The invention provides a previously uncharacterized protein (ganmma
secretase activating protein or gSAP) that activates y-secretase to produce
-anyloid protein (A). Deposition of A has been associated with Al zheiner's
di sease amng mtEIRsATmIAh QbﬁgégﬁON ?bm'smmﬂmmmbusmﬂdbéﬂmaidwr@ﬁw trdes,

a{)]’% rﬁanlza lOIl /

prote| n

of A

wO 2011/016861 A2 I 0KV 00 RO

S80S e

di sease and ot her

neur O egener at i ve
(43) International Publication Date
10 February 2011 (10.02.2011)

e GG B Gl TR g

AAPSY . . ul
ORI | 01 1SRG A MLl GRARE LT 0N

WO 2011/016861 A2

(51

International Patent Classification:
AOIK 67/027 (2006.01) A61K 38/17 (2006.01)

cellular Therapies, Inc., 3690 Broadway, New York, NY
10032 (US).

(21) International Application Number: (74) Agents: YANG, Arthur et al.; Hoxie & Associates LLC.,
PCT/US2010/002173 75 Main Street, Suite 301, Millburn, NJ 07041 (US).

(22) International Filing Date: (81) Designated States (unless otherwise indicated, for every

5 August 2010 (05.08.2010) kind of national protection available): AE, AG, AL, AM,

o ] . AO, AT, AU, AZ, BA, BB, BG, BH, BR, BW, BY, BZ,

(25) Filing Language: English CA., CH, CL, CN, CO, CR, CU, CZ, DE, DK, DM, DO,

(26) Publication Language: English DZ, EC, EE, EG, ES, FI, GB, GD, GE, GH, GM, GT,

L. HN, HR, HU, ID, IL, IN, IS, JP, KE, KG, KM, KN, KP,

(30) Priority Data: KR, KZ, LA, LC, LK, LR, LS, LT, LU, LY, MA, MD,

61/231,462 5 August 2009 (05.08.2009) Us ME, MG, MK, MN, MW, MX, MY, MZ, NA, NG, NI

(71) Applicant (for all designated States except US): INTRA- NO, NZ, OM, PE, PG, PH, PL, PT, RO, RS, RU, SC, SD,

CELLULAR THERAPIES, INC. [US/US]; 3690 SE, G, SK, SL, SM, ST, SV, 8Y, TH, TJ, TM, TN, TR,
Broadway, New York, NY 10032 (US). TT, TZ, UA, UG, US, UZ, VC, VN, ZA, ZM, ZW.

(72) Inventors; and (84) Designated States (unless otherwise indicated, for every

b . . . .
(75) Inventors/Applicants (for US only): GREENGARD, kind of regional protection available): ARIPO (BW, GH,

Paul [US/US]; The Rockefeller University, 1230 York
Avenue, New York, NY 10021-6399 (US). LOU, Wenjie
[US/US]; The Rockefeller University, 1230 York Avenue,
New York, NY 10021-6399 (US). HE, Gen [US/US];
The Rockefeller University, 1230 York Avenue, New
York, NY 10021-6399 (US). LI, Peng [US/US]; Intra-
cellular Therapies, Inc., 3690 Broadway, New York, NY
10032 (US). WENNOGLE, Lawrence [US/US]; Intra-

GM, KF, LR, LS, MW, MZ, NA, SD, SL, SZ, TZ, UG,
ZM, ZW), Eurasian (AM, AZ, BY, KG, KZ, MD, RU, TJ,
TM), European (AL, AT, BE, BG, CH, CY, CZ, DE, DK,
EE, ES, FI, FR, GB, GR, HR, HU, IE, IS, IT, LT, LU,
LV, MC, MK, MT, NL, NO, PL, PT, RO, SE, SL SK,
SM, TR), OAPI (BF, BJ, CF, CG, CL CM, GA, GN, GQ,
GW, ML, MR, NE, SN, TD, TG).

[Continued on next page]

(54) Title: NOVEL REGULATORY PROTEINS AND INHIBITORS

Figure 6
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(AP). Deposition of AP has been as-
sociated with Alzheimer's disease and
other pathologies. The invention thus
additionally provides, e.g., screening
methods and novel research tools, in-
hibitors of this novel protein, and
methods of diagnosis, treatment and
control of Alzheimer's disease and
other neurodegenerative conditions
associated with deposition ot Af.
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