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What is Neuroblastoma?
Clinical challenge in paediatric cancer

« Most common extracranial solid tumour in young children / toddlers
« 1,500 yearly new cases in the European region
 Tumour origin at embryonal cells of the sympathetic nervous system
* Primary tumours mainly in the adrenal gland
« Accounts for 15% of death in children with cancer
* Very heterogenous clinical and biological course
« High-risk disease (50% patients):
o Specific genetic alterations
o Metastasized (>90% to bone marrow)
o 5-year survival rate below 50%



What is Neuroblastoma?

Event-free survival of
neuroblastoma

Clinical challenge in paediatric cancer patients with first relapse
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Neuroblastoma disease monitoring
A clinical and patient unmet need

 Response evaluation and follow-up monitoring according to international
standards
* Imaging: MRI, MIBG-scan
« Bone marrow assessment
» Every 3-6 months — invasive and burdensome

We need better and less invasive markers: Liquid biopsies

* Frequent sampling of peripheral blood samples with sensitive detection of tumor markers
 gPCR for NB mRNA detection

» cfDNA-based assays (NGS, ddPCR) -
« Early relapse detection
» Detection of therapeutic targets
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« Establish a pragmatic randomized clinical trial for patients with relapsed
neuroblastoma to test in real-time if liquid biopsies can detect a relapse earlier

» Develop (links to) databases and a digital decision support tool to help
oncologists use data from the liquid biopsy monitoring

» Assess patient-reported outcomes and quality of life in MONALISA app

» Long-term objective: To establish liquid biopsies as standard-of-care



MONALISA Highlights

Opening of MONALISA Clinical Trial, enrolment of first patients and start of real-
' time liquid biopsy testing in reference laboratories

,i,i\ﬁ\ Aim to randomize 150 patients with relapsed neuroblastoma into 2 trial arms:
standard follow-up vs. standard follow-up plus monthly liquid biopsy testing
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' Standard of care monitoring/INRC
* Liquid biopsy sampling with real-time reporting

Liquid biopsy sampling without reporting



MONALISA Highlights

Opening of MONALISA Clinical Trial, enrolment of first patients and start of real-
' time liquid biopsy testing in reference laboratories

'ﬁ'ﬂ‘ﬁ‘ Aim to randomize 150 patients with relapsed neuroblastoma into 2 trial arms:
standard follow-up vs. standard follow-up plus monthly liquid biopsy testing

Liquid biopsy tests | i per-ipheral bIo.o.d
_ = |[nnovative & sensitive mMRNA and cell-free DNA assays
according to EU IVDR

= 7 reference labs > QC/QA + training

= Secure link to databases for future paediatric cancer research (UNCAN, EHDS)
= Established clinical decision support tool

= Patient-reported outcome measures (QoL) with dedicated MONALISA App




MONALISA long-term impact

TRIAL OUTCOMES
% '
Time to F§|3DS€' Overall Patient- Change in Quality of life
detection survival reported care strategy
outcomes

Establish liquid biopsies as standard-of-care in paediatric cancer monitoring
 Increase acceptance among oncologists, patients and families
» Accelerate digital transformation of research innovation
« Knowledge dissemination
* Reduce healthcare costs




THANK YOU!
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A SIOPEN pragmatic clinical trial to MOnitor NeuroblastomA relapse with

Liquid biopsy Sensitive Analysis

Thanks to all patients and families!
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Get more information!

LISAS,

Contact: monalisa@ccri.at

Website QoL Patient App

https://siope.eu/monalisa AppleStore GooglePlay

PLEASE
WATCH & SHARE!


https://siope.eu/monalisa
mailto:monalisa@ccri.at
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