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(57) Abstract: This invention provides compositions and methods for restoring proper folding and function of Cystic Fibrosis
Transmembrane Conductance Regulator mutant with in-flame-deletion of phenylalanine 508 (AF508 CFTR). The invention also
provides methods for identifying novel agents capable of restoring proper folding and function of AP508 CFTR. The invention addi-



INTERNATIONAL SEARCH REPORT

International application No.
PCT/US2016/060515

A. CLASSIFICATION OF SUBJECT MATTER

cpPC -

IPC(8) - AOTN 37/18; AO1IN 43/04; AO1TN 61/00; A61K 31/07; A61P 11/00; A61P 11/12 (2017.01)
AB1K 48/00; C12N 15/113; C12N 2310/11 (2017.02)

According to International Patent Classification (IPC) or to both national classification and IPC

B.  FIELDS SEARCHED

See Search History document

Minimum documentation searched (classification system followed by classification symbols)

Documentation searched other than minimum documentation to the extent that such documents are included in the ficlds searched

USPC - 514/44R; 514/1; 514/1.8; 536/24.5; 800/286 (keyword delimited)

See Search History document

Electronic data base consulted during the international search (name of data base and, where practicable, search terms used)

C. DOCUMENTS CONSIDERED TO BE RELEVANT

US 2008/0200567 A1 (SCHILLING et al) 21 August 2008 (21.08.2008) entire document

Category* Citation of document, with indication, where appropriate, of the relevant passages Relevant to claim No.
Y COPPINGER et al. "A Chaperone Trap Contributes to the Onset of Cystic Fibrosis,” PLoS One, |1-23
31 May 2012 (31.05.2012), Vol. 7, No. 5, e37682, Pgs. 1-11. entire document
Y JIMENEZ-SANCHEZ et al. "siRNA Screen Identifies QPCT as a Druggable Target for 1-23
Huntington's Disease,"” Nature Chemical Biology, 01 May 2015 (01.05.2015), Vol. 11, Pgs.
347-54. entire document
Y US 2012/0183974 A1 (SCHILLING et al) 19 July 2012 (19.07.2012) entire document 5-7,18,22,23
P, X _ PANKOW et al. "AF508 CFTR Interactome Remodelling Promotes Rescue of Cystic Fibrosis," |1-23
Nature, 30 November 2015 (30.11.2015), Vol. 528, Pgs. 510-516. entire document
A 1-23

I:I Further documents are listed in the continuation of Box C.

D See patent family annex.

* Special categories of cited documents:

“A” document defining the general state of the art which is not considered
to be of particular relevance

“E” earlier application or patent but published on or after the international
filing date

“L™ document which may throw doubts on priority claim(s) or which is
cited to establish the publication date of another citation or other
special reason (as specified)

“0Q” document referring to an oral disclosure, use, exhibition or other
means

“P” document published prior to the international filing date but later than

the priority date claimed

“T” later document published after the international filing date or priority
date and not in conflict with the application but cited to understand

the principle or theory underlying the invention

“X document of particular relevance; the claimed invention cannot be
considered novel or cannot be considered to involve an inventive

step when the document is taken alone

“Y” document of particular relevance; the claimed invention cannot be
considered to involve an inventive step when the document is
combined with one or more other such documents, such combination
being obvious to a person skilled in the art

“&” document member of the same patent family

Date of the actual completion of the international search

09 March 2017

Date of mailing of the international scarch report

21APR 2017

Name and mailing address of the ISA/US

Mail Stop PCT, Attn: ISA/US, Commissioner for Patents
P.0O. Box 1450, Alexandria, VA 22313-1450

Facsimile No. 571-273-8300

Authorized officer
Blaine R. Copenheaver

PCT Helpdesk: 571-272-4300
PCT OSP: 571-272-7774

Form PCT/ISA/210 (second sheet) (January 2015)




	Page 1 - front-page
	Page 2 - wo-search-report

