What is claimed is:

CLAIMS

1.

wherein:

Use of a compound of Formula I:

OH
R7

R"is C(R®)(R)(R®);

R? is hydrogen, -OH or halogen;
R3 is hydrogen, -OH, halogen,dr C1.g alkyl;
R* is halogen, Cig alky¥ substituted C g alkyl, aryl, substituted aryl,
alkylcycloalkyl or substipdted alkylcycloalkyl;
R® and R* may join/Wwith the carbon to which they are attached to form a
cycloalkyl ring, wiich may be optionally substituted, preferably with halogen
and more prefefably with one or more fluorine atoms;

R® is hydrogén, C1.g alkyl, substituted C+. alkyl, arylalkyl, substituted arylalkyl,
r substituted alkylaryl;

Z is ogtional, when present Z is —(CHy)1.g—, ~C(=0) —, —S(=0)NH~-, ~S(=0),—
C(=S)NH—, —8(=0)~CHz—, C(=0}-NH-, —-S(=0);-NR°-, —C(=0)C1.5
lkylene or —C(=0O)CH(NH2)CHx—;

R? is hydrogen, C.g alkyl or substituted Ci.g alkyl;

R is hydrogen, Cs.5 alkyl or substituted C.g alkyl;

R® is hydrogen, Cqs alkyl, substituted C 15 alkyl, aryl, substituted aryl, Cig
alkenyl, substituted C 15 alkenyl, arylalkyl, substituted arylalkyl, alkylaryi,
substituted alkylaryl, aminoarylalkyl or substituted aminoarylalkyl;

R’ is =OH or halogen; and

70




R8s hydrogen, halogen or Cy.s alkyl,
provided that R? and R® cannot both be hydrogen when R* is a halogen, Z is
not present, R” is -OH, R®, R® and R® are hydrogen
in the manufacture of a medicament for treating a lysosomal storage disorder/An a
patient diagnosed with the same.

2. The use of claim 1, wherein the compound is of Formula Il

OH
R7

wherein:
R'is C(R(R*)(RY):;
R? is hydrogen, -OH or halogen;
R? is hydrogen, -OH, halogen oy
R* is halogen, —CHs, pheny}{ fluorophenyt, methylphenyl, cyclohexyimethyl,
wherein when R* is a halogén, both R? and R® cannot be hydrogen;
R® and R* may join wjth the carbon to which they are attached to form a
cycloalkyl ring, which/may be optionally substituted with one or more halogen
atoms;
R® is hydrogen fhenylalkyl or substituted phenylalkyl;
hen present Z is —(CHz)—, -C(=0) —, ~S(=0)NH-, —S(=0),—,
7=, C(=0)=NH=, ~S(=0);NR®~, ~C(=S)-NH- or -C(=0),-CH,—,

Z is optional

is hydrogen or aminophenylalkyl;

R” is -OH or halogen; and

R® is hydrogen, halogen or ~CHs,

provided that R? and R® cannot both be hydrogen when R? is halogen, Z is not
present, R” is —-OH, R®, R® and R® are hydrogen.
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3. The use of claim 1, wherein the compound of Formula Iit:

OH
R7 =

LIFI1]]

R‘l
RB

Iz

wherein:
R'is CRA)(R)(R?;
R? is hydrogen, -OH or halogen;
R?is hydrogen, -OH, halogen or —CHs;
R* is halogen, —CHs, phenyl, fluorophenyl,

gthylphenyl, cyclohexylmethyl,
wherein when R* is a halogen, both R? and B

cannot be hydrogen;
R® and R* may join with the carbon to fvhich they are attached to form a
cycloalkyt ring, which may be optionally

substituted with one or more halogen
atoms;

R’ is -OH or halogen; and

R®is hydrogen, halogen or ~CHs,
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or a pharmaceutically acceptable sait, or solvatg’thereof, or any combination of two

or more thereof in the manufacture of a medj¢ament for treating a lysosomal storage

disorder in a patient diagnosed with the s

5. The use of Claim 4, wherein e compound is:
OH F
N

or a pharmaceutically agCeptable salt, or solvate thereof.

6. The use of Zlaim 4, wherein the compound is:

HO

armaceutically acceptable salt, or solvate thereof.

The use of Claim 4, wherein the compound is:

78



HOE

N

H

-lIO

or a pharmaceutically acceptable salt, or solvate thereof.

8. The use of Claim 4, wherein the compound is:
OH F
HO._~

N
H

or a pharmaceutically acceptable salt, or solvate thereof.

9. The use of Claim 4, wherein the compound is:
QH

RORS
N
H

or a pharmaceutically acceptable salt, or splvate thereof.

