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

A

=

(19) World Intellectual Property
Organization
International Bureau
(43) International Publication Date
21 October 2021 (21.10.2021)

(10) International Publication Number

WO 2021/211700 A1

WIPO I PCT

(51) International Patent Classification:

AG6IK 9/00 (2006.01) A6IM 5/14 (2006.01)
AG6IK 48/00 (2006.01) CI2N 7/00 (2006.01)
A61IM 1/34 (2006.01) CI2N 15/86 (2006.01)
A61M 1/36 (2006.01)

(21) International Application Number:
PCT/US2021/027266

(22) International Filing Date:
14 April 2021 (14.04.2021)

(25) Filing Language: English
(26) Publication Language: English
(30) Priority Data:

63/010,179 15 April 2020 (15.04.2020) UsS

(71) Applicant: THE BOARD OF REGENTS OF THE
UNIVERSITY OF TEXAS SYSTEM [US/US]; 210 West
7th Street, Austin, TX 78701 (US).

(72) Inventors: BAILEY, Rachel, M.; 558 Indian Creek Dri-
ve, Trophy Club, TX 76262 (US). GRAY, Steven, J.; 518
Timber Lake Drive, Southlake, TX 76092 (US).

(74) Agent: HILLMAN, Lisa, M.w et al.; DLA Piper LLP US,
33 Arch Street, 26th Floor, Boston, MA 02110 (US).

(81) Designated States (unless otherwise indicated, for every
kind of national protection available). AE, AG, AL, AM,
AO, AT, AU, AZ, BA, BB, BG, BH, BN, BR, BW, BY, BZ,
CA, CH, CL, CN, CO, CR, CU, CZ,DE, DJ, DK, DM, DO,
Dz, EC, EE, EG, ES, FI, GB, GD, GE, GH, GM, GT, HN,
HR, HU, ID, IL, IN, IR, IS, IT, JO, JP, KE, KG, KH, KN,
KP, KR, KW,KZ,LA,LC,LK, LR, LS, LU, LY, MA, MD,
ME, MG, MK, MN, MW, MX, MY, MZ, NA, NG, NI, NO,
NZ, OM, PA, PE, PG, PH, PL, PT, QA, RO, RS, RU, RW,
SA, SC, SD, SE, SG, SK, SL, ST, SV, SY, TH, TJ, TM, TN,
TR, TT, TZ, UA, UG, US, UZ, VC, VN, WS, ZA, ZM, ZW.

(84) Designated States (unless otherwise indicated, for every
kind of regional protection available): ARIPO (BW, GH,
GM, KE, LR, LS, MW, MZ,NA, RW, SD, SL, ST, SZ, TZ,
UG, ZM, ZW), Eurasian (AM, AZ, BY, KG, KZ, RU, TJ,
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,
MC, MK, MT, NL, NO, PL, PT, RO, RS, SE, SI, SK, SM,

(54) Title: COMPOSITIONS AND METHODS FOR TREATMENT OF NEUROLOGICAL DISORDERS

wo 20217211700 A 1 | AT 00 TR0 O

2 107 _ 15 380

- o4

£ I -

21 £ 1 2 500

b - - o

9 ¢ ~

& = 2

2 g130- T 40

g o 4 .

k3 & 4

- © 1204 8 3204

%70- 8 I i

» 2

o

R B s Hedy R— i A
A \S & & Y A & & A & &
R éwi' & /\;; & ‘\*' N /\){4 §‘° i &
& F o N F F o S § y @
A K ¢ vy 8 AR A R

§ § §
¢ o ¢
FIG. 4

(57) Abstract: The present disclosure provides methods and compositions for the treatment of diseases and/or disorders in a subject,
including, but not limited to neurological disorders such as giant axonal neuropathy. The methods described herein include direct
administration of a gene therapy (e.g. an rAAV viral vector) to a subject via injection into a vagus nerve ( e.g. the left vagus nerve)
of the subject.
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