wo 2014/144978 A3 [N 00O YO OO

(43) International Publication Date

(12) INTERNATIONAL APPLICATION PUBLISHED UNDER THE PATENT COOPERATION TREATY (PCT)

(19) World Intellectual Property Ny
Organization é
International Bureau -,

=

\

(10) International Publication Number

WO 2014/144978 A3

18 September 2014 (18.09.2014) WIPO I PCT
(51) International Patent Classification: HN, HR, HU, ID, IL, IN, IR, IS, JP, KE, KG, KN, KP, KR,
A61P 21/00 (2006.01) A61K 31/7125 (2006.01) KZ, LA, LC, LK, LR, LS, LT, LU, LY, MA, MD, ME,
. . ] MG, MK, MN, MW, MX, MY, MZ, NA, NG, NI, NO, NZ,
(21) International Application Number: OM, PA, PE, PG, PH, PL, PT, QA, RO, RS, RU, RW, SA,
PCT/US2014/029610 SC, SD, SE, SG, SK, SL, SM, ST, SV, SY, TH, TJ, TM,
(22) International Filing Date: TN, TR, TT, TZ, UA, UG, US, UZ, VC, VN, ZA, ZM,
14 March 2014 (14.03.2014) ZW.
(25) Filing Language: English (84) Designated States (unless otherwise indicated, for every
L. ) kind of regional protection available): ARIPO (BW, GH,
(26) Publication Language: English GM, KE, LR, LS, MW, MZ, NA, RW, SD, SL, SZ, TZ,
(30) Priority Data: UG, ZM, ZW), Eurasian (AM, AZ, BY, KG, KZ, RU, TJ,
61/793,463 15 March 2013 (15.03.2013) US TM), European (AL, AT, BE, BG, CH, CY, CZ, DE, DK,
EE, ES, FL, FR, GB, GR, HR, HU, IE, IS, IT, LT, LU, LV,
(71) Applicant: SAREPTA THERAPEUTICS, INC. MC, MK, MT, NL, NO, PL, PT, RO, RS, SE, SI, SK, SM,
[US/US]; 3450 Monte Villa Parkway, Suite 101, Bothell, TR), OAPI (BF, BJ, CF, CG, CI, CM, GA, GN, GQ, GW,
WA 98021 (US). KM, ML, MR, NE, SN, TD, TG).
(72) Inventor: KAYE, Edward, M.; 245 First Street, River- Published:
view II, Suite 1800, Cambridge, MA 02142 (US). —  with international search report (Art. 21(3))
74 ﬁgel:?,tsz g{fNDRAGOE RAS’h inﬁ}l;’ E. et Pal.; Net}fs‘on —  before the expiration of the time limit for amending the
ulling Riley & Scarboroug » One Post Office claims and to be republished in the event of receipt of
Square, Boston, MA 02109-2127 (US). amendments (Rule 48.2(h))
(81) Designated States (unless otherwise indicated, for every __ . sequence listing part of description (Rule 5.2(a))
kind of national protection available). AE, AG, AL, AM,
AO, AT, AU, AZ, BA, BB, BG, BH, BN, BR, BW, BY, (88) Date of publication of the international search report:

BZ, CA, CH, CL, CN, CO, CR, CU, CZ, DE, DK, DM,
DO, DZ, EC, EE, EG, ES, FI, GB, GD, GE, GH, GM, GT,

6 November 2014

(54) Title: IMPROVED COMPOSITIONS FOR TREATING MUSCULAR DYSTROPHY

(57) Abstract: Improved compositions and methods for treating muscular dystrophy by administering eteplirsen, an antisense mo-
lecule capable of binding to a selected target site in the human dystrophin gene to induce exon skipping, are described.



INTERNATIONAL SEARCH REPORT

International application No

PCT/US2014/029610

A. CLASSIFICATION OF SUBJECT MATTER

INV. A61P21/00 A61K31/7125
ADD.

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

B. FIELDS SEARCHED

Minimum documentation searched (classification system followed by classification symbols)

A61K

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

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

EPO-Internal, WPI Data, BIOSIS, EMBASE

C. DOCUMENTS CONSIDERED TO BE RELEVANT

Category* | Citation of document, with indication, where appropriate, of the relevant passages

Relevant to claim No.

