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Cystic Fibrosis (CF) is an autosomal recessive disorder affecting approximately 80,000 people RT-gPCR and Western Blot cy&iy‘@ SN &
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MATERIAI— & M ETHODS Fig 1. A) Fold gene expression of hCFTR sa-RNA 24 hours after transfection in A549 cells. C = Control, T = Treatment B) Western Blot of
functional CFTR protein (170 kDa) 24 hours after transfection in A549 cells. N N S
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the sa-RNA was evaluated by RT- , | et . | e
. -~ ; i i | Fig 2. A, C) Fold gene expression of hCFTR sa-RNA respectively 24 and 72 hours after transfection in CFBE410- cells. C = Control, T = Treatment
gPCR using specific primers for the T B, D) Western Blot of functional CFTR protein (C band, glycosylated form) and non-functional hCFTR protein (B band, core-glycosylated form)
respectively 24 and 12 hours after transfection in CFBE4T0- cells.
hCFTR gene and GAPDH as house @~ ¢ | Feeemmemem e e e e e e e e e e e e e e e e e e e e e e e = = = = =
(eeping gene l Halide sensitive YFP-based functionality assay in CFBE410- cells
| A) B)
I _B\ 8_ % % %k = 10_ xx
) . — % 6- T 1 Mock g 8- ‘I'
. Expression of the functional CFTR —— o B WiCFTR 500ng o
. L = hCFTRsa-RNA500ng L 67
protein was evaluated over 72 hours — O 4- O
EEEEEES I e o)
I 4—
by Western Blot using hCFTR specific % %
c 27 E L
596 antibody obtained from the CF — s | 5 2
Z T
Foundation. e 0— | 0— ,
24h 24h 24h 48h 48h 48h
Fig 3. A, B) Normalized activity of CFTR protein respectively 24 and 48 hours after transfection of stably expressing YFP protein CFBE4To- cells
l with hCFTR sa-RNA and wtCFTR as positive control.
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VEB-based assay using: CRBE4T0 /| /n vitro results show high sa-RNA expression declining over time and presence of the mature hCFTR protein
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Follow-up experiments will be performed using a suitable LNP as delivery vector in epithelial cells and /7 vivo
eYFP fluarescent cells reduced . . . . . . . .
e YFP fluoresce nce experiments will be performed in mice and pigs to rectify Gl and lung impairment.

Abbreviations: VEEV = Venezuelan Equine Encephalitis Virus, YFP = yellow fluorescent protein, LNP = lipid nanoparticle
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