What is claimed:

1. A compound of Formula I:

OH

R?
RS
|
N
RS

wherein:

R!is C(RA(R(RY);

R? is hydrogen, -OH or halogen;
R3 is hydrogen, ~OH, halogen or Ct% alkyl;

R* is halogen, Ci.s alkyl, subglituted C 14 alkyl, aryl, substituted aryl,
alkylcycloalkyl or substituted Alkylcycloalkyl;

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

R® is hydrogen, 1.5 alkyl, substituted Cig alkyl, arylalkyl, substituted
arylalkyl, alkylafyl, or substituted alkylaryl;

Z is optiongd, when present Z is -(CHz)1.s—, —C(=0) —, —S(=0),NH-, —

(=O)CH(NH2)CH3;
R? is hydrogen, C1.g alkyl or substituted C_s alkyl;
R js hydrogen, Cis alkyl or substituted Cq.g alkyl;
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R%is hydrogen, Cq.s alkyl, substituted C 15 alkyl, aryl, substituted aryl, Cy5
alkenyl, substituted C 1.5 alkenyl, arylalkyl, substituted arylalkyl, alkylaryl
substituted alkylaryl, aminoarylalkyl or substituted aminoarylalkyl;
R is —OH or halogen; and

Ris hydrogen, halogen or C1.g alkyl,

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

for use in preventing and/or treating a [ysosomal storage disordgr in a patient at

risk for developing or diagnosed with the same,

wherein:

Use of a compound of Formula 1

R'is C(R®(R®)(RY);
R?is hydrogen, -@H or halogen;
R?is hydrogenr’ -OH, halogen or Cqs alkyl;

R? is halogén, Ci.s alkyt, substituted C 14 alkyl, aryl, substituted aryl,
alkylcyclgalkyl or substituted alkylcycloalkyl;

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

R® is hydrogen, Ci.s alkyl, substituted Cqs alkyl, arylalkyl, substituted
arylalkyl, alkylaryl, or substituted alkylaryt;
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Z is optional, when present Z is -(CHz)1s—, —C(=0) —, —S(=0O);NH~, —
S(=0)2-,
—C(=S)NH—, —S(=0),—CHs, C(=0)-NH-, —S(=0)-NR°R', —C(=0)4.5
alkyl or

—C(=0)CH(NH2)CHj;

R® js hydrogen, C1.s alkyl or substituted Cr.g alky);

R is hydrogen, Ci.s alkyl or substituted C1.g alkyl;

R® is hydrogen, Ci.s alkyl, substituted C 1.5 alkyl, aryl, subétituted aryl, C1.5
alkenyl, substituted C 1.5 alkenyl, arylalkyl, substituteg’arylalkyl, alkylaryl,
substituted alkylaryl, aminoarylalkyl or substituted aphinoarylalkyl;

R’ is —OH or halogen; and

R® is hydrogen, halogen or Cy.g alkyl,
provided that R? and R® cannot both be hygfogen when R* is a halogen, Z
is not present, R’ is ~OH, R®, R® and R®

in the manufacture of a medicament for prgventing andfor freating a lysosomal

re hydrogen
storage disorder in a patient at risk for deyeloping or diagnosed with the same.

3. A compound of Formula [l:

OH
R'!
[
N
R5

wherein:
is C(R(R*)RY;

R? is hydrogen, -OH or halogen;

R?is hydrogen, -OH, halogen or ~CHs;
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R* is halogen, ~CHs, phenyl, fluorophenyl, methylphenyl,
cyclohexylmethyl, wherein when R? is a halogen, both R? and R® canno
be hydrogen;
R?® and R* may join with the carbon to which they are attached to fgfrm a
cycloalkyl ring, which may be optionally substituted with one 4r more
ha[ogén atoms;
R® is hydrogen, phenylalkyl or substituted phenylalkyi;
Z is optional, when present Z is —{CH,)-, —-C(=0} —, /-S(=0),NH-, —
S(=0)z-,
~8(=0)~CHs, C(=0)-NH-, —S(=0);NR°R'®, —C(58)-NH~ or —C(=0),—
CHs,
R®is hydrogen or CHs;
R is hydrogen or CHs;
R® is hydrogen or aminophenylalkyl;
R’ is -OH or halogen; and
R® is hydrogen, halogen or ~CHs,
provided that R* and R® cannot p6th be hydrogen when R* is halogen, Z is
not present, R’ is ~-OH, R®, R¥and R® are hydrogen

for use in preventing and/or treatiig a lysosomal storage disorder in a patient at

risk for developing or diagnosed with the same.

