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Medicina di precisione in fibrosi cistica

Trattamenti personalizzati per pazienti FC con mutazioni rare
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Kaftrio in organoi%minf—intestini)
izion\ness modulatore CFTR e

> Attivare sul fondo AIFA!SBﬂrestay |
ottenuti in organoidi, modello cellulare®accredi

gueste valutazioni pre-cliniche.

» Conservare gli organoidi nella Biobanca per le sperimentazioni di
nuovi modulatori CFTR.
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Screen of intestinal organoids reveals
mechanisms of tissue rq,cnt_ra,gon
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We take some tissue from This tissue is cultured in the The result is an organoid On this organoid we test And we bring the correct
the intestine lab medicines medicines to the patients
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Sinus infection, nasal polyps

Bile duct obstruction,
focal biliary cirrhosis

Reduced lung function, frequent
lung infections, inflammation,

Exocrine pancreatic insufficiency . i
and progressive lung disease

and resulting malnutrition

Endocrine pancreatic insufficiency
and resulting CFRD

Lu
© Abnormally high excretion
of sodium and chloride

, (salt) in the sweat

Failure to thrive/gain weight due to "‘""_‘f’
pancreatic insufficiency, digestive

problems, and intestinal blockages

Infertility, congenital
sweatgand  hjlateral absence of the
vas deferens in men

Reproductive
tract

W) 20 Pazienti FC CFTR: RARE/RARE nel primo anno



Drug response differs per individual
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Dekkers et al, Sci Transl Med, 2016
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Le potenzialita dell’utilizzo degli organoidi intestinaliin FC
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‘Biobanking’ of patient

derived organoids Plasma-based assay to measure
patient-specific exposure to CFTR modulators

Organoid
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Co-culture experiments
with immune cells
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Host-microbe interactions
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We take some tissue from This tissue is cultured in the The result is an organoid On this organoid we test And we bring the correct
the intestine lab medicines medicines to the patients
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