10.  The use of Claim 1, wherein thé lysosomal storage disease is Niemann-Pick
disease.

11.  The use of Claim 1, wherein the lysosomal storage disease is Gaucher's
disease.

12.  Use of a compound




Claims:

Use of a compound of Formula [

OH
R7
R1
RB
I
AN
RS

wherein:

R"is C(R®(R’)RY):;

R? is hydrogen or halogen;

R® is hydrogen, halogen or Cy.g alkyl;

R* is halogen, C1.s alkyl, aryl, or alkylcycloalkyl;

R® and R* may join with the carbon to which they are attached to form a
cycloalkyl ring, which may be optionally substituted with halogen and more
preferably with one or more fluorine atoms;

R® is hydrogen, Ci.s alkyl, arylalkyl, or alkylaryl;

Z is optional, when present Z is —(CH3)1.g—, -C(=0) —, —=S(=0)o,NH-, —S(=0)—
, —C(=S)NH-, —S(=0),—CHy—, C(=0)}-NH-, -S(=0),-NR’-, —C(=0)C14
alkylene or —C(=0)CH(NH,)CHz—;

R® is hydrogen, or Cq.g alkyl;

R® is hydrogen, Cis alkyl, aryl, Csg alkenyl, arylalkyl, alkylaryl, or
aminoarylalkyl;

R is —=OH or halogen; and

R® is hydrogen, halogen or Cy.g alkyl,

provided that R? and R?® cannot both be hydrogen when R* is a halogen, Z is
not present, R’ is —-OH, R®, R® and R® are hydrogen

in the manufacture of a medicament for treating a lysosomal storage disorder in a

patient diagnosed with the same.




The use of claim 1, wherein the compound is of Formula {l:

OH
R7
R1
RB
T Rs
N
R5

wherein:

R"is C(R(R*)(R?):

R? is hydrogen or halogen;

R® is hydrogen halogen or —CHj;

R* is halogen, —CHas, phenyl, fluorophenyl, methylphenyl, cyclohexylmethyl,
wherein when R* is a halogen, both R? and R® cannot be hydrogen;

R® and R* may join with the carbon to which they are attached to form a
cycloalkyl ring, which may be optionally substituted with one or more halogen
atoms;

R® is hydrogen, or phenylalkyl;

Z is optional, when present Z is -(CHy)—-, —C(=0) —, ~S(=0),NH~—, —S(=0),—,
—S(=0);—CHy—, C(=0)-NH~, —~S(=0),NR?~, ~C(=S)-NH~ or ~C(=0);~CHy—.
R® is hydrogen or CHs;

R is hydrogen or CHa;

R® is hydrogen or aminophenytalkyl;

R’ is -OH or halogen; and

R® is hydrogen, halogen or ~CHj,

provided that R? and R® cannot both be hydrogen when R* is halogen, Z is not
present, R” is ~OH, R®, R® and R® are hydrogen.

The use of claim 1, wherein the compound of Formula Ill:
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wttliO
s

RS

Iz

wherein:
R"is C(R*)(R*}(R%):;
R? is hydrogen or halogen;
R? is hydrogen halogen or —CHa;
R* is halogen, —CHs;, phenyl, fluorophenyl, methylphenyl, cyclohexylmethy,
wherein when R* is a halogen, both R? and R® cannot be hydrogen;
R® and R* may join with the carbon to which they are attached to form a
cycloalkyl ring, which may be optionally substituted with one or more halogen
atoms;
R’ is -OH or halogen; and
R®is hydrogen, halogen or —CHs,
provided that R? and R® cannot both be hydrogen when R* is a halogen, R is
—OH and R® and R® are hydrogen.

4, The use of a compound of:
OH F
HO .
N
H
OH
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H
OH F

or a pharmaceutically acceptable salt, or solvate thereof, or any combination of two
or more thereof in the manufacture of a medicament for treating a lysosomal storage
disorder in a patient diagnosed with the same.

5. The use of Claim 4, wherein the compound is:
OH F

HOL_~ .
N

or a pharmaceutically acceptable salt, or solvate thereof.

6. The use of Claim 4, wherein the compound is:
OH F

HO._~
N
H

or a pharmaceutically acceptable salt, or solvate thereof.

7. The use of Claim 4, wherein the compound is:
OH E
N
H

or a pharmaceutically acceptable salt, or solvate thereof.
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8. The use of Claim 4, wherein the compound is:

OH F
HOL_~

N
H

)

or a pharmaceutically acceptable salt, or solvate thereof.

9. The use of Claim 4, wherein the compound is:
QH
N
H

or a pharmaceutically acceptable salt, or solvate thereof.

10.  The use of Claim 1, wherein the lysosomal storage disease is Niemann-Pick

disease.

11. The use of Claim 1, wherein the lysosomal storage disease is Gaucher's

disease.

12. Use of a compound
OH F

HO F

N
H 3

or a pharmaceutically acceptable salt, or solvate thereof in the manufacture of a

medicament for treating Gaucher's disease in a patient diagnosed with the same.
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