4, Use of a compound of Formula l1:
OH
RT
R1
RB
P
N
R5
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in the manufacture of

R"is C(R*(R*R');
R? is hydrogen, -OH or halogen:

R?is hydrogen, -OH, halogen or —CHg;
R* is halogen, —CHs, phenyl, fluorophenyl, methylpHenyl,
cyclohexylmethyl, wherein when R? is a halogen, both R? and B? cannot
be hydrogen;

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

R® is hydrogen, phenylalkyl or substituted phenylal
Z is optional, when present Z is —-(CHy)-, —@(=0) -, -S(=0).NH-, —
S(=0)2-,
—S(=0),—CHj, C(=0)-NH-, -S(=0),NR%K"’, —C(=S)-NH- or —C(=0)—
CHs,

R® is hydrogen or CHg;
R is hydrogen or CH3;
R® is hydrogen or aminophenyjélkyl;
R’ is -OH or halogen; and
R® is hydrogen, halogen #r —CHa,
provided that R? and

not present, R is

cannot both be hydrogen when R* is halogen, Z is
H, R® R® and R® are hydrogen

medicament for preventing and/or treating a lysosomal

storage disorder in & patient at risk for developing or diagnosed with the same.

A compbdund of Farmula Iil:

O
T

=

I=Z
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wherein:
R'is C(R*)(R*(R);
R? is hydrogen, -OH or halogen;
R3is hydrogen, -OH, halogen or —CHg; ‘
R* is halogen, -CHs, phenyl, fluorophenyl, methylghenyl,
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 attaéhed 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 hydrggen when R* is a halogen,
R’ is —OH and R® and R® are hydrogen

for use in preventing and/or treating a lysosomdl storage disorder in a patient at
risk for developing or diagnosed with the sameé.

6. Use of a compound of Formula I}

aillllO
=n

RB

L=z

wherein:
R' is C(RAFNR):;
R? is hydpdgen, -OH or halogen;
R® is hydrogen, -OH, halogen or —CHj;
R* /is halogen, —~CHs, phenyl, fluorophenyl, methylphenyl,
cyclohexylmethyl, wherein when R* is a halogen, both R? and R® cannot
be hydrogen;
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R3 and R* may join with the carbon o 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

R2is 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
in the manufacture of a medicament for preventing and/or treafing a lysosomal

storage disorder in a patient at risk for developing or diagnosed with the same.

A compound of:
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or a pharmaceutically acceptable salt, or solvate thereof, or any combination of
two or more thereof for use in preventing and/or treafing a lysosomal storage

disorder in a patient at risk for developing or diagnédsed with the same.

8. Use of a compound of:

OH F

HO F
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o+ E

or a pharmaceutically acceptable salt, or sglvate thereof, or any combination of

two or more thereof in the manufacture of a medicament for preventing and/or
treating a lysosomal storage disorder i a patient at risk for developing or

diagnosed with the same.

The compound of Claird 7, wherein the compound is:
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or a pharmaceutically acceptable salt, or solvate thereof.

11.  The compound of Claim 7, wherein the compound is:

C:JH F
HOL .~

N
H

or a pharmaceutically acceptable salt, or solvate thereof.

12, The use of Claim 8, wherein the compound is:

OH E
HOL_A

or a pharmaceutically acceptable salt, or solvatg’thereof.

13.  The compound of Claim 7, whereinfhe compound is:
OH E

Hofj/'\
N
H

or a pharmaceutically acceptable salt, or solvate thereof,

14.  The use of Claim 8, wherein the compound is:

or a pharmgCeutically acceptable salt, or solvate thereof.

he compound of Claim 7, wherein the compound is:
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or a pharmaceutically acceptable salt, or solvate thereof,

16.  The use of Claim 8, wherein the compound is:

OH F
HO

R

or a pharmaceutically acceptable salt, or solvate thereof,

17. The compound of Claim 7, wherein the compdund is:

or a pharmaceutically Acceptable salt, or solvate thereof.

19.  The compdbund of Claim 1, wherein the lysosomal storage disease is

Niemann-Pick/disease.

20.  THe use of Claim 2, wherein the lysosomal storage disease is Niemann-
Pick disease,
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21.  The compound of Claim 1, wherein the lysosomal storage disease is

Gaucher's disease.

22.  The use of Claim 2, wherein the lysosomal storage disease is Gauchgr's

disease.

23. A compound
OH F
N
or a pharmaceutically acceptable salt, or solvate theregffor use in preventing

andfor treating Gaucher’s disease in a patient at risk for developing or diagnosed

with the same.

24, Use of a compound e
' OH F
HOL_A F
N

or.a pharmaceutically acceptablg/salt, or solvate thereof in the manufacture of a
medicament for preventing and/or treating Gaucher's disease in a patient at risk

for developing or diagnosed with the same.

