-up months
Diagnoses: n
Anaplastic ependymoma
Glioblastoma
Anaplastic astrocytoma
CNS—other
Ewing's sarcoma
Rhabdomyosarcoma
Osteosarcoma
Synovial sarcoma
Other sarcoma
Neuroblastoma
Burkitt's lymphoma
Total evaluable PD events/deaths
DC vaccine administered: n
In the first line
Between 1st and 2nd event
Between 2nd and 3rd event
After 3rd event
DC admin. from DG: median years

DC vaccine dosages applied: median (min-max)
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FIGURE 3 Co-medication illustration. Patient-days of combinations of drugs (A) and biologically guided treatment (B) after DC vaccination.
[Color figure can be viewed at wileyonlinelibrary.com]



Comparative analysis (Extended Cox model)

Model Parameter B HR Var(w) p
Baseline DCvac model (FM) DCvac -0.24 0 78 0.26 0.360 0.31 0.012
DCvac <15 m (6 pac./33 events) 1.07 58 0.067 0.20 0.050
DC del stratified in 15 ths(FM
vac model stratified in 15 months(FM) DCvac >15 m —OSZCSO 0.29 0@
DCvac <2y 056 175 041 0.170  0.23 0.033
DC del stratified in 2 FM
varimodel stratied 2 yesrs(EM) DCvac>2 y 064053 032  0.048
DCvac & disease status (FM) Baseline pfed DCvac -1.04 035 045 0.021 <0.001 0.920
PD -0.06 0.94 0.52 0.910
DCvacu PD 0.90 2. .047
DCvac u CR,PR,SD -0.18 0.16 0.53 0.005
DCvac & CPM/VBL (PWP 2 weeks lag) DCvac 0.44 1.55 0.25 0.084
CPM/VBL -0.04 0.96 0.23 0.851
DCvac * CPM/VBL 051 0.60 042 0225
Priming (abscopal efekt) s DCvac & ICls (PWP) Po DCvac primingu 0.58 1.79 0.20 0.0034
ICIs before DCvac priming -0.21 0.81 0.45 0.640

ICls after DCvac priming -0.91 0.40 0.32 0.0




OS, EFS — na urovni svetove spicky —
chceme/muzeme takovou péci i nadale nabizet
detem v CR?

 Zlepseni preziti - predevsim diky ,off-label” 1eCbe... zpravidla v
kombinacich

U téchto Iéku a kombinaci zname davkovani, jsou vétSinou podavany na
zakladeé individualneé stanovené biologie nadoru a nositele- tedy pacienta,
ale formalni studie ,randomizované prospektivni multicentrické faze lll* na
to nejsou a hlavné nikdy nebudou s ohledem na malé pocty pacientu, tedy
maly trh pro firmy.

* ,Single center academic trials” — revizni Iékar neuznava...

* Nakladové § 16: zanedbatelné z hlediska vydaju na onkologii
 FN Brno cca 50 mil/rok

* FN Motol cca 100 mil/rok, ale dét. onkologie cca 50% vSech Zadosti o § 16 v téchto
nemochicich



MozZnosti feseni v CR

1. nejlepSi - dopsat do § 15 (5) ZVZP, ze pécCe poskytovana v oborech détské
onkologie a hematoonkologie je plné hrazena (jako mimotélni oplodnéni) a dale do
Uhradové vyhlasky na tohle navazat obdobnym ustanovenim v priloze C. 1, nebo

121 (ta je | pro LP podané za hospitalizace). Pak by se nemusely psat zadanosti na
§ 16..

2. horS| jen navrat do doby cca 10 let zpét - z ustanoveni § 16 Skrtnou onu podminku
"ve vyjlmecnych prlpadech,, Pak by opet mohli platci s odb. spoleCnosti sepsat
"spoleCna stanoviska". Audit na VZP tato stanoviska kritizoval prave proto, ze kdyz

je v § 16 podminka "vyjimeénosti", nelze dopredu definovat, koho se ma tykat.
Logické... Tedy kdyz zustane jen "medicinska" podminka "jedina mozna z hlediska
zdravotniho stavu", tak to definovat Ize, neb zdravotni stav Ize parametricky
predvidat. Opét by se muselo navazat uhr.vyhl., kde by byl v pfiloze €. 1 odstavec
ze se tyto hradi vykonove, nebo opéet dopsat radek do tabulky €. 2.2.2, jako to
mela CF nebo SMA.

3. minimalisticka varianta - jen novela uhr. vyhl, bud doplneni pediatrie do odstavce
kde je jiz CF a SMA, nebo ten fadek do tabulek.