X "ETEPLIRSEN - Inhibitor of Dystrophin 1-26
Expression - Treatment of Duchenne
Muscular Dystrophy",

Drugs of the Future 38(1),

1 January 2013 (2013-01-01), pages 13-17,
XP055135338,

DOI: 10.1358/dof.2013.38.1.1924780
Retrieved from the Internet:
URL:https://journals.prous.com/journals/se
rvlet/xmlxs1/dof/20133801/pdf/df380013.pdf
?p_Journalld=28p refld=1924780&p IsPs=N
[retrieved on 2014-08-19]

page 15, column 2, paragraph 6 - page 16,

column 1, paragraph 2

_/__

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)

"Q" 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

28 August 2014

Date of mailing of the international search report

18/09/2014

Name and mailing address of the ISA/

European Patent Office, P.B. 5818 Patentlaan 2
NL - 2280 HV Rijswik

Tel. (+31-70) 340-2040,

Fax: (+31-70) 340-3016

Authorized officer

Tardi, Christine

Form PCT/ISA/210 (second sheet) (April 2005)




INTERNATIONAL SEARCH REPORT

International application No

Induce Dystrophin Expression in Selected
Duchenne Muscular Dystrophy Patients -
Full Text View - ClinicalTrials.gov",

22 January 2013 (2013-01-22), XP055135303,
Retrieved from the Internet:
URL:https://clinicaltrials.gov/ct2/show/NC
T013962397term=eteplirsen&rank=1
[retrieved on 2014-08-19]

the whole document

PCT/US2014/029610
C(Continuation). DOCUMENTS CONSIDERED TO BE RELEVANT
Category* | Citation of document, with indication, where appropriate, of the relevant passages Relevant to claim No.
X Ed Kaye: "Results of the Eteplirsen Phase 1-26
2b and Phase 2b Extension Study in
Duchenne Muscular Dystrophy",
Abstracts 8th Annual Meeting of the
Oligonucleotide Therapeutics Society
Boston, Massachusetts October 28-31, 2012
Nucleic Acid Therapeutics,
1 December 2012 (2012-12-01), page Al3,
XP055135355,
New Rochelle
DOI: 10.1089/nat.2012.1501
Retrieved from the Internet:
URL:http://search.proquest.com/docview/136
6359015
[retrieved on 2014-08-19]
abstract
X MICHELE A SCULLY ET AL: "Review of Phase 1-26
II and Phase III clinical trials for
Duchenne muscular dystrophy",
EXPERT OPINION ON ORPHAN DRUGS,
vol. 1, no. 1, 1 January 2013 (2013-01-01)
, pages 33-46, XP055135324,
DOI: 10.1517/21678707.2013.746939
page 38, column 1, paragraph 2; table 1
A Anonymous: "Efficacy Study of AVI-4658 to 1-26

Form PCT/ISA/210 (continuation of second sheet) (April 2005)




INTERNATIONAL SEARCH REPORT

International application No

PCT/US2014/029610

C(Continuation). DOCUMENTS CONSIDERED TO BE RELEVANT

Category* | Citation of document, with indication, where appropriate, of the relevant passages

Relevant to claim No.

A Dubowitz Neuromuscular ET AL: "Exon
skipping and dystrophin restoration in
patients with Duchenne muscular dystrophy
after systemic phosphorodiamidate
morpholino oligomer treatment: an
open-label, phase 2, dose-escalation
study",

Lancet Published Online July,

1 January 2011 (2011-01-01), pages
595-605, XP055135286,

DOI: 10.1016/S0140-

Retrieved from the Internet:
URL:http://ac.els-cdn.com/S014067361160756
3/1-52.0-50140673611607563-main.pdf?_tid=6
56f1116-2792-11e4-858f-00000aab0f6h&acdnat
=1408447224 8a7cd0belac8eObe5f8adl4e5fc097
fe

[retrieved on 2014-08-19]

the whole document

X, P Jerry R Mendell ET AL: "Eteplirsen for
the treatment of Duchenne muscular
dystrophy",

Annals of neurology,

1 November 2013 (2013-11-01), pages
637-647, XP055135300,

United States

DOI: 10.1002/ana.23982

Retrieved from the Internet:
URL:http://onlinelibrary.wiley.com/doi/10.
1002/ana.23982/abstract

the whole document

1-26

1-26

Form PCT/ISA/210 (continuation of second sheet) (April 2005)




	Page 1 - front-page
	Page 2 - wo-search-report
	Page 3 - wo-search-report
	Page 4 - wo-search-report