25,  AKit comprisi
« a container flaving an effective amount of a compound of Formula I:
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OH

R’I

wherein:

R'is C(R®)(R*NRY);

R? is hydrogen, -OH or halogen;

R? is hydrogen, -OH, halogen or C1.s alkyl;

R* is halogen, Cqg alkyl, substituted C q.5/alkyl, aryl, substituted arvi,
alkylcycloalkyl or substituted alkylcycloalky;
R® and R* may join with the carbon to vhich they are attached to form a
cycloalkyl ring, which may be oplionally substituted, preferably with
halogen and more preferably with 4ne or more fluorine atoms;
RS is hydrogen, Cq.3 alkyl, substituted Cqg alkyl, arylalkyl, substituted
aryialkyl, alkylaryl, or substituted alkylaryl;
Z is optional, when presgnt Z is —(CHz)1s—, —C(=0) —, —-S(=0);NH-, —
S(=0)-,
—C(=S)NH-, -S(=
alkyl or
—C(=0)CH(NHZ)CHs;
R® is hydrogén, Ci.g atkyl or substituted Cy.s alkyl;

2~CHaz, C(=0)-NH-, -8(=0)-NR°R", —C(=0)C1.5

R" is hydfogen, Ci.s alkyl or substituted Cq.g alkyl;

R® is hydragen, Cy.g alkyl, substituted C 1.5 alkyl, aryl, substituted aryl, Cq.
alkenyl, substituted C 15 alkenyl, arylalkyl, substituted arylalkyl, alkylaryl,
sybstituted alkylaryl, aminoarylatkyl or substituted aminoarylalkyl;

R is ~OH or halogen; and

R®is hydrogen, halogen or Cs.5 alkyl,
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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, or
pharmaceutically acceptable salt, solvate, or prodrug thereof, or
combination of two or more thereof;
instructions for using the same to prevent and/or treat a lysosomsal storage

disorder.

26.  The kit of Claim 25, wherein the lysosomal storage disorgér is Gaucher’'s
disease.
27.  The kit of Claim 26, wherein the compound is:
OH F
HO. A~ E
N

ora phgrmaceutically acceptable salt, or sglvate thereof.
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CLAIMS

What is claimed is:

1.

Use of a compound of Formula [:

OH
RT
R1
RB
T RB
N
R5

wherein:

R'is C(R®(R*YR?);

R? is hydrogen, -OH or halogen;

R? is hydrogen, -OH, halogen or C.5 alkyl;

R* is halogen, Cig alkyl, substituted C 1 alkyl, aryl, substituted aryl,
alkylcycloalkyl or substituted alkylcycloalkyl;

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

R® is hydrogen, Ci.s alkyl, substituted C+.5 alkyl, arylalkyl, substituted arylalkyl,
alkylaryl, or substituted alkylaryl;

Z is optional, when present Z is —(CH3)1.5—, —C(=0) —, —S(=0),NH-, —S(=0)—
, —C(=S)NH-, ~S(=0),~CHs—, C(=O)-NH-, -S(=0)-NR°-, —C(=0)C1.s
alkylene or —C(=0)CH(NH2)CH2>—;

R® is hydrogen, C1.s alkyl or substituted C1.g alkyl;

R' is hydrogen, C1.s alkyl or substituted C+_g alkyl;

R® is hydrogen, Cs alkyl, substituted C 1 alkyl, aryl, substituted aryl, Ci.s
alkenyl, substituted C 1g alkenyl, arylalkyl, substituted arylalkyl, alkylaryi,
substituted alkylaryl, aminoarylalkyl or substituted aminoarylalkyl;

R is —OH or halogen; and
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R%is hydrogen, halogen or Cy.5 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 il:

OH
R7
R1
R8
T RB
AN
R5

wherein:

R'is C(R%)(R*)(RY);

R? is hydrogen, -OH or halogen;

R? is hydrogen, -OH, halogen or —CHg;

R* is halogen, —CHs, 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, phenyialkyl or substituted phenylalkyl;

Z is optional, when present Z is —(CHz)—, —C(=0) —, —S(=0)2NH-, —S(=0),-,
~S(=0)2~CHz—, C(=0)-NH-, =S(=0):NR°~, ~C(=S)-NH- or —C(=0)—CHz—
R? is hydrogen or CHa;

R is hydrogen or CHj;

R® is hydrogen or aminophenylalkyl;

R is -OH or halogen; and

R8is 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 Ill:
OH
R7 =

R1

Iz

wherein:
R"is C(R*)(R*)(RY);
R? is hydrogen, -OH or halogen;
R? is hydrogen, -OH, halogen or —CHs;
R?* is halogen, —CHj;, 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 -OH or halogen; and

R® is hydrogen, halogen or —CHj,

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:

I=
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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 diagnhosed with the same.

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

HO - F
N

or a pharmaceutically acceptable salt, or solvate thereof.

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

HOL_A~
N
H

or a pharmaceutically acceptable salt, or solvate thereof.

7. The use of Claim 4, wherein the compound is:
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llO
I
1M

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:
OH

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
QH F
Ho\('j)\F
N

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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